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W, RE 10 kg LLE 70 kg RGO BEICIE 1.33X10% 7 ¥ —4 ) & (vg) kg %, A 70 kg LA Lo
ABFITIT 9.31 X108 vg &, 60 5375 120 73 T THEIRPIICEHEIR G55, ARMOHFHEGILILRNT &,
A OE G &I PRI SR NT 5,

BHEOEKEFI (ko) BTN T IVER Fh-f (mL)
10.0-104 10 100
10.5-11.4 11 110
11.5-12.4 12 120
12.5-134 13 130
13.5-144 14 140
145-154 15 150
15.5-16.4 16 160
16.5-17.4 17 170
17.5-184 18 180
18.5-19.4 19 190
19.5-20.4 20 200
20.5-214 21 210
21.5-22.4 22 220
22.5-234 23 230
23.5-24.4 24 240
24.5-254 25 250
25.5-26.4 26 260
26.5-27.4 27 270
27.5-28.4 28 280
28.5-29.4 29 290
29.5-30.4 30 300
30.5-31.4 31 310
31.5-32.4 32 320
32.5-33.4 33 330
33.5-34.4 34 340
34.5-35.4 35 350
35.5-36.4 36 360
36.5-37.4 37 370
37.5-38.4 38 380
38.5-39.4 39 390
39.5-40.4 40 400
40.5-41.4 41 410
41.5-42.4 42 420
42.5-43.4 43 430
43.5-44.4 44 440
44.5-45.4 45 450
45.5-46.4 46 460
46.5-47.4 47 470
47.5-48.4 48 480
48.5-49.4 49 490
49.5-50.4 50 500
50.5-51.4 51 510
51.5-52.4 52 520
52.5-53.4 53 530
53.5-54.4 54 540
54.5-55.4 55 550
55.5-56.4 56 560
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B OEETGHE (kg) I A % ¢ $eh5E (mL)
56.5-57.4 57 570
57.5-58.4 58 580
58.5-50.4 59 590
59.5-60.4 60 600
60.5-61.4 61 610
61.5-62.4 62 620
62.5-63.4 63 630
63.5-64.4 64 640
64.5-65.4 65 650
65.5-66.4 66 660
66.5-67.4 67 670
67.5-68.4 68 680
68.5-69.4 69 690
69.5 Il E 70 700
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W, R 10 kg LAk 70 kg R0 FBEIZ1E 1.33X 10 Ry X —47 7 I (vg) [kg &, 1REE 70 kg L ED
ABFEITIF9.31X101 vg &, 60 73725 120 7372 TERIRNICH R G425, ARmOFEEITI LRV &,
A OEGEIX TR SR NT 2,

BHEOEKEFIH (ko) BTN T IVER Fh-f (mL)
10.0-104 10 100
10.5-11.4 11 110
11.5-12.4 12 120
12.5-134 13 130
13.5-144 14 140
145-154 15 150
15.5-16.4 16 160
16.5-17.4 17 170
17.5-184 18 180
18.5-19.4 19 190
19.5-20.4 20 200
20.5-214 21 210
21.5-22.4 22 220
22.5-234 23 230
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B OEETGHE (kg) BB Tp A T VR BEE (mL)
23.5-24.4 24 240
24.5-25.4 25 250
25.5-26.4 26 260
26.5-27.4 27 270
27.5-28.4 28 280
28.5-29.4 29 290
29.5-30.4 30 300
30.5-31.4 31 310
31.5-32.4 32 320
32.5-33.4 33 330
33.5-34.4 34 340
34.5-35.4 35 350
35.5-36.4 36 360
36.5-37.4 37 370
37.5-38.4 38 380
38.5-39.4 39 390
39.5-40.4 40 400
40.5-41.4 41 410
41.5-42.4 42 420
42.5-43.4 43 430
43.5-44.4 44 440
44 .5-45.4 45 450
45.5-46.4 46 460
46.5-47.4 47 470
47.5-48.4 48 480
48.5-49.4 49 490
49.5-50.4 50 500
50.5-51.4 51 510
51.5-52.4 52 520
52.5-53.4 53 530
53.5-54.4 54 540
54.5-55.4 55 550
55.5-56.4 56 560
56.5-57.4 57 570
57.5-58.4 58 580
58.5-59.4 59 590
59.5-60.4 60 600
60.5-61.4 61 610
61.5-62.4 62 620
62.5-63.4 63 630
63.5-64.4 64 640
64.5-65.4 65 650
65.5-66.4 66 660
66.5-67.4 67 670
67.5-68.4 68 680
68.5-69.4 69 690
69.5 UL E 70 700
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DA RAT 4 BRI, BT TR, DR 2 TR BLL TR0 | FHRHEO M E A
AR R OISt~ R U » 7 A %07 S X LR BEAROEERE S TH Y, HBIERF OO
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DMD (345 ¢ 5 K 5,000 A2 1 ADOEIE THRIET S (Ann Neurol 2012;71:304-13, Orphanet J Rare
Dis 2020;15:141), DMD OAIHERIL, BITEDORKEN O~ ANV A R = DN TH Y | FREST
T 5 L IREITHITNNEEE 725, DMD O BREETIL, 8L TITIZE A EDRBENKRNGIEE LR -7z
D, BEEEEFBE LV THZ N TE LD, £2, 10D 14 B E TICHTNTERLL 2D, K
FBNZ DR S ORI D53 1) MR % T2 O BB 72807 & 72 %,

BIfE., DMD (Zxi3 2 iEHERE & LT, ENACRIBREAT 1A FOEGRHERINLTEY AT
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DRARB IR TITI, £, T VU3 AX o B kD VR T 4 o 2 EOREE %Y
MEFDIRFEE LT AT ENL R T REMHMERIAGR I TV DR, =7 V53 A%
v 7S K VIR ATRE 72 BB 1L DMD BE O 8% L fied TER H 41TV % (Hum Mutat 2009; 30: 293-9)

AT OWTIE, Sarepta tHIZ & V| 473K 0L E 8 ATl AT I HEZ: DMD MH 2t & L7cilsh e 1/
Ma fHEAER (101 3ER) 73 2017 4F 11 A/ B FEM S 4L, £ D%, 4 kbl b 8 ki O AT A RE7: DMD &
Frartg L Ui TAHRER (102 3RBR) 2% 2018 4F 12 A b Efi Sz, & 51T, BEx RERmOS
1T AIRESUIA T NREZ: DMD B 2kt 5 & L7-ish e 1 b AHEER (103 3R) KON 4 %l b 8 ki DA
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2023 4F 6 HIZLL T O%hHE - 2h R CHld&R Sz v,

ELEVIDYS is an adeno-associated virus vector-based gene therapy indicated for the treatment of ambulatory
pediatric patients aged 4 through 5 years with Duchenne muscular dystrophy (DMD) with a confirmed mutation in
the DMD gene. This indication is approved under accelerated approval based on expression of ELEVIDYS micro-
dystrophin in skeletal muscle observed in patients treated with ELEVIDY'S. Continued approval for this indication

may be contingent upon verification and description of clinical benefit in a confirmatory trial(s).

Z D%, 10375 K& OV 301 7klR & = 2 s BRAAE & L C. I EERE O ZIEE - 20 4 % [For treatment of Duchenne
muscular dystrophy (DMD) patients with a confirmed mutation in the DMD gene| & L CHAGEHIFEDM T,
2024 5 6 HIZLA T OZRE - R THAGR ST, 7eds. AT RBEZREE (TR D RBEIC D\ TGS
Lani?,

ELEVIDYS is an adeno-associated virus vector-based gene therapy indicated in individuals at least 4 years of age:

*  For the treatment of Duchenne muscular dystrophy (DMD) in patients who are ambulatory and have a
confirmed mutation in the DMD gene.

*  For the treatment of DMD in patients who are non-ambulatory and have a confirmed mutation in the DMD
gene
The DMD indication in non-ambulatory patients is approved under accelerated approval based on expression
of ELEVIDY'S microdystrophin (noted hereafter as “micro-dystrophin”). Continued approval for this indication

may be contingent upon verification and description of clinical benefit in a confirmatory trial(s).
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2.1.2 JRIRBLE R oM EM ORI OVE

S LS F o pE A e & L C, HEK293 fa s sz, [ 5 A F Ui HEK293 Sl 2 g &
L. MCB kKU WCB 2 & i17z,

MCB, WCB KO LIVCA [T 2% FpPEfRAT M OSEAERAER 23, ICH Q5A (R1) K TF Q5D A KT A >
IZHE > CHEME S e, Fhis SRR ST 2B 2 0 L B0 TH D, Efishizik
BRIEH OFH T, A NV AMEROIED A L 2D 3 S e o Tz,

mcB ot wes i, e T sns. mce ol . \vcB I
.

# 2 MCB. WCB KT LIVCA IZxt L T S iz i ettt Rt & B4 235

I B R

~A a7 T X<RBR

FRTE T PG

WA RERTG

L ha oA RARREERER ST+ — AT vEBEARORXC T T—0 7 vkA) 1

in vitro #5% (MRC-5 #llfcd, Vero fllfE M OV HEK293 #llfn)

invivo iR (FLokm~v 2 v A ATy P ROFEEBIN) 1

7V AV ARER (9CFR : BAV, BRSV, BTV, IBRZ, PI-3, Rabies XU Reo (BT il Ot Vero i) . BPV

K O'BVD (BT ififa) )

75274 L ARER (9CFR : PAV (PK-15 #ifi) . PPV KT TGEV (ST Neb #ifa) . PHEV (HCT-8 #iflil) . PRRSV
(MA104 #ifd) . PRV & U Rabies (BT #lfid & O Vero fifid) . Reo (Vero #fifid) . EMC (Vero ffifid & OY ST Neb

AlpE) ) "t

b A2 (B19, JC. BK, HHV-7, HIV-1, HIV-2, HHV-8, HHV-6, HPV-16, HPV-18, HBV. HAV,

HTLV-1, HTLV-2, HCV. CMV K EBV) *

HSV I KU HSVI DNA # Hizk B

SV40 DNA & HH 5

AAV2 kR

t k ADV5 DNA % HEER™

MVM # HHEBR™

*1 : MCB KO LIVCA T %/,

*2 : MCB T &%/,
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JEBMEEL, By | fEHEAL T2
Kcs v ik | MCB % U WCB D7l
. . WCB i
FBS vl R g e

F 7. FEEORLE TR W T, MIREEAERT ORI TIARREE L 7125t L, invitro 2PE 7 A 1 A5
B, ~A 27T A< O, ANR—F U N TRENEHRRE L TEEIND,

FEEOBMTRRICONWT, ETNAVTANRERNZTA VAT VT T 0 ARBRMPFEM S v, F TR
DUANAZ VT T ABfERsn (&4 .

#£4 TANRI VT 7 U ARBRER
TANAT VT T 258 (logio)
XMuLV PRV Reo-3 MVM

s TR

I -~ 7T —

.. 7 A IV ARTELT
N -~ -5 —
TANWRARET 4V H—Hil

WOANRT VT T Aa >21.54 >19.29 >14.67 7.31
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TS OREE T, R O R RV MR A i S a7, Zeds. #ilE A <
-2 los . I - C s S -l O GRS oz,

[ I 8

T LBV AR EE ANt A wEE



(& =S BERR)
EBIEEL OB o500 T 70 7 REIREICERNRD i, i
AT, EEEORH A D IS BEO R A W TS S BAIR O R RVE M A R 5 2 &
IR TH D OO, FEERIRFER K OB OER A E 2 5 & EFFEOFHN TR b7 228X
A DA N R VR RET L OTIHRWEFHPI L T 5,
-|-|o>tt$m T, SRR 6 | A RO R 2 I TIRLE S 7 S oo M S
[FVEMERHER STV D

2.1.6 ¥t
2.1.6.1 HEEKOFHME
T ST EERATIIE 6 D LB TH S,

£ 6 FEBATICIT B EMEEE
DNA Ed 1, ORF/-ﬁ#r
o S Sy T - KO DR, —/ﬁz@amm ﬂu)i'?&ﬂkﬁfﬁ (N KiGELHI, C ARl
in vivo 7Bk <-_ Té-&o-m;%%ﬁéﬂﬁz%) K OKin
& vitro 75 (I /- > - < 7= A B D~ A 7 YA
ha 7 g BT B DR O~ DBAT)
. I

|

BB T FE B AR

2.1.6.2 BEHIYEREWE/ B YE BRAHY
H AW E B E TR E STV, 2.1.6.1 I2B 1) B PEMRAT i B D & | A*
B* X (X, D* | E* RO P23 H B9 B RASHEA)
EENT, B, B* Oy LSO BRI E HOR A L, R O
RIFN D BIE e OFBR T IEIZ L 0 EENE STV 5, B* 30 C*od
j%i\ﬁdal%ﬂ?ﬁﬁéivfwéo

2.1.6.3 BLETRERBEERHY
G* . HCP, fa M@k DNA,  H. I J* K*
S 0) L* 288 TR Sk AR & Sz, With oSl TR i Sk A i %@Lﬁzfnb (2B
rEI3nszZ mwﬁmhénﬂ\é ASSH G* . HCP, Tk DNA LY I X, K
DFFE S OFRBRGIEIC L0 MU I T 5,

217 FEDOEE

JFEROBE R ORE ke L, g, ik, xR (I )
#iE, pH, s (I . ) . i 0 5k DNA, HCP, -
] N RPN e 0 | | —/;w‘--

paEantns, 256, IR0 i ImR S, eI EE S h D,

T LY A A MRk AR S



(& 1E S BRI
218 JREDLZEM
JFERD T2 EMRBR O, 708V TH D,

K71 FEOFHELREHRROME
R4 2y M| RAFEERME | R RAFIERE
I
RIRA7RR 3 =—e0c | W77 I
FWouZ < -

* o HEEIRE TS S U RUR A,

egpmrascd, sEAR (D <55 > > )5, [ o
T & O > 5 ) i e b, 25, [ B s

i TR, [l ARSI L. B2 L SR E TV S,

Sbkxv, pEEoAzEE . I O, -
o I - — & CL —60CU TRt s e x oA e sh,

22 BA|
221 BIFIR UL A N B R B

BANE, 134 71 (10 mL) 12 1.33X 108 vg/mL DJ5#% 10 mL &4 9 2 EHAITH 5, WANIT
WAbFT R U A, hrARE—)UERE, ho A ZE—)L Hib~ 7320 AAKMY, Roxd~—

188 N OMEST K 3EIpR Gy & L TEEND,

222 BLERE

fmofls TR, g, Il SR A8, 8 - TR - Bk A, BRI BN - IRE
TR ORE - RROK TRNPD D,

Fx A RO - Sh TS,

AN ORGE TR HOWTC, FEEER T — AL TT AN F—v a UREIN TN D,

223 BETROBRRORRE
L) ST EINPSIDRAL SCWMARE AW AREIOIEVINE EREIOPAIN |
THEozE, IROZYXOEEOLETThH5 (EEoELZRE 1, ZHE%OELZ YA 2
REEHNE) &9%) .
7B, FERRBRICE A SR ORIEITIR 8 D LBV Th 5.

# 8 FWHRABICHER Sh-fH oRlk
vk 1 101 5Bk, 102 R
Y5 2 (HEERYE) 103 56k, 301 R

VSRS VRN ael ke || | BoPEY GERTINES
0 | BRI o SRR o RSt R R . I, - i

h- 15HEEBM]) |

10
T LY A A MRk AR S



(& 1E SE W)
224 BIFIDOEHR
BE OB R ORB L LT, g, vk, merds (. ) . -
£, pH, s (I . ) . - - SRR,
| ESchosaeE N N 0 Jad |  EEEEriRenve

225 BAIDOREM
BUHFN O T2 22 EVEREBR OIS 1L, £9DLEBY TH D,

9 BH O EE R RZERBR OB

R4 =y MY PRAFS1F el RIFFEHE
EIRFRER 3 =—60°C 24 71 72
IR 3 | | BHRA L7 ¢ v IEA
IR 1 5+3°C 14 H ka7 vk R
e FAIREE 120 5 lux « hr B OB ITEE A = % L %8 — [ EFN NN
HIEREAR ! 200w - hvm?, [lc. [lirH

*1 I L S 7 JFLE A P C R s R & 7 TR A A

<2 . [ 7 A = cike,

3:1my A ey v A EcozEERBEER oL TS, 2ny NI AET LR
v xR E ok,

S Tcv RGN [MEeE DRATSIANE  [REVIGIERARES
LTz,

NEECSGEN [  DRATIESASE | RNy s

I RRER Tl SR 2 0 U TRV E R I 2R 2RI D DR Do T2,

S EMRBRORE R, AN LEThH T,

Uik X v, ®EOAMIRIL. BRA L7 ¢ EEA RS 7RO - S5 T
—B0CLL N CRIFTH L&, 24 WA LEEINT,

2.3 SWE OB

UFOMFIEIZLD, TRATZA—ZOFHR, TERABTHE, WOICHE L ORBTIEOMEEIZL S
A O S0 O PRERIE AEEE S 7o (H MW ED B SR B OV TE TR i SR ARl O B BRIC DU T,
2162 HK N 2163 HSH),
*  CQA DFFIE :

AR ORFETHLNIEH, BhET MRS SE, LUTF O CQA BRFE S Lz,
> JREUIEAIO CQA

AKMETANA, ~A AT T Av NAFN—=F > T2 KXo BE, BEE, pH, 1%
%, [ . I . .
% [ 20 (. ) .
I . N G LK K*

J* . %

o TREDOEMEAEMNT -
CQA ~DEIZ IS VR TR A A ML) TR T A —XNGFE S, & LR ORHEfRT

11

*
| T LY A A R MRk AR




(fE IE W)
VS RSV gl

2.R BRI A2 EBE O
BRI, IR S8R G, JFEE R OMA O W IXE N AE B ST D &I L7z,

3. FAIiTMEREE BT ARBRICE T 2 B R UBE T BT 2 BE O
RO IAIMEREZ AT HFBRICET 286 E LT, LRI RT B b 2~11 RIF 4§ 2 o
DMDMDX < 17 2 5 J (X DMDMPX 5« | 8 Z 7= 3k BR OO R 5 N R H S -,

3.1 DMDMPX<= 1w 2% F\W=RBk (CTD4.2.1.1-4)

HEPE DMDMPX < 7 2 (25 L, AALEEE L CANSL 1.33 X 10% vg/kg #5 L < 1 2.66 X 10 vglkg I3t BRRE
& U CTABRK A HRBIFRNEE 5 S iz, #55% 12 BB D, v~ 7 a v 2 bn 7 ¢ o Z X
7B ORBIP IR EOCREAIER Y T AL o7 m ey MEIZRY | B~ RTE g ot Y ik

D, FEEE T DSEAERREEERIC L0 R S T,

PO EAEIZ L DI ORE R, WTHOHEORBEIZEB N TS, B, BFRER LI
Ja~vAr7uaTA a7 82 XY EOFRBR ORI~ O JSTES R S v,

VT ZAE T a ey MEZEAFEMMORE., v~/ 7 A a7 0 o S EOFRBITAMN 1.33X
10% vg/kg & 5-BECIXEHET ., HBREE OV, Afh 2.66 X 10 vglkg B G- B TILE AL, BRI, O
FOWFBIZ I W TR b ns, ERRANEofolifizs GEtE. Wb, U o )i, AR, B, 5. &
fige, PR Ol TIEWTHOHETHERD Lol ol HliglcBids~A 72 tkn7 g
Y H N EOFEBUTER T, BRI L VO TORBLL i L T o Tz,

MSRERTEM OFERIZIEL 10 DL BV TH Y | WTNOHETY ., AREBEO E A 7 77136 IREE & ik L
EVMEA 2N ER O H LT,

# 10 5% 12 BRRO TSGR OB T 2 BAEH N

o b EAR 7 (MN/mm?)
B HBRIH (vg/kg) B AT
BRI K - 120.3+356 80.1+23.7
DMDMPX < 17 2 R 1.33x 101 160.7+19.6 96.2+15.8
i 2.66 X 1014 183.0+15.6 122.4+157
Y fE = R UE R 2

3.2 DMDMPXZ o k& FHW-RBk

3.2.1 FE#E DMDMPX Z v N & =3Bk (CTD4.2.1.1-7)

HEME DMDMPX 7 o | (3~5 i fiip)

ﬁ m#a@ﬁ%ﬁ&ﬁéMtoﬁﬁﬁn

BIRF AR, 24 ]

W% L, AAREE L L TASE 1.33X10% vg/kg XI3oer BRRE L U CAHE
TS OB . (e BB 28 0 A 119

TERE ) T4, A7 uT AR T 0 X R EORBENGEERNGOER N A T a

F%Cib\%%ﬁﬁm®ﬁﬁﬁﬁﬁﬁtﬁé%_ibﬂﬁéhtoit

5 Uz bhrT4rBEBEFOTS Y B ICEREAT S ERRERBREF L~ X,

O BRI
DR T T T A D ERITIE

S AR

12

LI/L//H

Fovoaba 74 VBIEFOTY VU BITERPEALZEBET LT v b,
TN A S 41, 150 Hz OB KA %4 2R OPEUHE /105 E S iz,

Feh1% 12

R MRSt A

[ R U R ON 24 3

E




(fE IE W)
RE RS IS 1T 2 SEBIEEAE © I ONC A AR 35T & 7z,

G OB L DFHIOFER., WTNORERIZIHE N TS, B, BRELR OLHICE T 5~ A
JaYA a7 g8 T OB ORI~ O FTED RS S T,

VX AZ LTy MEZEAFHMEORE R, ~A 70 A a7 4 o Z R EOFRBUTNT IO A
IZBWTH, B H . BRI OV TR b,

HEEERERE O RITER 11 0 LB THY | &5H% 12 BRI RO 24 AR RIZI T DRSO T
TEEN R OREIRENL, SHHREE & Mg L CTEWER D b7z,

#F 11 #5512 B A RO 24 B EICBIT 2 BT ROEEES

o 1 & 72 0 O v — A YIHTEIEK
£ B E (wi; HBATIES) T EEE)
12 JRE N 24 B 5 12 R A 24 W 5
DMDMOX 5 &, 1 AEFRAROK - 4,066.6+1562.7 | 2,860.7+1044.3 51.5+35.8 23.6+13.3
A 1.33X10" | 6,525.2+1,251.5 | 4,723.1+973.4 108.8+34.4 47.1+20.1

PR fiE = RE R 2

AEEIRIC DWW, fHRBEEIT 17 A £ T2zttt L, AFESMof il 13 7 A ThH-7-DIC
w L. ASEECIIREAFHMIZ 28 7 A, AGFHMEOFRIEIL 26 7 A SIEENFEO LT,

3.2.2 FHHEHE DMDMX v M & AW Bk (CTD4.2.1.1-8)

KM DMDMPX 7« | (5~6 B #n) 12xF L, ARG E L TAS 7.0X10% vg/kg # L < 1% 1.33 X 10 vglkg
XATHRIIRRE & U CAEB AR HEIFARNE 5 S vz, 5% 12 BRER KON 52 B RIZ 1T 5, <A
JRTARNAT 4 BN EORBDN RN EER RN T A2 Ty MEIZL Y FiiiiaE~
D JSENIER Y IR L A STz, Fio, EEEEE ® 23R ST,

ﬁﬁﬁ%%é% K DFHmOFER, At 7.0X 108 vglkg G- #EO#EG-% 12 BRE R OB, 5%

T IR A D E A S OV I DNEAR T 1.33 X 10% vglkg 5 5-REDO$E 5% 12 HIRE K% O 52 B IRF L0 F k&

R ODMBICBITA~A 7 a YR a7 4 v X X7 EOFRBR O~ REN R S i,
VT AEZ LTy MECEAFHMEOR R, ~f 7R a T 4 o Z R EORBITToHE
FOERIC BN T S BRI R OV TR Bz, ZOMoldss (i O TIERRH H7en
ST,

HEERERE OB OFRERITER 12 DL BV THY | 5% 12 BRI 52 R AIZIIT 5 ARMEEDH
ITIRE) M O EVEED T HRRE & ik L TREVWMER 2R Tz,

# 12 #E5% 12 8BE RO 52 B RICEB T 2R TROREEE

i 1472 O B — LAY ETEIEK
i) s vg fg ) BT T
12 B S 52 S 12 RS 52 S
AEERAIE K - 3,719.31t1,605.4 3,070.3+858.0 38.2+t21.8 31.3+9.9
DMDMPX = o, | A 7.0x108 6,890.2+2,169.8 3,736.6£522.0 86.2+31.6 23.8*t125
. 1.33Xx 1044 7,379.6£1,794.4 3,938.4+956.3 108.8+42.8 33.2+12.2
S+ 1 e

O EBEGT —VNICEIT 5 1S 720 O E— AUIERICE S E | Ty hOSTIEB R O RETEE N HE S,
13

T LB A SRR R



(fEIE R BR)
3R HRITR T 2 EEOHNE
BRI, SR SNTZERO O b REOIEHEF 27+ 5 L CHEERRRIT, SARK LD~
A7 TR AT ¢ 8N B ORI T 2B O~ D JTENE NS ) /) & ONEE) RE
NOEBIZOWTHERT 23R CTH D &l L, Ma%aliR e I3+ 5 8t & Lz,

HEEH L, ARO DMD IZHT D RIZON T, BLFO X IZHH LTV 5,

in vivo FRBRIZHB VT, A2V E X372 DMDMPX < 7 2 [ T8 DMDMPX 7 o h OB ¥, AR B K OF
DB T~ A 7 aY A a7 ¢ o2 X7 EORB K ORI~ D JRIEDRGRO B AL, F1o, Kb
TECIdoet FREE & PR U C Vi BE K ONEEhSAE 2 /R 3B N A O EERRD b, H4F
Bty DMDMPX Z o K & FW =3 BR O A SLEEIC B W TR G54 12 SRS & el LT 5% 52 REE S OFE
B EANED L7z Z L2 TiE, s & & BITERERM L 72 2 LI X DIEB &K T L2 2 & SR EK
EBZONDN, A /0T RA IR T 4 B R EOMMMRCIIT DR, BTIEBE ORER A
25 &, FBHH% 52 HKERICB W THARMORITFHEL T\ EEZ D,

UEDZ e, RBIZE D ERHMRLECOHMEIZIEN TS 7YX ha T 0 & X7 EHR
FBLL, HEEICRET 2 Z EIC LD, MRS L E L S Z B & ) & ONEESRE & &
EBEITLHZ LN END EER D,

PR IE, MR DMDMPX 7 » b 2 FWZRRBRICIS W Ty AR & IR & T 1% 52 JRF oD T
S B R EDRD LR T BRI TRV E B 2D b DD, AREORICET 2 BEsH O
WL ERAR AT RE & HIT L 72,

4. FEERARANEIRRICEET 2 BE R OB IC 1) 5 FE OB
A DIEBGFIRIANENREIC B3 5 &k & LT, DMDMPX < 7 2 J Y DMDMPX 7+ | % U7z Bh Rl A
RN ATRBR DR DM R H STz,

4.1 S3HTiE

A5 O IEERANENREFEAR I Z B\ T ASL D gDNA B X, ~ 7 A TlX gPCR %, 7 » b Tlid ddPCR
BICRVAE SN, T, ~A 7 P2 T4 Z R EORBRITIV AL Ty MEZX
v FH S iz,

42 FEBRAKRAEEND AR
421 RJZ—DEENSFH
Az VT2 3 13 (RSB DS I S 4, AR~ DAL D gDNA D434 A35f il S A7z,

14
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# 13

CENSESiY

A% 5 D BE R ERAR B 51 & 2 ARG DA RN 43 7 A Bk

ABRR

BE
il

A&
(vglkg)

IR

e~ 2
(DMDMDX)

12 JH
24 JE >

1.33x10%
4.01x10%

o MAEFDARGLD gDNA JREEIX, HIEIFHER R T 5 &
b2 Rk E7RY | #5144 10 A £ CoREICEE
DT D53 AiHE & T AL D X 0 ARIR 2R HE R % F
L4222 HEOWELEER L, WTNOHETHLHRE
1% 44 HIEAICFW CTHLER 0 gDNA 13 7E SRR
it & IR o T,

o PrHM% 12 WA KON 24 WS ICHE N, WTRo &

THITTOMEE EIR. WM (RSERTRE) . MG, B

BB, AR, =R D, 22, B, ATRE.

BREAG. AEARRR, RZIE. MRNER. REHL. MR, FRRER.

RE) TAREO gDNA 2 STz,

Be b2 12 8BS RO 24 BB RICBWT, WINO A E

THATHE. DR, B L OVERS TR S e Ko

gDNA JEE IO/ & TR o T2,

4222-1

e~ 2
(DMDMDX)

12 JHH

1.33x10%
2.66 X101

o BE% 12 WEFSICBOT, WThOHAETHLTRTO
RAER CEREAR. DB, BARRAEE. SRS, ERNE. M. R,
AGERR. B, OB, FFPUNR. M. FERE. BARAPRREL Y
VoNEL REREIAR, FERA) TAELOD gDNA 2 &h
7o

s WTNDOHETHITI RN INZAMD gDNA JRE
LR & T < L BARAPRRET . N & OV RE R
H 7z gDNA JREE XK o 72,

4.2.2.3-5%2

e~ 2
(DMDMDX)

12 FHH

1.33x10%
4,02 X104

o BEH% 12 A SICBOT, WThOHAETHLTTO
FEER (R, KEDIR. B, M. 585, f%ﬂ% + 5 HE.
RIE, R, ~N—F =R, D, BIG, 2285, IR, .
fiti, EARGAR. TEEE. MERR. ASE R, &J‘@ B (S
ME. BEME, MOME) . BN, H. OREE. BB HFIRR. &
&) TAND gDNA 3 S -,

o WTNOHETHITHR, BIE. B, Ok OKEIR
TR &7 gDNA JEFEE TR & TR <, M.
MR B O BE CRH SN2 D gDNA R 13K
Nl

42.23-8

HEZ >k
(DMDMDX)

12 JAfH
24 [H]
AR TR A
(&E
1% 28 1 A
119 F K )

1.33x10%

o HH% 12 B RIZBWT, BUAOTXTOME (F
R, OlE. BERRERE. FXNE. . RRNE. AESEAR. U o8
i, M. T, FENG) TR O gDNA 23t S iz,

o HH% 24 WK RIZBWT, B A OEIRELSA DT~ T
FE CERSAR. DD, BREERE. BN, . SRR, U v
SXE, ML TFDE. IERE) TAHh D gDNA 23 Sz,

o WTIORERTH IR Tt SR D gDNA JRIE
NEbLEL ., W TLIETE» -2,

o B AEAERE TR S U2 TR T O (BRSOl
PRI, JiIFI) TASL O gDNA 23 S vz,

4.2.2.3-11*2

*1 ;I AEH gDNA JREI, & 5% 44 B £ THIE SN,
2 HIEEDOSHIENAY F— g NIERS LTV,

422 ~=AruPR a7 42U BOEENSF (CTD4.2.2.3-11)

1 DMDMPX o M5t L, Al 1.33X 10% vglkg S HEFFIRNIR G- S -, 5% 128
FR O A& AEAFIRE L

T4 R R EORBENPHER SN (3.2.1THSM),

15
T LBV AR AHE AR A

H B AL
(B A% 28 7 A 119 I S) 128175, E’*ﬁﬂb\ 'L\Hﬁlzv*ﬁﬁﬁmﬂﬁf@v%& =
A a7 g BT EORBUGARNEHE S Tz, W ALORE

HE

sy

BOWTHEME T~ 7P R b

S




(& 1E 5 MR
43 e (CTD4.2.2.2-1 KX CTD4.2.2.2-2)

DMDMPX < 17 2|2kt L, A4dh 1.33X10% vglkg X i3 4.01X 10" vg/kg S HEEIFFIRNIEE G- S vz, & 5%
2EE#%MHHETBES&@%&@E¢@$%@¢WA%WﬁqWR%’i@%ﬁéhtoWfﬂ
OHETH, REVEFOARGO gDNA JREITE 5% 2 H BICHREEEIZE Lz, 1.33X10%vglkg % 5-
BT, JRPCIX7HHE, #£PTIX13 HH £ ToDNA NEEAFETH -7, 4.01X10M vglkg # 58ET
i, R CIX4HHEET, #1228 HH £ TgDNA BNERFETH -T2,

4R HEICR T B BEOHIRK

HEEEIT. RROENEIEEICHOW T TO L 5 IZFHH LT3,

~ 7 ARG & B U T BRI RN B G AR RN AR RIS IV T IR, GO, BB R OVE RS T R
H SRS D gDNA 1 X ok & i L T WM ERICH 0 | BRI~ R 2~ 4 2 & KO
HRXARRE R TOARGL D gDNA JREE IRV Z & B3R STz,

7 v MR Z G U7 B EIFEIRN G AR a8k TlE, IR QU0 CASSh D gDNA 28 &l
T bl FRHFEA~OfRAMEEZ R 2 E BN STz, 72, BB THEARED gDNA D4y
D3RS ST,

RFHIZ LD, B, MREORREICRBIT2~A 7 a YR ha 7 4 X BRI,
HICO VT 2 Z LRS-, o, RLIFE~ORBEMEEZAE L Tnd b0 0, DMDMPX <
7 A& AW EBERE B1HESMH) [CBW T, iR ToO~A 7 ay X a7 0 o Z R 7 HORBIX
B @ﬁﬁ&@b%?@%ﬁ&%&bfdﬁ<\Mmm77m%—&~@%ﬁﬁ@_i©%%ﬁﬁ
LIS O TOFRBUIMENZ &R STz,

PEAEIT, HEEE ORI Z TR LT,

5. FEERKRZEMICET 2B R UEE IR 2 FEEOHK
AR DOI R LM T5EE E LT, ~ U AZHWEEREESEFEERBR L O =7 4 ez Hun
77 in vivo {5 LA 258088 O s 3 e S T2,

51 HREIHEFMHRER

KD, Mg~ 7 A% FWT- BEIE RN &G-S (12 8 & OV 24 BREIE) . v 22 W H
[FIERIRP G-ty (12 BEMBIER) . IMEIRRFT ROBE 2 Bry & Lk~ 7 A % Fv 7o R ERIRN
Pe G ERER (12 EMEE) . ROMERERT AV~ 7 2 % 7= BLEERIRN 4 -2 MR 2N F20 S vz,
W~ o A % T BEERIR N $ G- PR (12 3 X OF 24 B IB1ER) 1\ T, B4R (C57BL/6Y)
~ U A O TR AR AR B S5 | K OV D (2B U 72 PR R A 0358 BT 73,
DMDMPX & 7L< &7 A CIERR & H LR o 1o, M4 RO INFHa 22 fadb & bR & OO TR L CTh
0. Bh5% 24 FR R TIEEN L OFT RITER L TR Y EEMERFRO bivio 2 & | #5144 24 R R THE
D O ZE R LI T E IS EZ L E B N D Z D, mHEFIERITEW & FFEEIEH L TWn
D

M~ 7 R % BT BRI ER AR B G- kiR (12 JAH] O 24 TR TEIBLES) | HE~ 7 2 & B 7o BLETER AR
P 53 ERER (12 HFBIZR) O DMDMPX £ 5 L~ 7 A 2B\ T, AFEHKE 58 L OARGL#E5HETR

16
T LBV A EEE PR S WS E



(& =S BERR)

W THIRRD b, RHIFETHI A2 S eEEOBEKR TIHEILRDSGR O b, FTROEERE & ikb580
RAMR DAL G- & OREN & S 7=, DMDMPX &5 )L~ w7 A T RHE K O B SIRFE A FE A B
B O (Neuromuscul Disord 2015;25:764-72, Neuromuscul Disord 2020;30:368-88) 2365 = &, K UMK
FEPLRFTROMGEZ B & LTt~ 7 2 % V72 BERRIR B G- el (12 B BLEE) i, IN=sin
KREBESTDAET R TH D F— 28RO N TR Z RN Lic ETREBREZFE M L2 L 2 A, Frilo
HEEE LG8 OMBIRRGED RNl Z LD | YREHT RIIA % 512 B L 72\ DMDMPX
BTN U REREOFERTH D L HFEEITHAL TV D,

I, AAV XU Z—F 5T D BRI EI EES I 5TV H B 0@ (Front Neuroanat 2014; 8:
42, Hum Gene Ther 2018; 29: 285-98 %), A% 5-10 & 2 8 K OSAAH AR O3 BEAR AR 7 A0 2 LI QN —
R IEBIZR T I 1T D ARAERE ~ D B TR O LI o T2,
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CENSESiY

# 14 A& OHEFIRA 5 BERAR

B

M (vglkg)

EsS

WA

e~ 7 A
(% £ #»
(C57BL/6))
DMDMDX)

12 A H]
24 A [H]

0 (ZEFLRIHIK)
1.33X10%
4.01x 10

<C57BL/B] < 7 A >

L AREE D

1.33X10% vg/kg #5-8F : AST - ALT &1, AR K.
JFRg IR AR A, TR (B as . T i B
JRBETE, JIFNsA R 248, MR 2= fa e

4,01 X 10% vg/kg ¥ 58 : MCHC i, APl ks

[FIEME : Y (FFRZER b £ R <)

< DMDMPX = 7 % >
FETC72 0 1020 ) (AEBRAME KGR | 2/20 f (1.33X
10" vg/kg #5-8F) . 1/20 5] (4.01 <10 vg/kg #5-#%)

AR GRE - IMEILK

1.33X10% vglkg #G-8F « REIEIMNEILIE, MCHC &
B, A MEREL « A PP ER - BEERSL - i/ MREIR B, AST -
ALT - GLDH - BUN {&f#

BIEME « B iR, I/ MRBURAE, AST & O GLDH {&%
EIX B 5% 12 BRI A, 24 BESICBWTHER
O BN,

4.23.1-2

M~ A
(B & M
(C57BL/6I)
DMDMDX)

12 JH

0 (EHEAIEAK)
1.33x 10
4.02x10%

< C57BL/6) < 7 & >
AN
1.33 X 10" vg/kg #& 58 « iR 5 A il

<DMDMPX <17 2 >
FE1="2 1 2115 5] (4.02X10% vglkg £ 5-7f)

AR 58 LR

1.33X10% vg/kg BE5-8F - IMEEPOR™S, Bl EREL - 47
ERILARAE, ALT XA, SRR E 2K

4.02 X 10% vg/kg #5-8F - IHEMEC T, SLFE, HIE, M
RS (REAE - REHINEGE, BEEREEME, AST
Al

4.23.1-3

W~ A
(DMDMDX)

12

0 (EERHIAK) |

0 (HEA) ™,
2.0X10%,
4.01x10%

AEPRAIR K G, AR GE. 4.01 X 10% vg/kg 5
BE  MEPLRS

4.2.3.1-4
%5

HERES A~
A

(C57BL/6I,

1 H )

90 Hf#H

0 (EBLRHIAK) |

1.33 X10%,
4.01x 104

1.33 X 10% vg/kg B 5-1f A EEEE ()
4.01 X 10 vg/kg $5-8f « (REINEIRME (HetE) | &
SRR (1)

4.2.3.5.4-

*1 ;AR ZE Rl i3 5% 12 W TIEERD S 7, 24 B S TIRO b7,
*2 BRI TR U7 SUSMB A 22561 & I S 7= 8RB 72 48 1 S S R s (A 4%,
*3 AR KR GHE L O 1.33 X 101 vglkg & 58 Cldfi%, 4.02X10Mvglkg BEHECTHESENS BEEOFAARD bR

7=

*4 R (20 mmol/L e A X' —L 1 mmol/L #i{kF VU 7 A, 0.001%7K 2 FH~—188) AFKE I,

*5 ¢ AR G R CRT R OFEBURE K VB EIIE VTR DAL h o 7o, 2.0 X 10 vg/lkg &-5-FF TIIMM=E O R 4 506 L

NQAVAJAN

5.2 % DfhZeM R

5.2.1 YuAKR~DFIALD BT HES
ASAIES 9 B E L2 =7 A L ORI & O 7@ n LA Gl OFE RI1TE 15 D LBV
THY ., HIAHRE =3 T U LDDEBEETH Y . 2N ABEE LI ~OBIR A TG D 5

9 K& A U X AAVINTA /1 7L REOMTR 2> — 5T, ~A /YA ka7 ¢ VilE 7 CliZ < GFP s 1%
it MHCK7 7 —& — T3/ < CMV FaE—4 — %o 808K L 138 A 5,
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(& 1IE SRR
N o7,

# 15 FBRLE B W 2B A R EEA
AR REpI7ik i A &R}
A=7 AP | REERERE 1.33X 104 vglkg THARN | « FAEMIZT V7 LA ThH Y (RGN | 4233.1-1
LU, 12 %ISR L 5 BlOAF ~OF AR L0 (K 0.166%) | (B5)
figikAfR 2 VT TES ¥EICk W Ry & — ThH ol
LB D #HIA FRAL % AT, o WA BHEIE AR T-UTEE T OB L, i
b AEE O AR (EXT2, FLT4,
MAP2K1) T 0.13% T -7,

BT, % 15 ORBRERE I A, B4R AAV 1T E b 19 BYEOAR DK E D ERAL~D IR 72HHA
HIEEEFFOL OO, KIWTEL AR 57 % Rep # v X7 &2 — T 5 rep B 23 HIFR S
nNTEY 2 HBM) | HIARMMEEEZ R0V D, REDIEES ) LAA~OIARY 27 [TE &
BEXDHEBPL TG,

5.2.2 [EBEERLK O A LD W EEM
HEEE L. LFOANDL, RFEIC X DEZEHR KL OB LD Y A7 3R EE X L5 LFH LT
Do
o ARMDEEY ) AAOHAHLY A7 TENWEBZzHNDZ L B1IESHR),
o VAR T 4B UNTEITREPAUCEGTHEM AL TORNIENS, E R AMrT 1~
B R EDORREE HEFF T D72 DI ED RAAL VDB EREE LI~ A 7 a P A ha 7 4 o H X
£(2@£%)@%ﬁ;%LLk@%%m&U#AMJX&iﬁwk%z%ﬂé &
o b MITHIRE OBEECE G IV TBEM O M A BLEES 7 O < (B AR AAV2 OIBIR T O AN A
LT\ Eo#HE (NatGenet2015; 47:1187-93) 2AdH 5 b DD, BlRESIZE W T, b MUV THIE
Z AAVINT4 X7 B — 3 EBENE & B3 2 &L oMEIT RN &,

5.2.3 AEFEAZMH
Az DT AR A BRI G STy,

5.2.4 BUETRERBRAMY ORZ MM

A OBE TREBEARMY (2163 HBM) ([2OWT, HEFHIL. FMERBRCERN L-wBRwEIc
GENTEY ., R CHEMA L gBRmE CRUE S U A O HFEE & TR O R & A &%
WE 2 5 & ARBOFEMERBRIC W TIGE TR AHMHORZEMETFIM I TnD 2 &, £, #ET
FEHSRA RIS TRICB W T oIS s 2 Enn . REOERRERICE W TR OGS T
P SR ARHI IR 5 et EORSITRW EFRA LTV 5,

5.2.5 Bl DLW

REEFIT. AMORIKS TH DT R U A, br A ZE—)L haX&2E— VIERIE, b~
2T LARKF Je R 1 4= —188 1T DWW T, AR TOEEKLBINHF & L TOMHFIFIE ) L, K
s DEFRME B W TR EOBAIT 2V EHH L TV 5,
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(& 1E 5 MR
5.R MBI 2B EOHKE

R IX, PR ST ER R O LU F OB S, ARG OIERFIRZZ EMEIZ DWW TRRBE ORI T 7a v &) kT
L7,

5R1 FFE#ECONT

BEREIE, ARG IRFIC~ D 2 TR BT FIROFT A DWW T ARFBEEAGED AAV N7 2 —BLETh
HAFRL T TAUYLRRTZIZEBWT, AAV O 7Y Rk DI E IR T 5 k23 0
BNTWDHZEEBEZ (Bf2F 2 A 7 AfFTREREE Y7 A~ AEHE) . R OFEE
TR TRV MBI ALEMICOWTHAZ RS, HEFIILLFO X S I LT,

LUF ORBEt R OARG OERHRBR CoOZeMEEH (7 HBH) 2HExsL. RLER5TZLICK
D APERTFREE 3580 H D ATREMEIZ A E T X 2202, IR SCEIC B W TAMEATRE E (256 5 VE B Mk
2179,

o ZEOMMZ AAV DL IZX HIFHEMEITM O TR | Mz AAV OFHIRZIZ IS T 2 YA
i, ARG OBFIFEHUC L 2 mtER 2, Mz AAV ORERITRTT 2 5% SOS523 B 5
D A[REMENE 2 HIL T3 (Toxicol Pathol 2022; 50: 118-46)

o AREFEEREO~ U RIZBIT HHFROPT I, ARG U CRIEMRG K O ORI PEZE( D
ECTbDEEZD,

o UUTOmZEHFZDE, Rzt MG LBRIC, BB V7 BOMRRISER L T4 U H5E
RIS BEREE O E T~ — 7 —OEB OME, K OGERNIZ R U7z ok
BIIENEEZDLOD, TRLOBENEL D AREEEZZERICEET D Z LT TER,

» DMDMPX <7 2 % W HKHEER B1IHSR) 2B W T, AmGICEV~A7noxbr>
4 BT EORBINEIC TR L L TROONTNDH Z L,

> AMCEWRERBRATLI~A7alA b a7 o200 BT FORNKES A va 7 o X
7L OMFEMERE WA, ARV R ba 7 4 o L OMER SN E b—7L LTR#END
AR E TE N &,

AR, HEEE ORAZ TR LT, 72720, AamOFEEZ oW TR, BRRIEICE W TH| & e & ki
ERAR

5.R.2 B DMD BE~OHEERFOEFAFATZED Y 27120V T
HEEEIE, LT OMNS, RO B DMD BE~OFHIZH 720 | AFEHIIRICI T 2 s 7-HhA A

DY A7 FORBBERMRICEEST 2 ) A7 IHREFHAL TV D,

o AKRMDBEEYT ) ASOHIAHLY A7 TENEB 2 HNHZ L (B1IESR),

o M~ A EZ W HEEFFIRN B G mE AR (12 B L O 24 BB 2BV T, AdhR 5% 12 1
RE R ON 24 RF R 5~ 7 2 ORFEAHAR TAML D gDNA 2 &b DD (& 13) . T,
O, IR R OVE R & bl U CIRIREE T 0 | 7o R BUEARIC 31T 2 A0 D gDNA JRJE 13 S 4%
54% 12 JRF R & boige U C 24 MR G CIMEME 2 R Tl m Th o 72 2 & DL AihD gDNA OFgHA~
DORANT D72 ORI T EEZEZOND Z &,
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(%Eﬁ%m)
o UUTOREHERNS, KOS AMIZME DA TIRD v, FEFEMIEZ & AT~ /5340 1%

Sy AWAIEEoY

> MERESHT~ 7 A T BRI ER RN SRR (R 14) ORLBEGHK 70 H O~ T ADF;
BIZoWT, wAM 7Y RA a7 4 VBIETRRAA X7 2 —DBE1 O mRNA Z1E1 & L
7Zinsitu A 7V AL B—=2a a2 HE LA, ~A 7 a PR a7 4 VBILGF KO AAY
R B —DiEfr T mRNA (3R B O RS T Sz,

> KO~ T A& HWERERE (CTD4.2.1.1-2, 2EEE) 2BV T, Az kK 4.01x
10% vglkg THEIFARAI#E 5 L 7= DMDMPX < 7 Z (AL 5-1% 12 B S O BRI C SV T
A7 TVA R T 4 VBAFROAAY XY X —0O mRNA ZEER) L Lz in situ A 7 U XA
B—va B EELLlA A 7R M7 0 VBETER AA X7 X —O8IETD
MRNA 23R OME T S 4L, MENEME T A7 4 v BRI HA L TS EHEZ 5
niz,

AL, RMPHERICOML Q1S v~ 7 u A a7 4 Ui A ONAAY X7 X —Dik
57D mMRNA 2N RO VE M S SN2 2 & 25 E 2 R G OREZ IRRE~D DN T
ST A X oKD, HEHEIILLTO X HcmEIZ L,

UTOENG, REOEGIZEDZRES~OEEBORSIFIRNEE X D,

o v U R & T EEIE RN B G- iR L OERES A~ © A & F W T2 BRI ER RN I G- B o
B AR A TR, ARSI G ICBhE U 72 EMEAR SRR O BF 1T b T2 & (5.1 IHE
M),

o Ahri—o aavin7a 17k, MHCK? 7rEe—4— kO IR0 =0 e 2z 2 I
B o2 BT 5 AAY R 2 — 2 VRN T, AAV N7 X2 — 3R &
U CABEBEKRZE~ 7 2T L, Y~ v A 2 BALE~ T 2 LR LT & 2 A, IREY)
HUTEN R ol b,

e AAV5 OB 7Y KEAT % valoctocogene roxaparvovec (Roctavian) % # 5- L 7=~ 7 A 1280 T AAV
R B =) AOWERE~ORH VPR INTEY . Uik~ v A 2 BALERE -~ © 2 & 220 L7305k
IZBWT, EFEEOZIERE~DOZENRD LTV 2 & (Gene Ther 2023; 30: 581-6) .

BREIE, RSO ONT, [~ U 2 & AW HEIEARAN & G- atEali (12 8 &0 24
BE2) OB IR O LT D OSBRI RITHEGE SN TWRWE DD, Fifi 8K O O
9@ﬁ%%izék$hﬁﬁm@$m@ PAE M L B X B AL, WRBRITIZARGIL T OBAR 1A

R U TR AT A AT AT REEIIR WV ST L7, L7aAio T, RO EG XG4 3 7%
uisﬁ$ﬁ®DMD%%T%é*&%Mizée K OFERBEIZH720 . WA~ DR O
WEI LT @)xiiﬁwt#UﬁKM>$&#%% Lo3A T B B OEBARMINETH D 51k,
&5%%@##*%&&59A . BHEO VBV E ST EREREICOWTORMALE L EZ D, £

. HEZRRREA %@kowf\$m%®ﬁ%%%izék)2&iﬁwk#mbko
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CENSESiY
6. HRARENEIRICET 2 ER R OB T 5 FED

A OEERIRNENEBICET &R LT, 103 #BR & 1301 B o e S i,
6.1 otTiE

BRGAE. MG, MERR, R OIS A5 0 gDNA (X ddPCR HEIC L W e Sz, b, &Rk
DOFRIED LLOQ X, 16D LBV TH D,

# 16 E£RBICBY 2HED LLOQ

103 R 301 R
B 25.0 vg/uL 25.0 vg/uL
Mg 4.5 vgluL 2.4 vg/uL
R 25.0 vg/uL —
PR 25.0 vg/uL —
{Ed 25.0 vg/uL —

BRI D AAVTA 70 77 RIS 28Uk, ~ A 7 a PR va 7 4 2 X7 BT DR K
OY IFN-y OIGE 71 R EE R OGP E IR, R 17T D L B0 Th 5, 7233, ELISpot 1 L 5 IFN-
y DREIZDNTIE, AAVIN7T4 17 RED~A 7 a P A ha 7 ¢ X U oR 7 GITk % PBMC (2851
DR OR A F N EVHIE LT 5,

# 17 103 RBRKL O 301 RBRIZBIT B AAVIhT4 B 7 RIzxt3 2 5k,
A4 raVRA a7 4 F R BIET AHE RO IFN-y ORIETE, MHBRER OB L%

HE S B E BB It S v
AAVIh74 1 7> RIxEd 2 Hidk ELISA i% - 1 : 400"
~AfravAaT 4 .
5o N R B Bk ECLIA £ 77.9 ng/mL 1.36
s . . 10 Spot Forming Unit/
IFN-y ELISpot # =3 Spot Forming Unit 4.00 X 105 PBMCs

* 11400 BOFAIRFNTI T OD 23 0.043 LLEORKRNSBYE & HE S5,

6.2 HEGERIKNENRE
103 #RBR KON 301 BABRICH T D HE - HE. AL OBAREEGEIIER 18D LB TH D, 728, 103
R IT D IIE T OGO gDNA B K OHEH ORI 24— b 1~4 DA ZERG L LU TEm Iz,
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(& 1IE SRR
# 18 £RBRoORE, Ak - FER ORGSR

B4 A - HE ik TR AR )
103 3B | IAEE 70 kg A THAE | <A&D gDNA>
Adh 1.33X10% vglkg | i R -
% BA R B IR N W N—=Z 54 RO % 12 BB IHIE,
{KE 70kg L F : R
Aih 9.31X10%vg ([ | #efe MFHE
ER) % HEERRN PR, B5% 28 H, #5% 1, 2, 3, 4, 6, 8, 9, 10, 11,
5. 12, 24, 36, 5238 H,

MWL, IR M ONSERERR A

BHR, BG#%2 AR, #&5% 1, 2, 3, 4, 5, 6, 7, .
10, 11, 12, 24, 36, 52, 78, 104 Ji H(Z 3 [l C LOQG
78 % £ THE,

<SUIEIRE >

AAVIh74 71 7° R4 B P ¢

AV —=v W 5% 2 A, #5441, 2, 4, 8, 10, 12,
24, 52, 104 #E,

~ A AT 4 B RIBITHT AR
A7) —=v 7R, ®54%2 AH, #5% 1, 2, 4, 8, 10, 12,
24, 52, 104 WH,

IFN-y :
N—=25 4, H&G#%2BH, &54% 1, 2, 4, 8, 10, 12, 24,
52, 104 @ H,

301 3kBR | < %— b 1> B | <AHho gDNA>

Ah 1.33X10% vg/kg | i RS AR

XiZ7 7R B 56 12 8 BICHIE

% B FRIRP ¢ 5

MR
&EH, 5% 4, 8, 128HA,

<GB >
AAVTth74 71 7° RIZxET D HUE -
A7V —= 7R FH% 2, 4,8, 12, 24, 523 H,

~ A7V A NI 4 R EITRT D HUE
NR—2T A W, 5% 2, 4, 8, 12, 24, 5238 H,

IFN-y :
RN—2I4 v, B&H5H% 1, 2, 4, 8, 12, 24, 52 H,

6.2.1 IMIEF DAL D gDNA BE
6.2.1.1 103 RBRIZIIT B MiEF DOARFD gDNA BE

103 B D AR — b 1~4 DBRFIZBN T, MIETOALD gDNA/;af“ﬁsuMﬂﬁézhto%:rf Y
F (aA—hr1:204], aFR—hr2:6%], aFR—F3:66], 2A—hF4:7H4)) (2T DMIGEFHOARM
> gDNA DR, FmiR BB R A  OVH R R RIS ER 19 :mﬁ”&k‘@“@w\ 1M H DA D
gDNA JRIE 1L, #¢ 5% 10 A £ TOMH 72 54 S QLA OFEAR CHHLZR R A R & 32 ZFAtED
HRERLT,
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CENSESiY

# 19 103 RBRICBIT 2 MIEHOALD gDNA DENEIRE (202347 H 24 BF—Z Ay b4 7)

agk—b1 (20 #1)

agk— k2 (614

a— k3 (64)

ak— k4 (74)

0.561x10%*+0.101 X 10%

0.949 X 10%*+0.153 X 101

1.53X10%*=+0.295 X 101

1.03X10%=+0.291 X 10%

ERE (vg/ll) ™ 0.560 X 10%4 0.897 X 10% 1.56 X 1014 1.17 X 10%
(0.415<10%, 0.827 X 10%) | (0.774X10%, 1.18 X 10%) (1.08 X 10%, 1.86 X 10%4) (0.617 X 10%, 1,34 X 1014)
i 1 R B R A 2.4+0.00 2.560.291 3.03+0.705 1.38+0.228
(h) ™ 24 (2.4,2.4) 2.4 (2.4,312) 2.88 (2.4,3.8) 1.3 (1.27,1.9)
41.0 (14.0, 369)

{H KR 5 (day) 2

85.0 (57.0, 253)

41.0 (22.0, 107)

80.5 (23.0,191)

*1 o BB PIMEEARAE S, T B PR (/b R
*2 R /b, &R,

6.2.1.2 301 RBRIZI T B MIEF DA D gDNA R E

301 RERICEB T D BARMNER 3 Fl % ETe 64 BIOBEIZONT, MIFHOA D gDNA A FEA S
Nizo MIFEFOARMD gDNA Ofg i B, fiem i B S % OWH R UL 20 lRT &80 Tho
oo Flo, BARNBE IBNTHT 2 MIEH OARM O gDNA BT, SEGIHOL OIE RS D 72 < SR

ERICITERE 2 ZT 2 boD, SEANEE &L RE S ERDMEAITRD bivehroTz,

# 20 301 HABRICBT 2MIEF OAFLD gDNA B E D ANEIRE
(202349 H 13 AT —& A vy +A7)

301 3B (59 i) 1

1.45X10%+0.733 X 10%

1.36 10 (4.12X 108, 6.14 <10

i 1 B R A (day) ™2

0.176 +0.0156

0.172 (0.127,0.234)

{HERF A (day) ™2

85.0 (1.00, 106) (64 f4i)

*1: 551 A B oMigES gDNA JREEDSHIE S 7R - 7o 8 3T 0> b BRS S iz,
*2 0 BB P AR RS, TR PRE (R, K.

*3 R (R, k).

6.2.2 BT DA D gDNA RE
6.22.1 103 RBRIZE T 2 BRFH T DOAMD gDNA IRE

103 ERD = A — | 1~5 DBEFITHN T, BHAHFICHT 58720 OAMO gDNA JENRIE Sh
oo N=ATA L TIHBRHERT, K55 12 B8R EOBRIIR 21 O LBY Thotz,

# 21 103 RBRITBT 2 AL 5% 12 BELE OB T OAMLD gDNA EE
(20235 7TH 24 B —& Wy h2F7)

ak—h1 aR— |2 oR— k3 aR— k4 zi7R— | 5a zi7k— | 5b
(20 #31)) (6 1) (6 i) (7 1) (6 1) (2 i)
SEXIE R S 3.44+2.38 1.61+0.53 2.76+1.08 3.00+1.33 2.49+1.34 2.41+0.07
L fE 2.72 157 2.79 3,52 2.36 2.41
b, &R (0.74,9.77) (0.94, 2.35) (1.59, 4.62) (1.11, 4.76) (0.47,4.33) (2.36,2.47)

BN« vglks

6.2.2.2 301 RBRIZEIT BT DA D gDNA RE
301 HERD/X— b 1 DEE D BRI ATRETd - T ARMEE 17 . 77 2 REE 14 Fll2BNT, &
WABICI T D872 0 DAL gDNA HEES ddPCR 12 & 0 HIE Shurz, A G-4% 12 IS OfE R

iFFRK20LEBY ThoT,
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(& 1E S BRI
# 22 301 RBRICBT 2 AL 5% 12 BELEOBERG T OAMLD gDNA BE
(202359 H 13 BT —& Wy b2 7)

AshEE (17 1) 77 vREE (14 1)
SR R R A 2.26+1.55 0.00
RO (B, BK) 1.77 (0.77,6.92) 0.00 (0.00, 0.00)

BT : vglk

6.3 HEH

6.3.1 103 RBRIZKIT HHEH

103 FBRD A AR — b 1~4 OEFE OMERR, JREOFEEIZOWT, K54 104 BI20720 | SER7RH
H 10 LB kT, A gDNA BEENHIE S, AdhOPEH 233 S iz,

WEHR, IR L OFE(EH O gDNA R IX B — 7 I (MERR : 8.17 X107 vg/mL, JK : 2.75X 108 vg/mL, #{# :
1.04 <108 vg/ug) & bRl U CAL 574 4 A & T2 0.5%RGMITIR T Lz, FRIROEeMRmEL L 7
HETOMPIL, H23DLEBY ThoTz,

#£ 23 103RBRICBITAHK, REUCEFEFOARD gDNA OIHEKRKFE
(20235 7TH24 BT —% A v b4 7)
THRHER] (week)
- 10.02+8.61
M 7.29 (4.1,51.1)
14.16+11.53
11.00 (2.3,37.1)
- 27.18+11.02
L 25.07 (6.3,52.4)
BB P IERE RS, TR hRE (R/h, R)
*l:agks—hr1:200), 2m—hr2:76, aFx—Fr3:6%, aF—hr4:54])
*:amks—h1:200), 2R—h2:76, arx—Fr3:6%, aFr—hr4:74)
*3:aks—h1:1406), am—r2:76, arx—Fr3:54, ar—hr4:74)

JR*

6.4 ARMBEILE D FBILE
Al ZBT 2 B OFHMIRE R 1L, ATFDE B Tholz,
o AAVIh74 1 73 RiTxd B ik
103 FBR D =R — b 1~3 Tix, ASEG% 1 #EEL T 32 il 16 BIAMETH D . 20 D 16
mfi%ﬁf%okon$wb4fi7W?Nf®$%T@é aA— b 5 TiE 8 4t 4 5l TH
PE. 4 BICREMETH o 72, ARdbEEG% 2 BRSICBWTIE, adk— b 1~5 O 47 il 46 $1 TRk
Thote, £, K1DEBY, akr—F 1~3I2B\ T, 5% 1 SO AAVhT4 17> K
(2R3 2 PURFEH O A IEIZ LD MIFHOAS D gDNA B DHEB A~ DR EITRRD b pino T,
301 FRBR Tlx, ARMLEEH1% 2 B AT 63l X ToORETHMETH -7z, 103D =R —
1®$%&Uanﬁﬁmﬂ~b1@$%f$m&5%LM®%MtAmmmﬁ7/ﬁ [0S p RPAE N
RIX, 5% 10 B TRARE 2D 103 RBRICIHB W TIEARME S 104 38 F TRHE R S 1
77
s AUV AIRT 4 U F NI BEITKT HHUR
103D AR —h 1~5 Tk, ~A 7 r T A a7 4 X X7 BITRT DA B BFE T

100 e A 2o WA A T B 51412 3 [R5 C LLOQ & 72 - 2B s & Sz,
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(fE IE W)

AREEG% 4G 8 IT)HIT TN L, AWM 514 12 HEF T 56.2% & 72 > 72, 104 B
THEE LTz, 301 RO/ —F 1 Tk, ~Af 7 uaT A a7 0 X2 R EICRT HHEDOR
MEBREIY, ARG 12 B S CTRRD 429% L 72 0 | R E% 52 S CHEife LT,

e IFN-y EZ:

ELISpot (AAVrh74 71 7" RIZx4 % PBMC @ IFN-y fEAE) DORGPEREHIA L, 103 &HBRIZIB W

TIIARGL 54 4 BEF S CThe b i <, 301 BRI

BWTIIARN &G4 43 %Em KON 52 BT

bRl WTHORBRIZE W TS, BIEHMZE L TAAVWA 1 7Y R34 T #Hﬂﬂ@ﬁﬁ

PEINE D FReE L T,
ELISpot (vA 7 BT A a7 4% L7 K|

(Z%t3 % PBMC @ IFN-y PE/E) OtEBHFEIL

%, 103 RERICEB W CIIARMB 5% 8 5 12 HIF R T b < . 301 sBR ISRV TR # 5

WO 24 | R Tlicb @ o Tz, WTINORBRIZE N T, BIEHHZEL v 7YX b
072N EICHT D T MBS E SR LT e, E72, 103 RER CTREME X &
FEBL U7 A CIX IFN-y ZPE4£ 3 % PBMC OEIG @ WEICH > 72,

[
o
(=]
T

(=

=
o
I

[y
=]
|

= =
o (=]
T T

SRP-9001 vector genome concentration in Serum (ll.'JM vg/L)
— =
o o
|| ||

anti-AAVrh74 - Week 1
= <1400
- 21400

0 25 50

Time after dose administration (days)

1 1033 Braf— b 1~31Z

BT 5&E# 1 BRHRD
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(& IE R Wi
6.R.1 AMmDERKRIENERE K O IREIT D\ T
HEEE L. AR OBRIENEITE N O EISEOFEIZ SN T, T X IR L TW5,
o KAENRE R OMEHIZ DWW T
AR O M35 H IR 12 R & HEE S, 5% 1 F TR O KE D 3 M35 2> HIE K
THETREIND, £7o, MR, JREOFEMEP ORI O gDNA REIEL, MIEH OAL D gDNA JRE
U BHIEL<, 103 R BROWVT O 3R — MIBWTH B — 7 K& ik LT 5% 4 1 £ TIZ 0.5%74
WICHER Ui, S 61T, AR G% 12 R R T, AR T d 2 R~ ORI O 5340 3585 &
N2 &b b, RBITHEIRNEG%, 2HTERZ T L CELITHAR L, Akl s < o L
%, REOHEMERICHHES N D B2 6D, £2, RibE&E S BE 0PI ~DAR RO
PE ., B O ik M OBEAI OB K 2800 LG L0 B =F ~DO B L2V IREEN A U 5 AThE
PERBH DN, BEHEN DRI X —BIIVETHDHZ LD, KRB E 225 U 27 13 TR
EEZBND,
o AARNBHEICET HIENEIRE K OPEHIZ DWW T
AARNERE 361I2361T 2 MG OAL O gDNA JREDOHER 1T, SMENBE & K& < B 56T
RO LN oT, Fizo, LLTOBENG ., MIEF ORI O gDNA JRE, BHEMHIZI1T 2 kR &
ONCHERR, PR OEFE R ~OBEHICENAZNAE U 2 ATREIRW B 2 b b,
> ARETEER O YRR N T U AR—F—DIE L2 b0 2 b,
> AAVIh74 &7 2 BRECHIOFIRIME 2 i & E ) AAVS D3 A1 Dl 2 B IK CT& 5 37/67-kDa
T I = URRROBBRBER OEEFEZRUCANFEEZRH D &0 MENRRNT &,
> SRERIRD AL, ARERIBIER E O EM K BRI AEEZNH D LT L2MENRRNT &,
o KRG D RIEISEITONT
AP 5% 1R RO AAVIhTA 77 72 RITkE 2 FUAIEBLO A SR O g o O A5 D gDNA =
DT 1T 7 A IH LN RERITRO SNRMN-T2 2 L 2 BEE 2D & AREEGITHE D s
2K DMIEFOARGORE~DOIF SN EBIIRBD DN ol EZD,

FERIE, HEEE OUMEZ TR LR, RMORBT LA 7nv A a7 4 o2 ™37 BT 560
FEINE L U CHRIEMEMRDORBEDO Y R 7 3D EEZ D720, Miz) A7 I L UIRKE T &t &
a9 Do

7. BRREIEZMER CERRAZ MY 2 B ITHEEIC BT 2 FE OB
BRWER OV 2 EIC B 2RI R & LT, K 24 1R T RRIARBR 4 SR OBGRE R H S h e,
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CENSESiY

24 AIERUEEEICHET DEARBRO—K

Rl | S | S . gk . BT
<4 | Hust R4 | M RIRBE . A - AEON SEE A
; 4 RLh k8 AT D A 2 X 10 vglkg'™t o =X
| 101 | 1/0a ST OTHE 72 DMID fL4 Y R s i
</N— K 1>
A 2 X 10 vglkg™?
XiZF IR
% HEERAR Y i 5-
Wesk| 102 | o Aﬁﬁi?i;8§3§ﬁ£% a <=2 fjgﬁ
ZTHHE DMD A& N b 10T T REERE | O
Adh 1.33X 10 vglkg % HAEIF
RPN 5-
R—= R L ORI GEE
77 R & W ek
aR— b 1: 4P 8 skl oD ak—h1:
AT AEE7: DMD BE 20 il
a7R— b 2 8uklh b 18 R ak—h2:
AT AE/: DMD BE 7 41 RTE 70 kg AT
i SR — b 3 BATAEEZ DMD B2 | =R — b 31 | AL 1.33X10% vglkg % HilEIE
w103 . am— b 4:3 %L E 4 AR OSLT 6 1 RPN 5 Bk
" HE7: DMD E agR—h4: {KET70kg LA L : =X
aR—h5: 2T VAT ICERE R 7 14 Ah 9.31 X108 vg  ([EEHE)
J5LLF D DMD B ak— k5 | & HEREERIRNE S
a7— b 5a: 4 E%LL B9 AR D 8 15
TR RE7: DMD B (5a : 6 1,
Z7R— b 5b : AITAHEZ: DMD B3 | 5b @ 2 i)
<N—h 1>
A 1.33 X 104 vglkg
X7 IR
% HEERAR Y i 5
ES[ES 4 %0l I 8 AR D o B
st | 01 | W S517 A[HE 72 DMD H% 131 71 iibié??ﬁﬁ&@ﬁ' et
Al 1.33X10% vg/kg A Hi[al
RN 5
R—= 1 1 ORMBRGEE
77 R & W el EERN G

*1 o BEARRBR FERER S Tl S h TV e A — 8~ o/ LR gPCR I L W lE S - AR, Z 0% Sh- EaEsE
OPCR EICES &, BRRBR CRESNZE v MZOWT L hr AT T ¢ TICHREZ{T- 245, 1.33X10% vg/kg

AT ST LR
B PR AR SRR 2T S LT e X — S S VAEHE QPOR RIS 0 IR S IR, 2 DB S i B

*2

a7,

QPCR {EIZHSE | KRR THREGINZ 3 By MZOWTL AT 7T 4 TICHAERZ{To IR, —h1T3
SOERRHHE (6.29X108% vglkg (N=6), 8.94X108vg/kg (N=6) K TN1.33X10"vg/kg (N=8)) ML T\

7.1

AT

Z LR S T,

711 ¥BAERRRRBR

7111 ¥ESME 1/MafE3Bk (CTD5.35.2-1, 5.3.5.2-2 : 101 3ER <2017 4E 11 A ~20234E 4 A >)
S4E A DMD BYLRE (BEERIE 12 #]) 2 510, KRbOZEWR A EZRFT 5 2 L 2

& LTI E Mt BB S K E o 1 sk © 3 S iz,
EARER - BROMEEIT, K250 LBV THoT,
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(& 1IE SRR
F 25 EREIR - BRAEKE

o A45%LLE 8 AR D F M DMD B,

. A Ru T 4 BB TOT V2 1858 IZBWT, T L—AY T MER (RIUIES) XUEEK
IR R BB AT B BE,

BR LY e CKfE7Y 1,000 U/L #8732 100 m ABAT/AEAT O SRR 23 T HIREH D 80%LL T D BFH

o ARZVU—=VZRHIO 1R2BEHL EICh o TROBBKEAT A FOFEMAENZELTEBY,
RBOBEO LEMIT—EOARE (KERISHIET200RBEFERL) 2T L
NPHEEINDBE,

o DI a— TR D 40%AM % OLFHIE OBIEN & 25 B,

o ARZVU—=VZRHIO6 B HAUNIZIRRE RIBRKEATaA FEER) XF=r Vo AFx o

[ VEE & il RV gVl E

o EfmFIRIR. AMMPEEXIT CRISPR/Cas9 12 & B 7 ) AREIGE %% 1 - B,

e ELISAIZ XV #IIE L7z AAVrh74 Xt AAVS OHLAAAS 1 : 400 HE D B,

ARBRIL, TasAiTH (60 HM~& G2 H) | &EH (KRG HRORI% 1 H) ROBIEEH (R
P55 60 1 H) OIS, 7ed. AR 3 TA~AMKMOBEENRET S ar— A &, 45%
LIk 8 AR DBEZ G LT 53k — bk BIZK 66, Gt 12 a2 BREHE CTd > 7223,
JeAT U THANZ LG L7z 2k — b BIC 4 FIDSBER S -1, RRBROX R B L AR BH 2 35
ET 5 102 MR BRI ST 2 & D F DB DOARRERA~DOBERIT P IE S 7z,

MER O ESUIEH T EIE, ARdh 2X10% vglkg (A —/3—2 A VEEYE gPCR VEIC K D HIE, EHHIE
#E qPCR £ TIE 1.33X10% vglkg ITHHY, ) ZHEIFIRNE G52 L & Sz, £lo, XN—RA T A UK
W7 R=ym  AZMZ T ARREGOFT A 2O E% 30 BRI RE AT 214 K4 1mg/kg/
BT 52 L& Shnt,

ARARBRBGR S Uz 4 BRI BES S, FAS & Suiz, & LT FAS N2 MM o R4 K
OV NERHT SRR & STz,

AIECHONT, A7 uV A buT (o Z N7 EREBR (VoA 7 my ME, #HETh OREEE
JCHRHE K O O R RIS L D VA b 7 o GIERRHER) OR—R T A W ARG E% 90 H
FTOLRREIT, £26DLBY THoT,

W JRERTID A 2 Y — = S,
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CENSESiY

F26 A 7uPA T4 FUNRTERBOR—R T4 U oARGESH% 90 BETOELET (101 3Bk, FAS)

SEGITE YL RAZ Ty b E A R D0 % SRR S o f {f ;lé ;ﬁgjﬁ%@ﬁw
A* 38.76 79.84 78.03
B* 13.50 58.76 73.45
c* 47.18 77.95 77.07
D* 182.63 157.82 96.19
SEXIE R S 70.52+76.10 93.59+43.86 81.18+10.19
Rl () 42.97 (13.50, 182.63) 78.90 (58.77,157.82) 7755 (73.45,96.19)

*1 Adnf 5 90 HOWEE (%) —_X—=A 7 A OHEMHE (%)

*2:3E DMD BEDOHAERREIF DO A va 7 4 v VR FREICHT D HEBEORIKTOY A a7 4 v Z v
RIGREDOEE (%)

*3: JE DMD HBE DO ARREI T DY R hu 7 4 & R B DG E Y AR |
T4 BRI BEOREGRETREDEE (%)

* o GERIGEIC IV VA ha T g v H R ERGE LTEBEO, HiE (A ha T CBEERRE & Rk
A 1T TBH VR br T g VRO EIES (%)

(X 2 BEEEORIKTOY R o

e D

EEEREDOREME 12OV T, NSAA far =y 20 R & 30 R (F)) . 10 m ATHE TR
(). 100 m BT HEATIEE (D) KON 4 BefkBe - K] () ORN—=RA T A U bR GH% 5FEET
DZEALE CEEEEERS) 13, £21 D LB ThoT,

#2271 EEEETEMEROR—R T U bLARE 5% 5ELTORIE (101 7B, FAS)

A s (4 6)
NSAA A7 | FREEE EAAEE | 10m A7Ef T | 100 m A THEFTRER] | 4 BYREERR- Y BEH
) ) ) )
20.5+3.70 3.68+0.48 4.89+0.48 56.40+8.54 3.47+1.20
NR—=RF A 19.0 3.80 4.90 54.55 3.59
[18, 26] (3.0, 4.1] [4.33, 5.43] [49.3,67.2] [1.90, 4.80]
Wb 16 5.56i§.65 0.35+0.82 0.68+0.69 9.05+9.84 1.27+1.12
S+ } —0.15 —0.76 —5.10 —1.09
(2, 8] [—1.5,0.4] [—1.30,0.10] [—236, —24] [—2.80, —0.10]
Wy 2 £ 7.0;:5.31 0.272109.81 0.7110*.72 8.33i0*.74 0.76-0_-0*.96
S OBk } . —0.53 —8.60 —1.03
(5, 9] [—1.1,04] [—1.50, —0.10] [—8.9, —75] [—1.55,0.31]
Wb 3 7.5;:3.42 0.200150.74 0.77+0.72 10.3016*.30 1.14i1*.36
S OB } . —0.82 —10.50 —0.93
[4,12] [—1.1,0.6] [—1.53,0.10] [—16.5, —3.9] [—2.60,0.10]
W% 4 4 7.0;:52.94 0%10.59 Of4io.52 635i6.00 1f7il'41
S OBk } 15 0.41 7.10 1.19
[4,11] [—0.7,0.7] [—0.83,0.30] [—13.5, —0.1] [—2.60, 0.70]
B g% 5 4 7.5;:52.38 1'0%19;8'43 oEzios? 482 +4.64 OfZil'M
F OBk } . 48 2.90 0.74
(5, 10] [0.8,1.7] [—0.60, 0.20] [—10.6,0.3] [—2.20, 0.40]
B SRS, TR RO [HEFE ]

* 3B R

ZEPEIZOWT, BEFRIT 4 HlepcBD bz, 2 FILLEICERO 5= FR0
PEZEER . JE57. COVID-19. WLz L AR .. BAEEE, ks
IR, A 1)

geat A B, JiTHESRE L5 3 4

2BTH T, B

ERESERLIY )
WERNL 3 B (Want, TR A4 3 f, BAkiEuR

12 NSAAZ 2 7%, 4L EODMDE R
2019; 14: 0221097, Neuromuscul Dlsord 2015, 25:14-8),

BB HTHE

H il 4% 72Hic

17IHH THERR S 41,

2 ,fﬁJ\ FIaN ‘L“

o MR, RARGER

BRI ST HRERHM RN EE T H 5 (PLoS One
[S2o) 5 D] £ CIR#EPE % RERT

lREEND, FHEAFO~2ORETAaTLEN, 4AMA TR T RNEWIE EEISENEW I & 2RT,
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(& TE R fif)
2R %hﬁ_o %t&@i%fiﬁ$$% R 0)) Sy AWAIRE 71;0

7.1.12 ¥ I#HRBR (CTD5.3.5.1-1, 535.1-2 X15.35.1-3 : 102 B <2018 4F 12 H~2023 4 8 A
>)
SFEA DMD BYLERE (HEEREGIE 1D 44 B, K8E 22 6) 26502, R OFMER O 2 % Mt
THZEEAMNE LT T 2R REE(EA (L S M EEGABR A K E 0 2 figk T I S T,
TR - BROMEAEIL, R 28D LBD THoT,

28 EAREIR - A EKE

o 43%PLE 8RR O B DMD B,

. VA ra T 4 UBIETOT V1858 IZBWT, T L—Av T AR (RAENITEDR)
SUTRABGEIE o RO B RAEF T 5B,

BRR LY e CKE23 1,000 U/L #87>> 100 m HT/EAT O F-HIRER 23 T JIFRERE 0O 95% A 0 A,

o A7 U—=ZHiID 12 BELL EICh > TROBIBRE AT v A RO%AhHENLE
LTEY, R=r1RKU2ZBCTCCOMAE KEZICHIGTAOOARER %
<) MRS Z L ATRISNE B,

o Dxma—TESERHEN A0%ARIME D DIEDOIGEN B 5 BE,

. A7 Y ==V T7RID 6 I ALUNITIERE FIEREATeA RERLS) XE=7 VR

ok HE ¥ o VL IIREEE RS SN B,

o EImFIRIE. MM X0T CRISPR/CasY 12 & B 7 ) ARETIRE &% 1 -,

e ELISAIZ X W HIE L7z AAVrh74 OFTAMAS 1 : 400 #BD

KRB, A7 V== T ROR=2F A ] (FBEATHO 4 BERTI~FEGAT2 H), 23— 81 (K
XIE7 7R ekh, 48 lMEIES) ., N—h2 (=ML TREZEGSNEEZTICT 78R E2HE, X
— M1 TTT7eREREGEINTREICRLEZRE, 48 HEEIL), /S— 3 GEEROBHREM, 2128
ML) H oSNz,

FE R OV BT A EE, 28— b 1 OB CIEARM 2 X104 vglkg (A —/3— A JLIEHE gPCR
HIZE 0 RE) I 7 7 v REHEFRIRNE G5 2 & & ahik, 20k, ARBRAGHZICH Sz
EHHEEHE QPCRIEICHESE L ha AR T 4 TICHHAE L7 2 A, X— M1 TIE3 >R L HE (6
Bz 6.29 X 10% vg/kg, 6 f5iZ 8.94 X 1013 vg/kg, 8 filiZ 1.33 X 10% vg/kg) 23 #&5- 7= Z & DR S T,
R—=F 2 Tlx, N—=FM1LTARLBERGESINEZEBFILIT TR, 77 0RE2HG INZBAFIIAN 1.33X
10%vglkg (EEHIEAE QPCRIEZIC LV HIE) 2 HIEFIRNIR G35 2 L & sz, £z, kA OH
HHELO TP Z HIC, DMD IBRDTZDI_—A T A VB W (i LT e —E A EOR DRI R E
2T aA FIMA T, RS OFT A 2 LMo 7O BIMORIBEEAT A F (FL =Y
VHURTT 1 mglkg/H) OG- ZBRM L, IRBRETEMIC X 0 R OBRNEEICE > T#ETH D L1
Wr She R Y | TRBRELALEEG1% 60 AR W fikid b 2 L L ST,

bk S NEELAL SN2 43 61D 5 BIFEERIE Uiz 2 61 (B8 160 Z25< 4161 CRELHEE 20 . 75
B AREE 21 ) (28— b 1 TR XL 7B RPN S, BEMEMIT I GE N K OITT £ & Sz,

13 EgEIHIE E OR— R T A L5 5144810 £ TONSAAKR A 2 7 DLV EIZ DN T, HIFFRERIE A5, &4 5RO
TEREAER 2 %25 & UE L. AREAKEMMS%D T, £990% Dk H 1 & MR35 7O ORERFIER & L THEFH4% (KRE2241)
ERRE LT,

W 25 = RN T A LD RS Y — = Tl

19 R EMFEES 5 M (2019 457 A 2 BXET) BARIIE 30 ARk & STz,
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(fE IE W)
Z L CITT SRR RN R & Shvfe, /S— M L& T L7239 10 ORELEE 18 il 77 &R
FE2L 1) 23/3— F 21TBAT L, 73— b 21TBAT L2 afilhs/~— h 3ITBAT LT,

AIVEIZONWT, KRB ClL, v=xZ 7 nmy MEILE DA 7/nP A ha T g o2 087 HEE
D= OR—=ZF A4 U P LEG#I2BE TOELEPANA A~ — I — 2B $ 5 FEFHMIEE & L
T, NSAAR A 27 D/8— R1DR—R T A Vb 5#%481 & TOE( LA EEWERE (B3 2 25T
i H & LT, ENENRE STz, 20D FEFHIE B 23T DIREHHREICIBW T, Bk o5 —7FE
DIBFETEFE Z5%ICHIH TE 5 L Y IHREDZ BRI 2 FiEN VLY, i, 2200 FH
FHMEE H CHATHEF A B R EZDRBO LN EICH R 2 h & HET 5 D00, FGERED L EEE
THEE L2 Wi — THEHNICE B ZDRO L NS A B 2 i & HET D OO0 T,
AEGEHHE B W TR SN TW e o T,

INA F—H— T D EEMEE THLH VT AX Ty MELLD~Af7av A a7 v
B URTEEBLONR—2F A4 L% 12E TOBLEIZFR29D LBV THY | KLEEE IR
FED LLEIZ B W TREHIIICH B R ZZNRO b ivT,

#£29 ~A7uPRA MR T AV EUNIERBTIOR—RTA U b E5% 12 BE TOR{LE
(102 RBN— b 1, ITTHEM, 2021411985 —&by vF7)

A 77 e
_—2F 4 (%) 423+6.83 (20 f3i)) 1.91+1.28 (21 f31)
=1 OFEH% 12 BE TOELE? (%) 23.82+39.76 (20 fi)) 0.14+1.24 (21 #i)
p B <0.0001

SIS AR

*] : JE DMD BEDOHAERRBIT O R v 7 4 2 N BREICHT A BREEBE DBRIETOY A fr T 4 v
2N EREOEIE (%)

*2 AR E5% 2 BEOREM (%) —X—ZT7 4 ORIEM™ (%)

*3  FEKUERM 1%, 2 EEA Welch @ t BERHEE AWZET V& 2MUBE, GHRE DS EIEOFEE AT
17) %54,

TEEERE | BE A FEEMEIEH Th 5. NSAAR A a7 D/8— MOR—R2F A UL H1%480 *
TOEABDOFEF P EEDOARGEE L 7T v REEORERZE [95%C1] 130.8 [-1.0,2.7] TH Y . #HY
WICHERZTRD LT, KREBEO T 7 BRI 2B IR &S eoo 72 (3230),

10 KEEED 2 GINAEESRERO- DR E P IE LT,
1 N%ﬁ?#ﬁ*h%@?éi?ﬂﬁ@ﬁK%ﬁéﬁﬁﬁi@ﬁ%ﬁ@%ﬁ@ﬂ%\@@% VB % SRR IE

Téf)iEE*ﬁE@ﬁ UKMEZ M 4% &RE L, W uas—27 O EEEHEE B ORGBUREIZIB W TREMIICEE T
2!@071 2iE b O S OTEFHIEA O)W\uﬁ*ﬁm@ﬁfgmﬁ%ﬁ{ﬁl 5%& L CHEM Y 253 HE
32
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(& 1E S BRI
30 NSAARITDONR—RFA b5 48 BE TOEE
(102 B S— b 1, ITTEH., 20214181987 —% by b4 7)

A 75 AR
NS4 P+ AR (R 19.83.3 (20 i) 226+33 (21 #1)
i Gr/b, &KR) (13, 26) (15, 29)
" PEE £ AR 1.6+2.9 (19 f) 1.0+2.6 (21 )
BGRaMETORE T on, &R (—3.6) (—4,6)
FREE G S ORER 2= [95%Cl] 0.8 [—1.0,2.7]
p it 0.3730

* o A EKYEGH 5%, HGRE AEEN, RS, BB LR OREEHR, N—AT7 4D NSAA AT | N—
AT7A D NSAAKRAR T LIFEORZRAEERZILEE L U, by & U CEME 2 0E L7 ER
ERADRET IV, AGBEDSLEEOTE AT 17) 255,

EEHTERE ICBE S 2 BIKEHIEHE Th 5, K B E B30 R, 10 mABATAEITIFH, 100 mAT/ETT
R M QMBS B 5 I D /X — FA1DN— A T A U bR G%481H £ TOZE LRI, RILDEBY Th

ST,

# 31 EHEETMMEEOR—RFA( U bERE5% 8 BETORILE
(102 B S— b 1, ITTEH., 20214181987 —% by b4 7)

A bR 75w R
. S GV 5.10+2.17 (20 f51)) 3.56+0.65 (21 f31)
* Lﬁgr(fjf D BT PEH4% 48 W E COE(LE —021+1.13 (19 fi)) 0.44+0.91 (21 fi))
~ ik gk HOoE B EORERIZE" [95%C1] —0.50 [—1.22,0.23]
I R—=RT A 5.35+1.14 (20 f31]) 4.83+0.72 (21 f31)
ST TR
10m 2 gﬁﬁﬁﬁm ¥ E1% 48 £ TOELE 0.70+1.16 (19 #i) 0.01+0.69 (21 %)
~ G AT E O BERZET [95%Cl] 0.49 [—0.08, 1.06]
o NR—RT A 61.04+12.71 (20 f51)) 53.86+8.30 (21 f4)
7,_]:{/ 4 il
100m ’(T;{)%ﬁﬁﬁ F 5% 48 18 £ TOEALE 8.67+£27.98 (19 f51) 2.49+7.52 (21 f4i))
~ G AT E O BERZET [95%Cl] —2.00 [—13.42,9.43]
e R—AFGA 3.69+1.46 (20 fi) 3.10+0.98 (21 fi)
4 EXBEE();; ) BT P51 48 W E TOLLE 0.26+1.35 (19 f4i) 0.03+0.87 (21 f4i)
~ ik gk HOoE B EORERIZE" [95%C1] 0.14 [—0.61, 0.90]
SEHE AR

*oBRGRE Film, R R E RO EIEN, BIREHIEE ON—2 T A U, BIRGHEEE OX—2 7 1 fE L
PR OR AR 24488 E U, b & U TS 2 (0E L?Ui@/ﬁﬂﬂi{ BRET IV

LAEPEIZONWT, 73— FLZEBW T A FFRITAMMEET20/20451 (100%) , 7° 7 & AHET21/2141 (100%)
IR BTz, BIWERIIARSEETL7/20f%1 (85.0%). 77 EAREETIRLH (42.9%) (258 Bz, WTi
MOFET20%LL EIZFRD LN T-BEEFL, WITNUDDORETIO%LL EIZFRD L -RIWERIZZENZE 332
KORFRIBO LB Tholz,
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N AT IF—F ER).
D14 (Eis

£ 32 WTNHIOEET 20%LL EIZF

CENSESiY

RO ONIHEER

(102 A= 1, BeMMITXIRER, 20211 H 19T —4%H v b4 7)

AndE (20 1) 77 v REE (21 1)
EHEFER 20 (100) 21 (100)
Mg - 13 (65.0) 7 (33.3)
RGBT 13 (65.0) 13 (61.9)
Ik 9 (45.0) 6 (28.6)
DR H 1 9 (45.0) 4 (19.0)
YA L AR Y 8 (40.0) 9 (42.9)
BAEEE 8 (40.0) 0
BN 7 (35.0) 2 (9.5)
20 5 (25.0) 2 (9.5)
RE R 5 (25.0) 4 (19.0)
PLEC X B 5 (25.0) 7 (33.3)
Y= NVEIN T AT =7 —BH 5 (25.0) 0
RSN 5 (25.0) 1 (4.8)
VU R 5 (25.0) 5 (23.8)
FEEL 4 (20.0) 1 (4.8)
F EEaR G 4 (20.0) 2 (9.5)
SR 4 (20.0) 6 (28.6)
2R 4 (20.0) 3 (14.3)
MedDRA ver.20.1
% (%)

#33 WThrDORET 10%LU LD b -EBIfER
(102 A= 1, BeMMTXIRER, 20211 H 19T —4%H v b4 7)

AdhiE (20 B1) 77w REE (21 $1)
2REIEH 17 (85.0) 9 (42.9)
g H- 12 (60.0) 4 (19.0)
BN 6 (30.0) 2 (9.5)
RBRIHE 6 (30.0) 0
Y= NVEINV T AT =7 —BH 5 (25.0) 0
i3 3 (15.0) 0
IR 3 (15.0) 1 (4.8)
e U Ve N 2 (10.0) 0
VU R 2 (10.0) 1 (4.8)
RERUT Rl fRE 2 (10.0) 1 (4.8)
MedDRA ver.20.1
% (%)

TRRO b olz, BEERAFFRRIT. AMEET 3 6 BRUHRRE. FHREMGE
7T RARHET 2451 (BEAU
HID LAHIWTRBEIEM & Shrz,

SHFICB T, AEFSIL 4141 1 (100%) |
WO LN HEFRMOFEIERIZE M KRFEIIBDOLEEBY THhoT-,

A, b

EIVER I 37/41 1 (90.2%)

T LB ARG ARt A

GED,

i FLARLE
(RO BT, 7T Rk

IR b7, 20%LL E

i



(& 1E S BRI
734 20%LA EIZ@RD SN -EEES (1023 UK. RetfirergEMd)

ARG s n=26 (41 6))
PHEFR 41 (100)
RGE R 29 (70.7)
M 29 (70.7)
BAHEE 23 (56.1)
VU R 23 (56.1)
BT & DIETR 20 (48.8)
COVID-19 19 (46.3)
Z il 18 (43.9)
L 18 (43.9)
BN 16 (39.0)
HREERE 15 (36.6)
FEEL 14 (34.1)
SR H 1 13 (31.7)
A I KR 13 (31.7)
BIEpE 12 (29.3)
R 11 (26.8)
T 11 (26.8)
Y= NE IV T AT =T —EHI 11 (26.8)
BER H 1 10 (24.4)
A L AMEE G5 10 (24.4)
2R 10 (24.4)
57 9 (22.0)
H A iR R 9 (22.0)

MedDRA ver.24.1
B (%)

#35 20%LL HICEO L-EIER (102 B 2B, RetmirdREed)

ARG s n=26 (41 6))
2RIEH 37 (90.2)
Mg - 28 (68.3)
BAHEE 21 (51.2)
L 17 (41.5)
RSB 11 (26.8)
Y= NVEIN TR T =5 — PR 11 (26.8)

MedDRA ver.24.1
Bl (%)

FECITRRO biviehrolz, BEERAFFZRIT G OMREEIr 2 61, BURGHEARLE 2§51, R i
SEIRBRE- B9, THEGHREGHRAEE, F 727 I —8 kA g, LEad) (@0 b, 4
Bl (BRSO RMRAE 2 1, FFHRGREUHRMIRIE, ~ 7 > 27 I —8 ER) 3RER & Shr,

7113 #AE 1b#EBR (CTD 5.35.2-3 K11 5.35.2-4 : 103 BBR<20204E 11 H~2023 47 H 24 HF
— & Ay AT >)

SME A DMD BIEHEE (BEEFE : 28— F1:204], 2m— k2, akr— k3 kRak—F4: 4%
6 %], =A— bk 5a:6Hl, @A— K 5b:2fl) 2RI, KLOAEROZEMELRETT L2 L4 H
B & U7 ERIERTIRGRER S K E 0 5 ik ©FhE S vz,

TR - BRAMLTEIL, R36DLEBY THoT,
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(& 1E S BRI
# 36 TR - B E%E
. IR—hF1: A7 V== TR 4 LA E 8 BRIl T, BITARETH V. NSAA KRR a7 H 17 &

26 LT OB IEERE,
. aR—h2: A7 V==V FHHZ 8L L 18 R T, BHTRRETH D . NSAATRA =773 15 LL
26 LIF o BikEE,

. aR— k3R Par—h5b: A7 UV —=UFHEZ 9 7 AL EBATAREE, NSAAKRAZ7H30, 10m
BATHEITISRRECTH D . B OBERE% F1Mi 9~ 5 Performance Upper Limb (PUL) O entry item A =27
M2 LL LD BEEE, SITHRRRE L 2o 7ol i, BE UINER I LV il SN Rl 72 Bk
T OERABRBEEOFR (KO LIIWVA) LERT D,

e ak—1h4: RV —=V T 3RLLE 4 BRI TT. SIT AR B R,

. afR—hba: A7 Y —=UFEHT 4 5% L 9 IR T, AATRRETH D . K Bl & BV KR 7
WL TH D BIRE,

o 3k— b 1~4: ERRAT ALK OB S T 2RI X 5 FRIOMGEOTGRIC K SZ Ry ) —=
ZHIZ DMD OZWAieE L TV b B, BEFHRERSTEIIL, YA M 70 0 NTHEOR
BELEHTEEZLNTVWS DMD Bla =7 Vo 18-79 (ishzate) IC2EBICEEhLTW

P H7 =57 POREE L ATEE, RS IE (v AER) | IE¥ERAT T A AENERE,
IEE OMIFIERIZET 2R EENTND, B, aFR-—F 2 K04 TiX, =7 V> 117
(Wi aETe) ICEROD D BFIIANWEKTH DT,

e 2R — b5 BERATRAEOEREER T 2WMREIC X2 FROEEROEHFICESE, A7V —=u 7
ATl DMD OZE A HEE L TV DR, B rHRAEREEICE. AT 0 2 R EDKRE
L5 EEZ SN TVWS DMD i D=7 V2 1-17 (Wisaate) IS ITmeIcE £
NTNDET L —ALT T NORKELITEMBE, KK (e 2ZER_) | EEXT T AR
MER, IZOMFHIERICET RN EENTND, B, =7 V2 913 BRERIZEEN
DRID B % BEIAMHETH D,

. IR — h1I~3 K5 : A7 UV —=2ZRFiD 12 BELL Eicbhiz o T—ED 1 B 58 TR O EIF K
BATaA ROELEZZTTEY, » oMt LR CHAR TR 2T 2 TEOBRE (KE
EACICHIET B 10D MBEF 2L

e 2FR—h 4:DMD DIEEDCT-DICRIBREAT uA FOEYHENEZHLE TRV LR EE
EEAVHIBIL, A7V —=V JHHCRIBREAT 2 A REELE L TWRWES,

e ELISAZ X 9 HIE L7= AAVrh74 OFTAMAS 1 : 400 DL D,

. aR— b 1~5: L a—TAEEKHEN 40%AK5, XUITOE O BFRBIE K OV SUTER D H 2 H

#,
. ak— k2, 3KRUNEh: A7 Y —= F D FVC N THIED 50%A0E. & OV IT4& R miBhs
WEL 7R BB,

o HRIERIDT, BinFIRRR. MM X CRISPR/CasY (2 & 57 ) AREEIRIR &%=\ =B,

o IRBRIEPFEHET 12 BRILINIC B bR X1 vamorolone % S v7- B

o IRBREEFYHET 6 U HURNICIEREDEE IV A a7 0 URBEBINSES L2 AL L

[E R EZ T - B,

o RMICEECTH D L AR INTLU T OBRKREMEEEENDD D HEE,
> yINEINET AT 2T —E (GGT) 7 ULN O 2 {5
> INE I URRNKEHERESR (GLDH) 75 15 U/L #
> HMEUALEURULN (7277 LR — R L 5 & BN 2N HER SN - 5413

BRak L7auy)

> HMEREDS 18,500/uL 18
> /MR 150,000/uL BAF

*ORBRSEREETEES S RE VATNX, =7 v 117 (Wia &) OLBREZFTHHEEEZ aF— b 1~4 Tl s L
TV, IRBRFEMFTEES S RIZEB W T, aAR—h2 X4 TlE, =7 V117 (Wsx &) OER2HT D
BEEREE & TOHEICET SN, [RRIMEFEESE S RIS TRE SN aF— b 2D 1L HlZFRE, a7k
— b 1~3 OEFIE, =7 v 117 (WzETe) OEENER T o - IEBRIEAEFE T 5 i L Y Ao gk S h
oo TFR—RMADTHNTT Ty Vo 117 (W Ete) O RN & BE S U785 IS0 FHE L 5 MUz
FoSNWTEEEINT,

KRRIZ, 27 ) == T RON—=2T 4 M (gKR31A), ~— 1 (K5, 128152 KO
X— 2 GEEMARM. 144BEBIES) O S vz,

FRE ROV B SO J7iEE, #8653 ORENT0 kgA D54 13AH1.33 X 10 vg/kg, 70 kgl LD
A139.31X10% vg (W4 b EHHEHEQPCRIEIZ L W JIE) #HEIFARNE G35 2 & & siviz, £z,
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(& 1E S mefil)
EEEINE R O EHEO T2 BIC, 28— F1~3% U5 TiX. DMDIEED - DIZ_R— 2 T A 118

WL TWe—EHEORNEIEREAT B A FICMZ T, KRG ORTH 2 6l o 72 a0
DRIBEREAT oA R (L R=Y A Timglkg/H) O#%H &ML, A5& 5460 H k425 =
LlENTe, B, akR— MOATEA FRIGEEE CIX, RGOEGRGLEMAIND, 7L =Y
VU CLE mo/kg/ H Y & ORI E AT v A NGB L, R 5%60 A k52 & & Sh
776

Bk S48 (aA— Rh1: 206, zA— h2: 76, =2AR— F3: 66, d— ~: 76, 24— K5
8() DRBNTARMME G SiL, BT REM K OFASE STz, & L CFAS A DM x5 4k
& &, 20237 A24H 7 —4 1> A TR R TaAR— M~4DOT X TOBHF K N2 AR — 574
DR — RMZ5ET L,

BEREICHOWT, FEIMEA CThI UV RAZ Ty MELEI A~ A 7uaP A a7 4 2Ry
BERBOR—AF A4 bR GH12BE TOBEIIEITO LB ThoT-,

T3 A /TR T 4B UNRTBREBEIOR—RFTA U b ARREES 12 8 TCORLE
(103 B /¢— b 1, FAS?)

ak—h1 ak—h2 ak—h3 ak—h4 oR—hb5a | =A— b 5b
(20 f51)) (7 H1) (6 1) (7 #1) (6 ) (2 1)
R—2F5 A (%) 0 0 0 0 0 0
Peh54% 12 METORLES %) | 5421+4257 | 11.92+421"% | 4553+4059 | 99.64+51.97 | 22.82+21.63 | 23.64+6.93

YA E = R UE R 2

*1: IEDMDEEDOHAEMRBEIFT O A v 7 4 X R EREIZRT HBEEEEORKTOVA T o 2 R ERE
DOEE (%)

*2 : aR— h1~3: 202284 6T — 4 v hA T, adR— F4~5: 202358TH24RF—% v b AT

*3 : ARG ZI2ZAOHITEE (%) —_X—2 74 L ORIEM (%)

*4 : 6l DGR

TEFWERE ORI B I DWW T, BMTHREREE D AAN OGN 2R — R, 2R T4IZBIT 5. NSAA
erxa7 | RERE EAY R, 10 MBI THEITRER]. 100 mAR /AT TR M OB EY 5 0 B 0D ~=— A
T A I DARGE 51410400 £ TOELEIL, £38D LB THo7219,

18 25 = RN T A LD RS Y — =1 Tl
19 202244 H 6 BF—4 B v A THAT, adh—k 5a DF—F TH/SR TR,
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38 EEMSRERMER O R—RX T M U bARREE% 104 BETELE

(103 3Br, FAS™)

CENSESiY

ar—h1 ar—h2 ak—h4
(20 #31)) (7 1) (7 %)
NSAA A2 72 | _R—2F A 22.1+3.0 (20 %) 20.7+3.4 (7 #5) 12.9+2.1 (7 #1)
5% 52 il E COE LR 40+3.5 (20 #) —0.1+6.6 (7 %) 6.0t1.8 (7 1)
Beh54% 104 A F TOELE 3.6+4.3 (20 #) —2.7+7.2 (6 %) —
R EEE ERY R—RF A 4.17+1.43 (20 1) 5.87+2.05 (7 ) 5.17+1.02 (6 i)
e (D) ¥eb4% 52 M E TOLLE —0.48+1.47 (20 f51) 0.35+1.33 (6 ) —0.95+1.23 (6 %)
Be54% 104 B F TOEE —0.03+2.59 (19 f4)) 2.18+4.20 (4 ) —
10 m HMTIAEAT R—2F A 5.11+0.82 (20 ) 5.54+1.00 (7 ) 7.55+1.29 (6 i)
R (D) ¥eb4% 52 M E TOLLE —0.77+0.84 (20 1) 0.97+1.08 (7 #5)) —1.60+1.20 (6 %)
Be54% 104 A F TOELE —0.11+1.42 (20 #4)) 2.27+1.95 (6 ) —

100 m B THELT
R ()

N=RAT A

60.11+12.14 (20 f1)

67.43+17.64 (7 f4)

110.20+30.00 (5 i)

¥ 54% 52 WE TOEE

—8.02+9.21 (20 #)

12.17+14.60 (7 )

—25.95+16.48 (2 f4i)

54 104 W E TOBLE

—3.22+17.31 (20 f5)

21.42+20.42 (6 )

4 BHPEBER-Y

W] (7))

N=RAT A

3.55+0.96 (20 f31])

3.69+t1.27 (7 %)

7.30£2.00 (7 1)

¥ 54% 52 WE TOEE

—0.79+0.88 (20 %)

0.69+1.27 (7 )

—2.26+1.32 (7 %)

54 104 W TOBLE —0.15+1.38 (19 f4i)) 1.52+1.64 (6 ) —

SEAE R HE R

*1:ak—F1:2022E4 A6 =2 Ay bA 7, am—h2KN4:203FETH24 52y +47

*2 0 am— b 42OV TIL, 3ELLT O DMD BFICHE L CWA & &b 8 THHE (Expert Rev Pharmacoecon Outcomes Res 2010; 10:
385-96) DHDHEF

LRI HOWT, AFFRITIEFNGEO N7z, BWERIZ =4 — F1T18/204 (90.0%), =t7— F2T
5/7%1 (71.4%). =27~— ~3T5/6f1 (83.3%), =7— L4T6/7f] (85.7%), =7A— K5T8/8f (100%) |
O BT, WTNNDOHETI0%LL RIZHEO N AEFESE, WTIORET30%LL RIZFEO b7
TERIZENENRIIKLDFELODO LB ThHhoT,

#39 WD as— rT30%L EICHRD bhI-AEES
(103 B, TBRMMITHRER, 202347 24 B5F—F v b4 7)

ak—h1 akR— k2 ak—h 3 akR— k4 ak— k5

(20 #31)) (7 ) (6 1) (7 1) (8 1)
PHEFR 20 (100) 7 (100) 6 (100) 7 (100) 8 (100)
A 11 (55.0) 3 (42.9) 3 (50.0) 4 (57.1) 7 (87.5)
G 8 (40.0) 5 (71.4) 3 (50.0) 0 7 (87.5)
R 5 (25.0) 1 (14.3) 1 (16.7) 1 (14.3) 3 (37.5)
(EE 6 (30.0) 0 0 3 (42.9) 1 (12.5)
FEEL 6 (30.0) 0 0 1 (14.3) 2 (25.0)
COVID-19 6 (30.0) 3 (42.9) 0 4 (57.1) 0
RGBT 3 (15.0) 0 1 (16.7) 5 (71.4) 2 (25.0)
VNS 3 (15.0) 0 1 (16.7) 4 (57.1) 0
YA L AR Y 2 (10.0) 1 (14.3) 0 3 (42.9) 0
H ke 1 (5.0) 0 0 3 (42.9) 0
T E I EERKERESR M 9 (45.0) 1 (14.3) 2 (33.3) 1 (14.3) 2 (25.0)
FaR= 1 E 6 (30.0) 0 0 0 2 (25.0)
STl B 5 0 0 0 3 (42.9) 0
RBRIHE 10 (50.0) 1 (14.3) 1 (16.7) 3 (42.9) 0
SR 3 (15.0) 2 (28.6) 1 (16.7) 0 4 (50.0)
MedDRA ver.24.1
S (%)
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(& 1E S BRI
F40 WThhrDas— kT 30%LLEIZEED b -BIER
(103 B, TBRMMITHRER, 202347 24 B5F—F v b4 7)

ak—h1 akR— k2 ak—h 3 akR— k4 ak— k5

(20 #31)) (7 ) (6 1) (7 1) (8 1)
2EIEH 18 (90.0) 5 (71.4) 5 (83.3) 6 (85.7) 8 (100)
A 11 (55.0) 3 (42.9) 3 (50.0) 3 (42.9) 7 (87.5)
G 8 (40.0) 4 (57.1) 3 (50.0) 0 7 (87.5)
T VH PR RK SRS N 9 (45.0) 1 (14.3) 2 (33.3) 1 (14.3) 2 (25.0)
JFE#sE B 5 0 0 0 3 (42.9) 0
AAEGR 9 (45.0) 0 1 (16.7) 3 (42.9) 0

MedDRA ver.24.1
FEELFIE (%)

IR D LN hotz, EELAERGIILSH (ah—h1i226 (& 727 I+ —8IfiE,
M) . =A— bk 242 2 B (SeEitEfmds. OFRMEE) . 24— b ba 2 141 (%)) B b,
BIEA &Rl S =2, WihoERLEE L,

712 EERELFERER
7121 EBEFFMAERE (CTD5.3.5.1-4 : 301 RBX<20214E 10 H~20234 9 H 13 AT —F H v b
7 >)

4 1%L | 8 B AT > DMD BV AE (BAEAERIEL 20 120 B, 458f 60 fiil) Z %5, AdhOFHER Y
BREMERFT 22 L 2B E Lo 72 Rt RIE(E A L — B B R EEGER DY 9 o FE ik 2V o 42
5% CFEM STz,

TAEIR - BRAMLTEIL, RALDLEBY THoT,

200 LEEIEH ChHR— AT A b ARE % 52 E TONSAA KRR 27 OE(LRIZHOWT, KRElEE 77 R
BEORIFFRERIZE % 2.2, 0 S D B S REOERE(R S % 35 & E L. 55 1 M@ mes % Wil 5%. /% 5 90%
WelRd B 7= OFERIEL & LT, BESE % 10% & 48E L= ¢, HASRERIG A 120 % (1 B% 60 #il) &% L7z,

W = RAY FE A XVT AR, RSS2, BB BEROKE
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(& 1IE SRR
F 4l EREIR - RO EKE
o TUX MURRE DTN 4 LA E 8 A O T Al RE e B MR
o ARFTAKVEKRERLD TFZ2WMREIC XL 2 HATOMEROFSICHKSE, 27 ) —= U JHil
DMD OZWfEE L T\ EE, B TFRERSEECI. YA T 4 2RI HEORE
L7157 EEZLNTWVWD DMD &afDx 7 V2 18-79 (Miuta&de) IZREEBICEENT
WA 7 L—AY 7 bORIUTEB, R (o AGRER) | E#ERX T T A A
PR, UTZ OMIFNERICET sl A 0nTEEh T\ b,
B, UTOEREET HRFIIAWEE TH D,
> T VU117 (WiEETe) ITEROH D EH,
> AT VL—bRE, A7 L —LEELEOBERNEZERNHOLERDH 5 HBE,
> T YVUASICEBIIEEINTWVWIERDOS LB,
o RZU—=VZJWEO NSAA KRR 7 3 16 8 29 AR D BAH,
o RZU—=UTBEORK BRI E B Y RN 5 AR OB,
o A V—=UJHIO BB Do T—ED 1 HERGETRAOBBREAT oA KO#&
Hx#ZFTEY ., 2»omBRIE T b R U R THRE 2T 5 TEOBRE (REELICHIST
Ll OMEEEERLS) .
e ELISAZ X 0 HIE L7= AAVrh74 OFTAMAS 1 : 400 A D,
DT o — TR ERAY 40070, ST FHIE 0O B AR e K OV SUIER A3 8> 5 B,
B & T3, B F7E9E. MBRIE X CRISPRICasY (2 X A 7/ AREIRNE 2% ) 1= A,
TRBRE P AT 12 WREIDINIC & bk ER - 1X vamorolone 1l S v7- B,
TR ST 6 U A LIPNICIEBRROBRE IV A b 7 0 URERBEEZBNSESZ L2 AL
L7 ia a2 - B,
o [BRMICEZECTH S L AR INTL TOBRRREMERSENTD b5 BEHE,
> - IAEINRT AT =T —F (GGT) 7 ULN O 2 %8
> INE I UEBBKERESR (GLDH) A% 15 U/L #
> BEVULEVRULN B (7277 LOAR— VEERIC & 5 & B 3803 S -5
BIEBRA L2V
> HMEREDS 18,500/uL #
> /MR 150,000/uL BAF

BRI

Broh AL TE

KRBRIZ, 27V == T RON—=2F 4 M (eBEEREA131 ), 2S— 1 (K XUE7T 78R
e b, 52 MEES) . N— k2 (=ML TREZRGSNEEFICT 78R 2L, X—h1TTZ
TAREEL SN BT IR A 52 HEEIES) H Dk S v,

R RO BT AT, 23— 1 TR 1.33X10% vg/lkg  (BEHEEYE gPCR A2 L 0 JIIE) X
X7 78R % 60 /05 120 535 CHEFFIRNE G35 2 & & &, 23—k 2 T, 78— b 1 TR
EERGINTZEREIIT TR, TR EEE SN ERE IR 1.33 X101 vglkg % 60 4305 120 437
JCHEFIRNE G2 2 & & aive, 7o, IR OEEFRO T4 HAYIZ, DMD G D 7=
IZR—AT A U 2 AL W EAEORAORIBREEAT oA RO T, 1RG5 OR]
A7 b O OBMORIELEAT oA K (FL R=Y HE T 1 mgkg/H) O&LGZBHEL,
TRBRBLEL 1% 60 A LA Efksc 32 2 & & iz,

Bk SN2 1BLBID 5 B BRAMEREICHAR U7z 2 12 Br< 129 BIAMEERS L S v, B 2 & 59
HANCIEBRZ P IE L7z 4] OREEE 261 (AEFR), 77 AR 241 (RBRISEMOFEW)) Z2Fk<
125 {51 (A AL 63 151, 77 B ANEE 62 f5) ICARG XIT T T B RG-S, M SR L O mITT
ML sz, £ LT mITT EHADPADIERRIT R RER & Shiz, 20239 A 1B AT =4y b4 7
RE G, N— 1 25T L7z 125 6] CREHE 63 B, 77 B ARE62 ) D55, 99 6 CAdnkE 49 i,

2 Y= FRONR— AT A VDAY Y — = B,
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(& IE R Wi
77/ AREE S0 B) A3 3— h 21ZBAT L ARGEED 2 B 2 BR< 97 BICARS UX T T v RN EH Sz 2,
k. ARBICHAAN OGN BANEFILS FITHY ., 46 ORELEE, 77 B RREE 2 6) 1324tk
FRMT I GER KO mITT £FICE vz, 780 O 1 HIIE, 75— b 1 OEAEA(K TRIGBINRE S
72, AT SEM L O mITT £HIZITE 0 - iz,
VEAC BT > TiE, BIEALRFOMFEE (4 5%L0 E 6 A, 6 mklL | 8 ki) KON AZ U —=1
JHED NSAAFRA T (22 LLF, 22#) Tk ST,

BHWMEIZHOWT, FEFHMHEE TH D, N%A%x:?m&—x?%V#%K&&@%&hif@%
(LB HOWT, TR L ORERZE [95%CI] 130.65 [—0.45,1.74] THV | #HHICHERZEITR
DT, REFEO T T BRI T BB R SN Zen o T2 (F42),

42 NSAABARIATDONR—RFA U bb# 52 BE TOELE
(01 R — b1, mITTEH, 2023429 13 AT —4# W v A7)

AR dn 7T R
SR T “PEI i+ PR G 2= 23.10+3.75 (63 #1) 22.82+3.78 (62 i)
P (b, mK) (14, 32) (15.5, 30)
, EE I A 7 2.52+3.31 (63 i) 1.86+3.18 (61 f51)
Rt s2 xR W G, k) (8,10 (5,85
TR I EME O RER 72 [95%ClI ] 0.65 [—0.45,1.74]
p " 0.2441

* . A EIKUMEMR 5%, RERE, Al B, REELEBSOTEER, R—Z2F7 A4 LD NSAARAZ T _R—ZXF A
O NSAA e A a7 LS ORZAEREZIER L L, St o & U CEE 2 08 L KEREIRAZER
5 )L

TEFERE OFHHIE B IS\ T, R B & B30 ERR, 10 m ARTAEITRE . 100 m A T/AETTRER K OV 4
BRPEER A VI DOR—R T 4 U R EE% 52 B E COLBEIZ. R43D LB THoT=,

) )~ R 25ETH D 2024 4510 A 25 AEE T, /S— b 1 TREEOBEEZ1T7- 63 BRI/ — k2 TTTEROEE
Bz, £, N—bF 1T IRROBREEZ T2 B0 5L, /N— K1 EZ%FET Lg/— b 2 SMEANIRER
oLz 26 (Ot 8— b 2 BREARITO AAVINTA OHURMS 1: 400 LA L) ZBRUNZ 60 B3 S— k 2 TRAD#E
H.&2%F7,
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(& 1E S BRI
# 43 EEEETMER OR—RX T U bLARKRE% 52 BE TCOR{LE
(01 R S— b1, mITTEH, 202349 13 AT —4% Wy A7)

AdnkE (63 fi) 77 wREE (62 )
. NR—2F A 352+0.81 (63 i) 3.600.68 (62 i)
i NUREAT
%Lt:‘ifj)ﬁ ) B ¥ 5% 52 £ TOEE —0.26+0.95 (63 ) 0.39+1.39 (61 i)
- G AT E O BERZET [95%Cl] —0.64 [—1.06, —0.23]
o S (Vg 4.82+0.79 (63 f4) 4.92+0.73 (62 i)
ST TR
10m 2 gﬁﬁﬁﬁiﬁ 5% 52 £ TOEE —0.34+0.69 (63 ) 0.09+1.03 (61 i)
~ e DL E O RERZET [95%Cl] —0.42 [—071, —0.13]
o S GV 60.67+15.55 (63 1) 63.01+17.01 (59 f])
7,14_\/ 4 LR
100 m 45 (4%{)@75%%?'? B 52 WE COBLE —6.65+14.54 (59 i) | —4.18+18.46 (57 f5l)
- PR e BT OBER ™ [95%C1] —3.29 [—8.28,1.70]
e o N—ATA 3.17+1.01 (63 #1) 3.371.09 (61 #i)
4 EXBEE();; ) T Pr % 52 M E COLLE —0.41+085 (62 f4) —0.12+1.28 (60 fi)
~ G AT E O BERZE [95%Cl] —0.36 [—0.71, —0.01]

PR fiE = RE R 2

> REHE FEn, B, REMEFRROZEEM, 227 U —= 78O NSAA KA 27 BIRGHEEE O~N—2 5
A B, BIVRGHHEE ON—2 T A AL R ROZEAEMZ LR L L, B BE L L TEMEZUE L
e AENERGHRTET IV

VT AR LTy MEICEARLBEGH% 12 8ESO~A 7R Na T 4 B R EIRBL Y D
Pl AU RS (%) 1. ASELEE 17 7T 34.29+41.04, 7T BAREE 14 FlTII 2B TO THho 7=,

LARMEIZONT, /X—F LIZBWT, AEFEGIIARMLEET 62/63 5l (98.4%), 77 EARHET 57/62 i

(91.9%) IZRD BTz, WTNDORET 10%LL LICED ONT-HFEFRIIL M OLBY THhoT, Fl
TERIZ, ASLRET 48163 5l (76.2%) . 77 & AREET 17/62 ] (27.4%) IZ3BD BTz, WTNDORET 10%
PLEICRE D BNIEERIZFR B DL B Tholz,

24 4k DMD %%ODHbMﬁ‘?tﬂﬂm TANB T 4 BN BRI T ABBREFEORKTCOIA ha T g By
HIREOEIS (%), B 235 & 72 BB O BN S vz,
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CENSESiY

T4 TN DOEET 0% RICRD b HEES
(301 ABRN—1 1, BeMMITXIRER, 2023F9H 1I3AT—4%H v b4 7)

Afh#E (63 1) 77 REE (62 i)

EHEFER 62 (98.4) 57 (91.9)
Mg 40 (63.5) 12 (19.4)
I 25 (39.7) 8 (12.9)
RBRIHE 20 (31.7) 3 (4.8)
FEEL 20 (31.7) 15 (24.2)
COVID-19 17 (27.0) 9 (14.5)
TE X U REK SRR RN 17 (27.0) 2 (3.2)
DAL 12 (19.0) 18 (29.0)
RGE R 12 (19.0) 17 (27.4)
RE R 10 (15.9) 9 (14.5)
W7 9 (14.3) 6 (9.7)
A I 9 (14.3) 4 (6.5)
Gy 9 (14.3) 4 (6.5)
ERUEEEDS 9 (14.3) 12 (19.4)
P15 7 (11.1) 9 (14.5)
SR 7 (11.1) (12.9)
VU R 7 (11.1) 12 (19.4)
TR 6 (9.5) 13 (21.0)
20 5 (7.9 7 (11.3)
HAfE 5 (7.9 7 (11.3)
2R 5 (7.9 7 (11.3)
£ 1 (1.6) 7 (11.3)
MedDRA ver.26.0

JEHLEIEL (%)

F 45 WTHOOBET 10%2L RicZEd b -FIfER
(301 AFRN—1 1, BeMMITXIRER, 2023F9H 1I3AT—4%H v b4 7)

Adh#E (63 1) 77 REE (62 i)

2EIEH 48 (76.2) 17 (27.4)
A 34 (54.0) 0

I 20 (31.7) 5 (8.1)
RBRIHE 17 (27.0) 1 (1.6)
TV E I U EEBUKERER M 15 (23.8) 2 (3.2)

FEEL 10 (15.9) 0

RE R 8 (12.7) 1 (1.6)
MedDRA ver.26.0

JEHLBIEL (%)

IO Loz, EERATFERIL. AMEETL14%] (COVID-19 24,

N7 ATIF—E L

. BEMRGEIEN LI, R, THEE, ettt SEUmRAeE. IFBER LA y-7 v 2 IV b
T AT =7 — BN, EMHLORIBEEEL, v X 0 A VARG RILTE A 7L LT O/ FEDAE
M. BER), 77 BAREETHH (EM/FEE, BECEYr. COVID-19/1 v 7> ILFIRE, vt
REMEERIE Y 3 v 7 JEGER A EERE R 2EIEE) (TR b, EERBWEMITARMSEE T (K
T VAT I —8 B FREG, TR, BROHRARE, R LA y- oA IV TR T 2T —F
HIN, NEMELOAR RS EEL) IZRRD BV, T ERBETITR O bileirol,

T LB AR ERE ANt

FUDER s A =R
A



(& IE R Wi

7R HEBICRT 5 BEOBIM
7.R1 MBS ERIRERBREGE DFI Ao T

ARHFEIZIRWT, EEREFRRE (301 35 . SMNENERE 2RI F N S vz 101 3R, 102 3R K O
103 FRERDORAE D FHAME R & U TR S22y, KOG & 72 5 HARNBENRIEF D720 &
B, HARNEE ORI 301 FABRD 5 B0 A TH D,

BEREIE, & LT EANEBEE ORI D X B RN TORGOAIE R OV MG 41T 5
T L OB N T . AT DB M R OV T BB A % 133 PR e O R e B R L B L C
Bt L7c ECRiBT 5 K ok, HEEEIILLTO L S IZEIZE LT,

LN OBENG, [EERILEER &K OMENEE 255 & LTRGBS R LRI L THARNBEIZ
BIFDOREDAINER Z LTS 2 2 LTS B 2 5,

e DMD OZWiEHE, HWIRE, EWIREUANAD U ) 7 — 3 VELFOTEEREIC OV T, F
WA TREZREWVEIRNZ & (REFEAN AR TS, T2 = XMF A br 7 0 —DHF
A KA 2 2014, Lancet Neurol 2018; 17: 251-67 %),

o KMDOFEYHEEIZOWNWT, DMD OFKNBInFTHLHY A bu 7 4 OEROFEBIRNE T L IR
R AREMEIEH D03, BASFIRAIC LV fEERZE S N BE T D B AR TH DA MO
BRI, B Z &®L%%Wﬁ®%ﬁ$®%£#%@¢éﬁ%¢iﬁw:&oit\ﬁm&5%®%
FHORESMBEZ L IZRRDREMITH 208 RMTEEOREL -V OETEREGEEIND 2D
HEOERIZLD %Z’i" HENZ &,

PergIL, HEEE OB E TR LT,

7.R2 ARMEIZONT
7.R21 ARMEFHMEICEET 5 EEH T OWVT
BRI, R ORMEZ T 5 B CEEARRRRERIT, BARNEE 25 ToE R R S IAHFER (301
RER) ThDHEEZ DD, DMD BEIZEIT S NSAA R A 2 750 HRE A I F 2 72, 301 7R & OY 102
REROFER (TR221 HBW) MOEMHT —# IS (7.R.222 HBMR) ICBT 25 Hi5E O
EHSE X, BIIRBESHORMT — & Z IR O AT 2 58t L Lic, £z, BARNESE
KT D AR DOAEEIZ DN TIL, 301 RBROAARNEE 5 fIOMRICESEHmFTT L& &Lz
(TR223HZMH)

7.R.2.2 BHzMEDFMERERIZOWT
7.R.2.21 301 REAKR N 102 BEROMERIZONT

HEEH 1L, DMD B2 D NSAA A a 750 HARE A B £ 2. 301 B & O 102 5Bk D L 5T
I B R OBIREHEE H OfERICHOWT, UFO X I ICHBHLTWD

@O DMD HEEHITHBITH NSAA A o2 750 HARFEIZ D\ T
DMD #£E DO BHRETIZ. NSAARA I 7L 63 TCE—ZIZEL, TR T 5 2 & NG &
AU T % (PLOS One 2019; 14: €0221097), 301 #tBh. 102 #Bh. 101 3Bk & O 103 3B = A — b~ 1 1286k

44
T LBV A EEE PR S WS E



(& IE R Wi
ENTRBFEMAOFN (4 %2 8 ki) ZBiFE x5 &, FEKRRBRIHAANONTZBED S b,
WA 6.3 ATl DIEFH D NSAAFRA AT IR—RA T A b BH/ L E— 7 B#ERITK T, —77. 6372
FOBETIH, X—=AT7A VBIRTTHZ e fEESND, £72. DMD BEDO BB CIT, K L X
230 K TCRMI S AL DR B AL D S D EERED ML O fR AL TREAMN S 41 D HRE & Helk L TR R
Tl FEio, 4 BEEERE. 6 AT, 10 m BTETONRICHEREN Kb b Z el s h T b
(Muscle Nerve. 2018; 58: 631-8) , & 512, 100 m A1 T/AETTREEIZ BI 3~ 2 AEMrIRAEAT Cld. 4~6 1% DMD
A T 100 m BATHEATREI S ECRAZ PO LUy 7 B E TR 2 IZEAE T 203 & 5 2 L iy
STV (Neuromuscul Disord. 2017 ;27:452-7)

@ 301 HBROFERIZ DN T
301 #BRD/I— T 1 TiZ, DMD & U BMD DIBFHE ORI T 5 EMA ([ZX D504 KT A~
['Guideline on the clinical investigation of medicinal products for the treatment of Duchenne and Becker muscular
dystrophy. Jul 2016 (ZH€Vy, EEFAREE & LTR—R 74 U5 52 il E TO NSAA A 27 OZAL
B, BIREHIEE & U TR B X B30 FERD, 10 m B THAETRER, 100 m 2RATAEFTIREM L O 4 BEpE

BeA- 0 IR 2R E LTz, FEFHEHEE THLHN—AF A 0 b 52 HE TD NSAA #8237 DL #IC
DNWT, RKMFEDO T T BRI D HGIIRARZETRO bR oTc (£ 42), LLerns, &l
REHMITEE Th DR Bl & A KA, 10 m BTIEITIRE R L OY 4 BRPEBE - IR DWW TUIARMEE T
X7 T BARRE L B L CBED RO B AL, 100 m BATEITRFHICOW T H AR ClET DM A b -
7= (3 43),

IR B & B30 RERE L OY 10 m A THAEITIRERNIE, EEISRE OFEEE & LU CGBEIMMICRHMl A 1T 5 2 & 234
TEINTWD (PLoSONne2013;8:e52512), 7=, Rl EE0 ., KA bt x B3 DMERIXRIIC LD
LREEEL STV D Z &0 D, R ERE B30 BEEIE NSAA 227 X 0 Al EEMEREDIR F 2225 2
EMTE D, KBRS B D R KO 10 m BATLEITRIRI OIERIE, NSAA 2 =27 WLE L TH D55
IZBWT Y, FERER~ANVA M—OHEIT EBE LTk Y (Dev Med Child Neurol 2022; 64: 979-88) .
AT RIREZ: DMD BB 12361T 2 EBIEREIR N O TR T & E 2 51T 2% (PLoS One 2016; 11: e0151445)
—J7 T, NSAA 2= 71X, HEATEINEDZEMRORE Z BB ZEl s L TR 2 RIEETH D . FFrIZ
FHEBAIZBWTRA 2T 1 L&l S D EEBERE OFL AL ITMEIR < . 2 a7 53 1 26T 5 7o OITIT A R
T EHBROUEDPRO ONLIMLENRDH D Z 00, BEOHE 273 2K L & B30 Fpf &k O°
10 m BATLEATRER L 0 & A 2 7 OBA{CIZRERI S 2305 FIREENR B 5,

*7-. FiR> DMD HEBEICEIT 5 NSAA A a 750 HIREE 2 B £ 2. 301 RERIC BV THEERR DY
7T — TN B i LT & A EEAHMETE B & ONEEEEE I BE 9 5 BIREEMIE H OfEFIZ oW T,
4 LI E 6 ROV T 7 N—7L 6 Ll E 8 AR DY T VN —T TR HHEMMBPED b (&
46)
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CENSESiY

46 FT T TN —TRIOESREEFTMEEE ON—Z 5 A U bAMBEE®K 52 BE TOELE

(301 RBS— P 1, mITT4ER., 2023498 13AF—F v hF7)

475V L 6 Rl 6 meLL - 8 Wk
Ani 7T R Ani 75 AREE
N2 22.28+3.76 (30 1) 22.02+3.39 (29 1) 23.83+3.65 (33 f4) 2353+4,01 (33 f4)
NSAA T4 22.00 [14,30] 22.00 [155, 28] 2450 [17,32] 24.00 [16.5, 30]
AT BeH#% 5238 3.95+2.28 (30 f4) 2.64+351 (29 1)) 1.21+358 (33 f) 1.16+£2.72 (32 )
FTOE{LE 4,00 [—0.5,10] 2.50 [—3,85] 150 [—8,7] 1.00 [—5,7]
e 2 3.39+0.69 (30 1) 3.47+0.69 (29 f51)) 3.64+0.90 (33 f1) 3.72+0.66 (33 f1)
R &k = -
250 B :7/r¢/\ 3.20 [2.35,4.8] 350 [2.25,5] 355 [1.85,5.75] 3.75 [2.35,4.9]
() BeH#% 5238 —0.44+0.62 (30 ) 0.04+0.93 (29 f31)) —0.10+1.16 (33 ) 0.71+1.66 (32 1)
FCOELE —0.45 [—25,0.65] —0.05 [—16,26] —0.30 [—1.75,5.1] 0.18 [—1.15,7.5]
10m A5/ NR— 2 4.83+0.77 (30 i) 4.99+0.65 (29 i) 4.81+0.83 (33 3l 4.85+0.79 (33 %)
%ﬁﬁ/#ﬁﬁﬁ A 465 [35,6.5] 5.00 [3.7,7] 4.60 [3.2,6.85] 4.80 [3.65,6.7]
() e 5.4% 52 38 —059+052 (30 fi)) —0.29+0.63 (29 f4)) —0.12+0.76 (33 #4i)) 0.43+1.20 (32 i)
FCOELE —0.55 [—1.45, 1] —0.45 [—1.2,1.35] —0.20 [—14,21] 0.18 [—0.9,6]
100 m 71 T\—x 62.53+17.59 (30 i) 67.14+16.95 (29 f) 58.98-13.48 (33 f4)) 59.01+16.35 (30 f))
%ﬁ%ﬁ A 59.50 [38,129.2] 63.70 [48.7,118.1] 56.00 [38.6,94.2] 56.80 [38.7,108.7]
) #5144 5238 | —12.66+15.42 (29 {51)) —9.85+21.67 (29 i) —0.83+11.05 (30 i) 1.69+12.22 (28 #4i))
FCTOELE | —14.00 [—58.8,29.7] —6.70 [—70,39.2] —2.20 [—22.1,39.3] 1.25 [—39.7,28.3]
4 By R 335+1.19 (30 f4i)) 350+1.17 (29 f4i)) 3.01+0.80 (33 fi)) 3.24+1.01 (32 f4i)
E;%é IA v 3.00 [1.8,7.1] 310 [1.9,7.1] 2.80 [1.6,44] 310 [15,55]
ﬁ@5a $eh-1% 52 1 —0.78+0.72 (30 f4)) —0.600.75 (29 f4i)) —0.060.82 (32 f4)) 034151 (31 f3i))
~ * CTOLE —0.65 [—2.5,0.8] —0.60 [—3.1,08] —0.10 [—14,2] —0.10 [—2,4.7]

BB PR AR R, TE

e (4 ]

4R LL L 6 AR O/ T, AR, 77 B ARBEME T NSAA 2 2 7 ORI AFED S,
ERIIARMEDT NRE ole, £, IKREEE 23V EH, 10m %ﬁﬁ/%ﬁﬂ%ef'ﬁﬁ#®@§M&HmﬂﬁﬁT b
[FIER DA 23588 B ATz,

6 LA b 8 me AR OB ClE, MHET NSAA R A 2 7 OUEMHF 2D T IR B AL 3,
4%V E G R DOEE S i L TS o Tz, 7272 L

e AT

R B E B3V R 10 m ABRATLEITR ] L OF

100 m BATAEATHIIC SN T, 752 RBETRAMMAIER T 5 FHORERETh o=, ARBETHE
SR ST 5 IR ORI Th 5 7,

ik EEy, 301 #Br|

Z2a7 O 52 BB OB CII T 7 v RHEL OEEZBET L2 ERHEL - 7= AH

@ 102 ABrOFEEIZ DN T

102 @R/ ~— k1 Tl EEFHIEA Th 2 ARz 5% 48 1
D DOELEIZIT TR (3 30), BIREHEIEE DK B & A3 0 R,
ATEATRER B O 4 BEBEBE S V) REf] O 28 ki C b Wi AE T 22|
ELT, R=2AT7A VOBEYRNPHHE TR —TholoZ &, RLOREED
B2 605 H 2 FNRFELY BIROHETRGLOEEE2521F7-2 & (6 il
8.94X10% vg/kg) 73, AEhDAEHME :%ﬁ‘iﬂ L 7= A lH

s SR ONE T BB DA S DRE R D

RN BRELINRIL, LTOLR) THD,

301 #BR M OY 102 3B O EHGHIEIR H Th 5D NSAA KR A 27 TIIARMBED 77 v R #E

46

T LU R A MR AR

CHLAAIL S I~ DMD B8 O & TN NSAA A a7 Ok
EMEREZHND,

B 98
R %E:E

(2D, NSAA

BT 5 NSAA A a7 DO_—RAF A
10 m AMTHAEATREHL 100 m
IO bR (F31), T b DFH
T/N— k1 OARN
1\Z 6.29X10% vg/kg, 6 B3I
EMENREZONIZbDOD, BEFRORY 2% L7
. PERERZFrET 5 2 LIIREETH - 72,

(b cipe RPAYC -7

b A =R
HREE




(& IE X BERR)
DRSNS T2 EBIZONWT, ERROHGEEOWA AR E 2 5 &, 301 3B &L O 102 3B IZHL A A
SN REEMIZB T, A% 52 1 X% 48 £ TD NSAA ¥ 2 a7 O L EEfRfE & LIzt
i CIEARMEEE 7T B RHETENOZIIL oo & OHFFEE OMIIBERRETH 5,

NSAA #8227 LIS OIEEREEERTAMIIC DUV T, 301 3l Tl IR B & L3 0 e, 10 m SR TETTHE
R N4 B RS EE -0 BRI B U CRBBETIZ Y T B ARBE & Holk L CHEENR D H TV 5 (32 43) — 77,
102 3B/ = b 1 CTHEEN S OFHIEE F B U ORI L 7 7 & AR L OMICERRD b Tl 57 (%
31) ., ARBRR TSRO —BEMENRNZ LD, K B E EAY YR, 10 m B TS TR S O E B AERT
M H OFRERDOAIZESERGOEIELZFHAT L Z LITIFRANL L B2 5,

7R222 RETFT—FITEILFMHITHONT

HEEE L. RBBEGHORMT — 2 OERIZONT, LN XL IZHHAL TS

7R221HEOK V@D LY, DMD BFE D BARER D NSAA 2 a7 DRt sE 2 5L, 4#%Ll 18
AT O BEF BT D RBOFERMET, K 5% 3FULORMT — X ICESEFHT 5 2 L N EHE
EEZD,

HEATHEOEICNERER TH D DMD Tk, 77 B RBEGHOEMOBSEMMZHRET 5 2 LIREETH
V. REOEKHABRCTIX 1 FEMAEBZ 27 7 ERHOT =2 BNIFELRY, LR > T, HITAREZR 4
ik LA b 8 kA D B A R & Lo AR ORISR (101 38R, 102 3R & N 103 R = AR — 1) T
ONTEREMT =22 TO LB ELE LR,

101 FBR TARMMAE G S 472 4 FIZ DN T, R G4 5 F TOEEBERROZE(LEDORERITER 27 O

LBV ThoTn, Uik A BIOARLGHEOEMIT 4~6 1 TH V. &5 54E#%I121L. DMD HBE O B IR
THEIEIEOIK TN TRINDFEMTH D 9~11 KIZ 72> T 7203 (Muscle Nerve 2024; 69: 93-8) . NSAA
WA a7 OWENMER SN2 2 SICIERERNEER D D & EX D,

102 #BR/S— b 1 3T/ 8— b 2 TREDEG SNT-BEFITHOWT, 2— b 3 T S 7= AR5 51%
AL 3FEE COEEEDLLEIZL AT D LB THh o7, 102 B Tl DK RER OE T —
A LI NSAARZ a7 IC—B& LB BITRD b o7z,
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CENSESiY

# 47 EBEEEEEMEROR—X T UhbLARBEG% AEETORLE (1027 R, ITT£H)

A= 1 TARMBRE S
w04

N— b 2 TARmMPERG ST
B (21 1)

NSAA R A T

R—RT A

19.8+3.3 (20 )

23.6+3.7 (21 )

20.0 [13,26] 24.0 [13,30]
BEHZ1IEETD 1.6+2.9 (19 f3i)) 2.4+4.4 (20 f5)
X (9 2.0 [—3,6] 2.0 [—5,11]
BE#% 2EETOD 0.1+6.6 (19 #1)) 0.5+5.2 (19 fi))
A& 20 [—17,9] —1.0 [—7,10]
5% 3EETO —2.7+8.2 (16 ) 2.9+57 (12 )
X (9 —1.5 [—19,11] 4.0 [—10,11]
BE#AEETD —2.6+7.6 (11 #1) —
A& —3.0 [—17,7] —

R—RT A 2

5.10+2.17 (20 1)

4.02+1.30 (21 f31])

4.30 [3.2,10.4] 3.90 [2.4,7.2]
BEHZ1IEETD —0.21+1.13 (19 #1) 0.18+1.33 (20 #)
25k —0.40 [—1.8,28] —0.25 [—1.4,4.2]
R EEE ERVEHE] | 5% 2FETO 0.31+2.12 (15 1)) 0.92+2.04 (17 1))
) & —0.50 [—1.4,509] 0.70 [—1.2,7.0]
BE#%3EETD 0.30+0.70 (11 #1) 1.66+3.87 (12 #)
25k 0.00 [—0.6,1.6] 0.55 [—1.4,13.1]
BE#%AEETD 2.40+2.08 (9 f) —
A& 1.60 [—0.3,5.6] —
N5 g 5.35+1.14 (20 fl) 4.84+1.12 (21 f51)
5.00 [4.1,8.9] 4,70 [3.8,9.1]
BEHZ1IEETD 0.70+1.16 (19 #1) —0.14+0.75 (20 1)
A& 0.38 [—0.6,3.5] —0.15 [—1.9,1.2]
10m BTIEATRR] | EHZ 2HFETO 0.79+1.84 (17 f31)) 0.53+1.54 (19 f31))
) A& 0.20 [—1.2,5.2] 0.20 [—15,4.1]
BE#%3EETD 0.66+1.67 (13 ) 0.64+3.33 (12 #)
25k 0.10 [—0.9,5.4] —0.50 [—1.7,10.9]
BEH% AEETO 1.60+1.99 (10 1) —
& 1.25 [—1.1,5.8] —
N5 g 61.04+12.71 (20 #i) 55.98+10.21 (21 #i))
57.10 [42.3,99.3] 55.00 [41.5,80.1]
BH% LEETO 8.67+27.98 (19 i) 0.84+8.84 (20 )
& 350 [—8.2,119.4] 0.50 [—12.7,17.6]
100 m A TEATRAE | & E5% 2FETO 10.44+19.10 (17 ) 8.46+20.53 (19 1)
) A& 3.20 [—14.8,55.8] 410 [—13.3,59.6]
BE#%3EETD 4.78+12.98 (12 #4i]) 0.28+11.70 (11 %)
A 2.75 [—10.7, 38.9] 0.80 [—14.3, 26.8]
BEHH% AEETO 16.70+19.01 (9 i) —
Elv & 7.80 [—7.8,43.4] —
. s 3.69+1.46 (20 #) 3.09+1.09 (21 )
WmATALT 3.30 [2.1,65] 2.80 [18,6.2]
BEH% 1LHEETO 0.26+1.35 (19 f31)) —0.20+1.08 (20 f1)
& —0.30 [—1.6,3.2] —0.45 [—1.8,2.0]
4 BEERR 51 RER] BE#% 2EETD 1.89+5.43 (17 #) 0.98+3.42 (19 #1)
) A& —0.30 [—2.3,18.4] 0.10 [—2.1,13.0]
BE5% 3EETO 0.18+1.77 (12 #31)) 1.15+6.16 (12 1)
& —0.10 [—2.8,4.1] —0.70 [—2.3,205]
BEH% AEETO 0.72+£2.24 (9 ) —
X (9 s 0.10 [—2.6,4.0] —

B S AR RS, TBE : RO (R ]
*1 : Ak 1.33X 1014 vglkg 2% S BE 1T T <, 6.29X 101 vglkg XiE 8.94 X101 vglkg 5

TERELET,

*2 0 N— 2 DR—RF A UHEITZ— k2128 DB B RTOfE
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CENSESiY

48 GEBEERMER OR—R T A U D ARGBER 3£ TOE{LE
(103 RBram— k1, FAS, 2024 10 4 B5—& v b2 7)

AAnkE (20 61)

22.1+3.0 (20 f31)

N—=RT7A
22.0 [18,26]
BE#1IEETD 40+3.5 (20 f1))
. 2k 5.0 [—3,10]
NSAARAZT Bk oz <o 36543 207
X[ 40 [—8,11]
BE%3IFEETO 1.0+6.8 (20 51))
2k 3.0 [—17,9]
. - . 4.17+1.43 (20 )
SmATAL 3.85 [2.40,8.20]
BE% 1EETO —0.48+1.47 (20 )
PR AR & EAY 0 IR X |- —0.70 [—3.80, 3.70]
) BE#%2EETD —0.03+2.59 (19 i)
2k —0.30 [—4.10,9.60]
BE%3IFEETO 0.46+2.09 (18 )
X[ 0.10 [—3.70, 5.90]
o 5.11+0.82 (20 #i))
A 4.95 (350, 6.70]
BE#1IEETD —0.77+0.84 (20 #)
10 m A /A THRER X[ —0.90 [—2.20,1.90]
) BE#H2FEETO —0.11+1.42 (20 )
2k —0.20 [—2.20, 4.70]
BE#%IEETD 0.11+1.40 (19 #1)
g —0.10 [—2.10, 3.70]

P g

60.11+12.14 (20 )

59.10 [42.7,79.8]

BE#1IEETD —8.02+9.21 (20 )
100 m A T/E TR 2k —8.85 [—24.5,19.9]
) BEH2FEETO —3.22+17.31 (20 )
X[ —6.20 [—26.6,51.1]
BE#%3EETD 7.48+27.78 (18 f5)
2k —2.75 [—29.7,86.0]
. - . 3.55+0.96 (20 f)
SmATAY 3.60 [1.9;55]
BE%K1EETO —0.79+0.88 (20 #i)
4 BRBEER 50 I 2k —1.20 [—2.0,1.0]
) BE#%2EETD —0.15+1.38 (19 #)
X[ —0.40 [—2.2,3.3]
BE%3IFEETO 0.14+2.04 (19 %)
X |- —0.60 [—1.8,7.0]

S BT, REORGIK

BBy P AR E(R

BR (101 #RBr, 102
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103 fR A — bk 1 TAREAEG SN BE 4Rl E 8 R OB T2 5% 3HFEETD
EEEEEIE B O b EIT, £48 D LBV ThoT-, NSAA R A a2 7IIARMLBEG# 3 FF CoiEn
9 202358 H iz,

RN N 103 AR A — | 1) TAGR 1.33X10% vglkg A%
HINTZEBE BT ARLZEG% 3FEREAO NSAA TR A 27 K EE X B0 R ROV 10 m B TIETT



(fE IE W)
RERILZDUNT, AMBRIIR (3 DORRRAFIE 25 OF — 4 b REOERRRBROMANILHECEE L 728
Fafht) S LERERITER 9D LB Tholo, AMHETOEEEREDIR T, SRS —2 D
fhik S L TREIR TH Y . L OFERIZE TR RGE 2 VR E < 22 DA 2580 BTz,

2 PR O 3 SO,

. Cooperative International Neuromuscular Research Group Duchenne Natural History Study (CINRG DNHS) :
2 7 Lh F 29 3R o> DMD B O @GR e BB T — & & R & (TR L7z 21 gk O EE LR TH 0 | 441 41
DRI A BALTZ,

e BioMarin PRO-DMD-01 #5# :
3k LA L OHAT I REAE ICE R A B /- DMD B O B AR E | 1S B IR K& OIS OB OHETTIZ B 5 Ailn < 8]
e CThH 0 265 FIDFEAAN BT,

*  Finding the Optimum Regimen for Duchenne Muscular Dystrophy (FOR-DMD) #{5# :
4 5%LA L 8 RO DMD BEZXIARIC, 3 DORIBKEAT A FEE (L R=Yr (FHRKR) #A#KE

[0.75mg/kg/H], 7L K=Y x5 [0.75mg/kg/ H 10 A M5, 10 A MIAIK], deflazacort (AFAIKR) H A

45 [09mg/kg/H]) % i3 2 sk 45 R —E SR THMRER, MBI T —2 & LT, KRBT 5RIB K
BATuA ROFEARMEEL ST 5720, HHES (7L R=Y X deflazacort) OBFE (194 ) DOFEFR A
ALz,
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CENSESiY

# 49 EBEAEFMBIEE DR—R 54 D OELEDIERR R & O il
(101 3BE, 102 A1 KR 103 A=tk — b 1)

AR AN PRl AR LRI D B ] 2572
[95%CI]
22.1+3.8 21.4+2.8
S 22.0 [13,30] 21.0 [13,30] —
(53 #) (141 1)
NSAA BE#Z1IEETD 2.41 [1.79, 3.03] —0.38 [—1.01,0.24] 2.79 [1.91, 3.67]
g AR (53 f3i)) (139 1)
W% 2HEETO 0.77 [—0.29, 1.82] —1.86 [—3.02, —0.70] 2.63 [1.06, 4.20]
Bk (53 #) (109 #1)
5% 3EETO —1.43 [—3.08,0.22] —4.63 [—6.75, —2.52] 3.20 [0.52, 5.89]
Ik (50 #) (66 i)
4.48+1.82 452+1.03
S 4.00 [2.40, 10.40] 4.30 [1.90, 10.20] —
(53 #4) (141 #1)
R & BEHZ1IEETD —0.36 [—0.87,0.16] 1.47 [0.95, 1.99] —1.83 [—256, —1.09]
vy i 2k (53 #) (137 1)
i) W% 2HEETO 3.25 [1.56, 4.94] 5.41 [3.58, 7.23] —2.16 [—4.64,0.33]
Bk (53 #) (108 %)
5% 3EETO 4.88 [2.86, 6.90] 10.10 [7.60, 12.6] —5.22 [—8.43, —2.01]
Ik (50 #1) (66 )
5.14-+1.09 5.19+0.62
NR—RF A 3 4.90 [3.50,9.10] 5.10 [3.40, 8.60] —
(53 1)) (141 #1))
10mAT | BHEZLEETD —0.21 [—0.55,0.13] 0.55 [0.20, 0.90] —0.76 [—1.24, —0.27]
AEATIRF b (53 #) (138 1)
) W% 2HEETO 0.76 [0.08, 1.43] 1.80 [1.05, 2.56] —1.05 [—2.05, —0.04]
A& (52 #) (109 #1)
5% 3EETO 3.51 [1.99, 5.03] 4.89 [2.89, 6.90] —1.38 [—3.90, 1.13]
2k (49 1) (66 )

*1: AL 1.33X10% vglkg 2 85 SN T BEO R EMRITR L L,

BEITE T,

*2 : PEERE,

6.29 X103 vg/kg X% 8.94 X 108 vg/kg Z % 5- S iz

BEl, N—RA T A OIFERR, N—A2T A L OFER OfE, X—2F A > OFHEX—RT A /ODEWﬂﬁiﬁi

BOMORZHAIER, BEREEESORZAEER, N—AT7 AV OFMEEE OB E RO EFERAEZIERL L,
WALy E & L CTEBEZIRE L7 a0y T 0 2 a7 TEAMNT LEEREET L, HEAx a7 if\—z

T A IFOMERE, NSAAKRA a7 R ERE EAA Y KR, 10 m BRTETIRRT, RE, HE., BMI 23L&

nYRT 4y 7 ERET ML HEE LT,

*3: BB

B A OAHE

PEE AR, TR

e [P ]

(DO T, %Lﬁﬁjhﬁkmu?{ﬁ

+ B01FAERD /3 — F 2,

SMTIR & Dk (8.LIHZM) HEhbhl &k iHMiid 2 TETH 5,

RN BRELINRIL, LTOLR) THD,

e LT

K OB0LIEBROE T — % D

RRRERIRER TdH % 301 #BRIC W T FEFHEER & S NSAA KR A 27 DR—Z T A )b AN,
B 5% 52 HETOEMEIZ OV T, AdEECHRIBREE & bl UGS A B R dEEN TR iz -o
776

L22L7en b, HEEE OMAZ B E 2 5 & 301 BR D K5 B OF 3B O H{RRIRLE & DMD 12
X DR BHEIT BT 2ERTH V. HHIF O NSAA A a7 O LR TIIARR O A2 745 =

CIINEETH -7 2 L ITHMETRETH S, £7-. DMD IZ X AFEBHEITIC L A HENEE O T KK E
EHE U CHREIC R D FHm COFMM & 72 5, L0 R TO NSAAKRA a7 OZALEIZHE DS E RLDOER)

PEZRETd 5 2 LTt e B2 %,
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(& IE R Wi
UbomzEE L, BICRLEGHOERNT — % & BICRLOFNNEZ T L-fE 58, BRI CLUT

DFRERDF LN TND Z Ens, BATAMEEZ: DMD HBEICH L TARMZ #5925 2 & T EDEEHAE

DU X TEEE AR T OIS IFRF T E 5 &HIbT LT,

o 101 RBREON103 3B aAR— b 1 OEMT — 405, R G% 3~54FI2h7- 0 NSAAR AT
DYEDPHER SNORERDBIHE LN TND Z &,

o 101 #BR, 102 BB LN 103 3B A — b 1 TAL 1.33X 10" vglkg % 5 SN2 B2 1T 52 A
B 5% 3 4 F TOEMKIE DL EOINBXT IR T — & L O LEGERIZOW T, SMNEXRT —% LD
HBTHDHZ LICHEERLETH L b OO, REETOEEEOK FIZ/NBx T — % OfEF L
HE L TRIRTH D . ZOREMZAITRRREICHEVWRELS ROBEMBBEO LN L

7272 L, m2ﬁ%?ihﬁ@i5&%%&F%iﬁ%ﬂ1w&w:&\it\ﬁﬁﬁﬁﬁﬁﬁﬁﬁ®

EMIF— 23RN TnD Z et ®ERERIZ, 301 MBRORM 7 0 —7 v 7T X HAA

BEZZDTNSAARA T & U7 EEERR IC B T 25 E E 07 — # TG L, $m®ﬁ¢

PEIZOWTH| R EMTEATOMLER DD B2 D,

7.R223 HARABEZIZHTEIARBOEFERMEZOWT
HEEHEIT. BARANBEICRTHIARLOEHECHOWNT, LTFO X HIZHH L TW5,

301 FRBR D FMHT ORI G L 72T HARNEE L 4B OREBEE, 77 BARBEE 26)) . /~— b 1 OEES
LI THRITBINES SN HARNEFIT LB EIEFICRENTH LN, X—A T4 VOBEEEIT. £
IREE & Bl L C R & s BT Ao 72 (32 50 KUV 51),

#50 BARABEOR—RTA UVEOBRELER (301 &)

A dn 7T AREE B0 g B
GNTEEED)

FEBIE 5 E* F* G* H* 1>
A §7* 45 §7* §7* 45
HE (cm) 10!.7 10!.3 11’5 1]!.5 102
E (kg) 1.7 143 248 1.4 1.7
A (4F) 6.13 2.67 3.09 4.20 5.06
Jhaalgad iR (F) 1.27 0.30 2.41 0.41 0.34

£51 2EHOR-RITA VEBOBEER (301 HBR. mITT £H)

=

o
2.5 B L7223,

AfmEE (63 ) 77w REE (62 $)
i 5.98+1.06 6.08+1.05
HE (cm) 108.64+6.74 110.68+7.44
K& (kg) 21.29+4.62 22.37+6.42
A () 2.62+1.73 2.60+1.78
Tvaa)Fas RIGELRE (4) 1.07+0.92 0.97+0.83

AL fiE = AR E (R 2

52

LI/L//H

HE MR

HARNBEZEDHENEDOFRERIZFR 52 DB Tholr, FMMNTOXGRE o= ARNEED 1 ] (GEFIE
E* ) IZDoW T, FHEFHHEH THEHIX—AT7 A b5 52 1
BIVGEHE B 1TV b E LT, RIEEOMO 141 (EFIES

FE TD NSAA #a A =271

* ) 1%, NSAA

A3 A =R
AT



(& IE R Wi
A7 A 35 ML, BIKEHEE B IV b s Lz, I T, BMaseEk S mITT £HIcE £
Mo TeARMEED 1 #] (EGIE S 1* ) 1%, NSAAKRZ =7 A 4585 L, 100 m B TETR R IX
PTNCHET LT, 4 BBEBA- D PRI 3, IR B & 123 0 R K O 10 m A THEATIRFR AL
L7z, LIpL7ed36, NSAA OHHHE & LCIR BEE ERD KOV10 m ET7 A MIA 2T 2 AR L
THY ., WENKDNIZR TR -T2, 772 REED 16 GEFIES - H* ) 1%, NSAA = =
T A 55 L, BIKEHEE B 3R B E SR OB L, EoMiddE LT, 7T B AREEOM
D 14 EFIRE S G* ) 1%, NSAAKRZ 7 1.0 Bk L. FBIKEEME B 1% 4 BEPEEE F- 0 R oo 7
SE L2y, TOoMITE LTz,

#52 AAANBEOADEORKE (301 R ER)

\ . . BN G A1)
n 75 R =
ARG # R )
JEBIE 5 E* F* G* H* 1*
NSAA a2 =7 R—2F A 21 28.5 28 26.5 27.5
B3tk 52 £ T —25 35 —1.0 55 45
A&
R A& EAS Y R R—2F 4 4.25 2.65 2.7 3.2 2.9
%52 WETD
Bt SR ~0.40 ~0.05 0.20 0.15 03
2l
10 m 1T/ A AR R 2T 55 45 3.85 4.35 4.05
Y. VA SD
%‘%”ﬁjfz ﬁJf < —1.05 —0.90 0.15 —0.60 0.05
2
100 m A7/ TR N5 A 64.7 50.3 44.1 50 49.1
Bl 52 @Jffm —24 —15 1.4 —85 —0.7
A
4 BEPEE - U IR NR—RF A 4.4 3.2 2.6 2.3 2.4
Bl 52 @Jffm —038 —0.9 —0.2 —0.1 0
A

ko EBv, 301 #BRD mITT £HICE ERASEED 2 flo AARNEHE TIE, NSAAKRAaT O
ZALRIZEDb BT, BHEAREBR~ A VA N —r O T & BE L (Dev Med Child Neurol 2022; 64: 979-88) .
HAT R HEZ: DMD B 1261 2 EEEEREIR N O T &K1 & B 2 54TV % (PLoS One 2016; 11: e0151445)
PR B E B2 0 BRI R ON 10 m BATEFTI I OV TR b ekE L2 DIc LT, 77 B REED 2
BICiE, 1607 10 m A TR 23838 U 72 DIAMTE L L 7o, IBIEEGR S mITT £FICE Ehieh -
TeARGEED 1B TIEINSAA R A I 71X 45 N L7z, PR B & 23 0 IREfE] ) OY 10 m AR T/ TR R 10
fE L7223, NSAA OIEHE & LTOR ERE EAXAD K10 m EfT7 A FTEHA 2T OZLITRD -
oo LEX D BARNEM & 2FEEFTORA LR EZRITR D HNT, BAANBFIZBWTHAMIZE
L IEESREUGEN R SN AR TH T 2B 2D,

BHENEBLZLTENRIT. UTOLEY Th D,

301 RBRICHE I DB TOBARNBREORERITEHREN L RE B DRV ETHHFEEOBNHIC
FrBeOREIZ RN EE 2508, AARNBHEICBTAEMT —Z 3B oh Tnianz &nn, Btk
12, 301 FRBRDEHT —F DA IR & ol (8.11ESMR) ik, BAANEED NSAAFKA 2T
LORMT— 2 EMG L, SIEHE BARANBEICBT DRLOENMEE TN TI2LERNH D LB XD,
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(& IE R Wi

7R3 BEMIZONT
7.R31 EFEOREMT T T 7 A4 NIZDONT

HEEH L, 301 kB S— b 1, WONC 301 3B, 101 5ABR, 102 7B &% OF 103 SABR IC B W TR 5
ENFBE (LA, [OFERTEN ) 2 2B 2 ZeEl e KiIc, RLOZEMET a7 7 A4 o0
T, UFOEIICHBE LW,

301 RBR & ODFAFRITE ISR D EEMEOME L, £ 53 KUK L4 DERBY Tholz, AEEZHOD
KEBFIXEREE DB E X XHEETH Y, HCITRBO b oT,

#£53 301 HABN— b LIIBTIREMOME (BREMfNTANSRER, 20234 9A 13AT—F% by b4 7)

At (63 1) 772 REE (62 1)
SR ERR 62 (98.4) 57 (91.9)
mIEH 48 (76.2) 17 (27.4)
HERAEFS 14 (22.2) 5 (8.1)
HIEEDNREORERR 13 (20.6) 5 (8.1)
TRER L ICE - - =g 0 0
WICE->T-AEERES 0 0

FEHBIE (%)

# 54 GFEMBITER BT 2 E2HOBE

AsnfE (207 1)
PHEFR 198 (95.7)
&IEH 171 (82.6)
HELAERS 30 (14.5)
HIEEDNEEOFRES 31 (15.0)
7ﬁ5ﬁ¢¢0:£0f:ﬁ%$§% 0
B ST HERS 0

%éfﬁ{m;fc (%)

* 1301 B (202349 A 1B AT —X b v bA T, AAREBINEGE - 2023 4 10 H
WHF—%hy h47), 100385k 2023F4 25 HF—% B~ hA7), 102
B (20234E9 H 29 HF—#h v A7), 103 B (20234E7 H 24 H5 —
BEHy hAT)

BRRBRICB WD TARBEGHZICE RO DN FGIT, BUIEE L ORRATH 72,

LG Z 5525 9 5 A EHES (MedDRA @ PT THLL ) TR, THEESAPu ). THES R ). T R SR
FOY TERAEHER ) ORBEAIL, 301 B/ N— 1 (202349 A 13 HTF—# W v b4 7) Tk, A
BET 77.8% (49/63 ), 77 &AREET 43.5% (27/62 f5i)) &, ARMEECTT T ARBEL Y @Ehote, £,
AEED 24, 77RO LHHIIREETH Y, TOMOFZUIWFT R LEIE L7, EERFERIT
AEEED 261, 77RO 1 HIEED B, WP bEIiE Lz, R O# 5% 2 EFE LI J’%Eﬁ
U7 DR IC3 S 3 2 A T, RMEET 44 5] (69.8%). 77 EARRET 134 (21.0%) TH Y,
FEBUEG ORI oMM L g U TR ek & 0o 7z,

PR RN IV T RSB S T 5 A EFEFROFRBEI G, 83.6% (173/207 i) Th -7z,
BOONTERD S L 2L FIIREIE, 2HHIFAHTHY . ZOMOEGITNTNHREIE L, 8D o1
TZHEGOKENTRE TP EECTH -7, HEOFLTA4HNC6 580, 209 b 36144 (R

260 301 3B : 114 1 (S— b 1 CARGA B SN BRE 6361, 202349 A 13 A5 — 4 v A THEEE Tlo8— b 2
TR ZHE S 72 50 B, BIEG S BARNESE 140, 101 35k : 4 F, 102 385k : 41 61, 103 A= — k1
200, 2R —b2:70, 2dR—1r3:6%, 2Fx—r4:7H, =d"—hr5a:64]., ak—bk5b:24

54
T LBV A EEE PR S WS E



(& IE R Wi
3, UL LR ARG % I~3 BRICRILLE, ZRO0HFRZINTFRLEETHY . BIMEA L
W Shie, %0 O 1BIEARMEG% 173 A BIC 2 (& OMEM:, 4 1) OBEEOFREREIL
7o b\@“h%@%m@ V. R EBEZ L LTS, EEOFERITA VY U br U EOIRRED
THIZED Wb EIE Lz, EOMEM:OY]EIFEEL £ TOMM O P RAEIE 3.0 AT, HL/MEr: 2 R EL
Lt%f&f 173 9 162 51T 2 W LANIZ R BL L 7=,

FEENTE LT HAFFR (MedDRAPT 3B, MM EF]) DI EBEIGIX, 301 3R ~— 1 (2023
FOAIWBHT—FIy A7) IZBWT, RIHET 31.7% (20/63 i), 77 & AREET 24.2% (15/62 )
Tholo, IR OB 55 2 LIS L - BB S T 5 A EHRIT, RMEET 11 41 (17.5%)
IZRRDHIL, 7T ERETITRO bNRroTlz, BObLNIERITINTNGEIE Lz, EERFKET 2
Bl (RELEE, 77 BARRES LB IZRD B,

DFAIRNTEERTIC W T, BB ST 2 A EEROHEISIL 25.6% (53/207 ) THh-o7z, ZDH
B, 27 6 (13.0%) (XEWEM & Hllr S iz, AHFFRO R ITWE UIPHEETHY | HEDOREITL
T, R E#% 1 HHIZEO Oz, RBODNTFRINTNHEIE L, EERBENED bl
2B 301 BB/ N— b 1 I R— R 2 TRELEFRTHY . WTNOESLEIER &l <,

FERT—F2Hy b4 7 (301 3BRIL 2023 49 A 14 A, 103 #ABRIL 2023457 A 25 H) LIk 2024 4=
10 H 31 A £ TIT, EOMEM N OFREOBEERAFHFRIL, 301 AR T 44 (S— 1 T26] (MK
OFEE2 ), /S— k2 T 26 (EHXOFEE L H], ek 1 61), 103 3BT 161 (FE) ([T LR
Too FEBLHIE 301 BABRD/S— b 1 D 2 FllIAMEL G514 385~392 H H, /S— bk 2 D 2 fllTA ML 51% 2~
3HH. 13RO 1 HIIAMLBEG% 69 HETHY, WFTHTNLEIETH -7, £/, 303 R bk 27
T3 CGEL 2 B, BELOMEM 1 FD) G S, R4 3~5 A BICHEE L, 1 HILUMIETE L
776

WS ORGEARGER ICHB T, IRGERILA 2023 4F 6 H 22 H 225 2024 4510 H 31 H £ Tio, BEL/MEH:0
EESAFFGUL 206, BRROBEELAEFEFZI 2 FI0NHRE SN, BEA, BRELMERFSHRE SN
TVDFERITOWNWTIE, Kb 54% 3~11 H HORBL T, FBOMELITEIBERE AT 2 A FROEIRIZ X
DIREIZ LY 1~2 HUNIZEIE LT,

REMOZAEMEIZONT, 102 MBROREMEFROMIIIE S5 O LD TH Y | BREORIER I
Liieinodz, 7ol 202348 H 16 HT —4# B v A7 HZIZ L BIORETHRD bl $ED§5B
T T, ARSI 4 4E 10 0 A ICTEE ORI 2 J6BL LR B A LT, SR O#E S, DMD
LIS DR DFER % -0 5 AT RIZER D BV, Adh & OREBRIIEE S,

20 JBATREE: DMD FBE (Zikh— b 1) KO8 pkbh b= 18 iAii O AT AlRE7: DMD % (ah— h 2) Zxt& e L=~
Z 2 R T EHE R GRBRBIAAH 2023455 A 31 H),
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(& 1E S BRI
#£55 AEEEHOHMANOEHOREMOME
(102 B, TBREMMITHRER, 202348 B 16 BF—F by b4 7)

1 AR 1~2 4 2~3 4 3~4 4 4L F

(41 1) (41 1) (41 %) (30 #) (12 %)

PHEFR 41 (100) 37 (90.2) 33 (80.5) 17 (56.7) 3 (25.0)
mIVE A 37 (90.2) 2 (4.9) 1 (2.4) 0 0
HERAERS 5 (12.2) 1 (2.4) 2 (4.9) 0 0
FHIE S B D 5 6 (14.6) 1 (2.4) 2 (4.9) 0 0
BB IEICE s - EES 0 0 0 0 0
WCE ST HERS 0 0 0 0 0

FEHBIEL (%)

S S O TR BRI D Z 22 DWW T, JFE T ERNIC B T 2 22O E TR 56 D LBV Tho
7-. HTATREZR 3 KON 8 kLl D BB BT REED G OBFIEIT D72 b DD AFE#s kL O TIREE T
RN T 0T 7 A IERITWEEZ D,

# 56 BEERMORZEN BFEMTER™)

HAT AT RE
4Ll E 6 i Ld I
3% 6 ek AT 8 I A 8 Ll AR AT RRE
(7 1) (64 f31)) (99 #31)) (29 1)) (199 #i)) (8 1)
EHERR 7 (100) 61 (95.3) 94 (94.9) 28 (96.6) 190 (95.5) 8 (100)
EITEM 6 (85.7) 47 (73.4) 86 (86.9) 25 (86.2) 164 (82.4) 7 (87.5)
EIEE N EEOF ERESR 0 7 (10.9) 19 (19.2) 5 (17.2) 31 (15.6) 0
EERAERSE 0 7 (10.9) 18 (18.2) 5 (17.2) 30 (15.1) 0
M35 T 5 R 6 (85.7) 51 (79.7) 84 (84.8) 26 (89.7) 167 (83.9) 6 (75.0)
FEMCFL Y T DA EFHS 1 (14.3) 21 (32.8) 24 (24.2) 7 (24.1) 53 (26.6) 0

FEHLBIEL (%)

*1:301 7Bk (202349 H 13 HT—X B v h47),

29HFT =%y bA7), 1033 8Bk (202347 A2 HT —% 1~ b4 7)

*2 : MedDRAPT [0y, TR, TIEERAPRRE

MRE 1.

*3 : MedDRAPT 3884, MAWRE L5 1S4 o EES

EHIC, AARNBHICBT DREMICONT, HiH
301 RBRICE SR S NIz AARNBHE CRELEE2 61, 77 BARBE 2 6) OFERIT, IFDOLBY Thol,
AREFED 2 HITIE, EIEENTEEOAEELRN 7 (@2 61 2 fF, _EIHZER 1 61

FEN A TR 1

COVID-19, HE. R OFEEAN4 1 41 1 14)

1),

101 7ABR (20234E4 H 25 A5 —4 v b A7),

FETFTO XS IZHMHLTHD,

ROLNTL, D95,

MM KO TRABOE] (23 YT 2 A EFER

102 #Bx (2023 49 A

2, fERE,
BEDOAFERFRRN 5 MF (B, 74 I U BRIK ARSI,
Mt 2 {1, FEEL 2 AL 1R, ELD

L R LR O T & X TRl K R SR I 1 AR ZRIVE R &l S A7z, IBAsERE o 16Tl

FIEENPEEOFERTLN 41 (7 7T LT —EERR, ERGERY N OREANE 1
), BEOAEFEZD M (EH 24, I8, B BRBOR, 7 v& I U ERliKREEREM, RIE
MG, DS OE e BIIRE N4 11F) B bz, 2095 b, M. 3B R, TEH:,
TN I IR RRE RSN R ORI MGPES L ARIXRIER Ll s, WinbEifE L7, 77 &R
BEO 2 TR, 1 HNCEIEESPHFE R CEEOFFERERNS L4 (WIFiLh BHERK) o b, K
RERRIIGE SNz, tho 1HICITAEFLITRD N2 o7, BB, AANBEICBWTEERSA
FHHER, BEENEEOAERFZITERO N7,

AARNBEZEER S H DN s EROMPUIIRADR DD DD, BARNFE O824
HEORERITR O LN TN RNWEE XD,
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CENSESiY

LLED &350, BRRBROM RN DI, ROBEMIRIFCTH -7, B K M5 ORISR
BBV TR B 5% RIMCED, R ORAN S S RBLLA, KO3 BE TP EETHD 2
LERBEEOFZIOVTHEMICE-TND ZEnd  FHTEAFLLEZLOND, LER-T,
INISCED 11, GIFEA - ARG 112 Z OMORITER O, Bl W 2 O RVE Flill LI T 5,
Elo, BHICBOTHIEEREZ1T ) TETH 2.,

WHENEZRLIENRIL, UTOLEY ThD,

FRARRBROFE RS, HELBEHANZRD LN TS EDOD, AEFEICE L T DMD (BT 514
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DY A7 FBRFRTRO LN TWARNWEE X BEMKOEIECET 2HERBEONTND Z L &R
FHCECHEEBE L2 LT, REOBEANRET D, =7 V45 K= V2 79 OELRIZ DN T,
TV EOBEITINT LD RO AR D OBRICERERE O ISIIAELE B2 5, £z,
T V117 RO 7 Y 2 59-71 OFEIRIZ 31T 5 RKRLS OBAG AR (EESBNRERSE) 26T
LREBEFIZOWTL, AN T 4 ORI EGTHX NI e —ERERBTE DRREERH Y. A
D~ A T BT A AT 4 H NI FIIRTHACERNH LB OND T LD ROt
B DORINCIEREBREL O XHMIARE LB 2 5,

WHENEZRLTIZNEIZ, UTFDOLEY TH D,

RO OFPITEMEARE TH LN, =7 V8RN UT Y Y L UNDER AT HBEICE
JOARBOREVECETAHERIIR SN TND Z Lo, BUERFTEHIC, Bin T A RBOE & MR
ROBHEIZ DN TH &t & HRINEZ ATV ERBUIG~EIICERIRIET DM ERH D L EZ D, 708,
TV BRNIET Y VL IDRKER T HBEAERICRE LIEERET 2 2 2Ex oL, B
HE. 2V SUTMERE] ~OREITEBE L 22 Z 00 SKEDDITHIRT 5 2 & TE LI X 20 &I
L7,

7.R53 BITREERBEICOVNT

B IREBR A AN &N TR/ B 1T 103 3B = — F 3 D 6 k= — K 5b @ 2 Bl H
THY, BEBHE BT IARLOENER OLEDOFERIZB SN TND Z b, L, BT REE
RERFE AR OBERAMRICED D Z & DL HOWTEAT 2 L 9k, HEEFITLLTO L 5 IcEE
L7z,

HATAREEZ: DMD HBE A AN BTz 103 BB D 27— | 3 KO Bb OFEHEN S | Kot o
SRR S TRV, BIE, BTARHEZ: DMD B3 K O 8 kL E 18 A O 43T Al HE72 DMD B4
ZRGUT, REBOFENER L EEEFTM T2 2 &2 B L Lz (303 3BR) 2 Eli+ ThH v |
BTl T ARRER B TR T 2 KM OFIMER LD REN 2B LN T RN D & 2
Fx. <FhEE. PR INEREICBEIE T D EE > ICR W T [MTREEBE 2B D AR O v THE
SELTUVVRUN, | & RLdk LISt 2,

BENBRLIEART, LTOLEY ThH D,

BIRF R Tl BRRERBRIZI W THTRRED DMD BF AN Z &5 Lo RBRIISER ICIRH TR Y |
T RRERBE I L TARRERGT L2 LDO_RT 4y MIFRHEEZD, LIei> T, KanDiiEH]
T TR E ) L LT, TOEZ e, 2IRUIMERE] ([CHARRT L2 LB EE 25,
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(& 1E B fif)
7.R54 AFEOFERAXE L 2 5FEEITOWNT

HAEE L, AMOBEHXS L R DERICONT, LTFO XL HICHHL TN,
@O 4Ll b 8RO BFIZONT

301 ABROFKER (F46). 47%LL b 6 A DB TIX, ARMEEO NSAA R 27 O 51% 52 £ T
DEARIZT T v REEL D K& otz £, K ERE EAY0 B, 10 m 4781 TR S OB AERT
i H T % [FEROMM 3588 H ALz, 6 kbl b 8 ARl DO BE Tlid, NSAAKRA a7 Ofeh1% 52 M E T
DFEALEIIARMEEE 77 B AL OMICEITR O N -T2 b D00, R EREE E230) FEH], 10m 2317
[FEATRER S O 100 m ATLAETRM ORERZ NS 2 & 7T B A CILEBREN BT 22 b
ST=DIZRE L, REFETIIZERRD SRWE TH o7 (T.R221EHSH),

T, KA D LEV, 101 B, 102 3R &L Y103 BB 2R — b 1 TAGL 1.33X10% vg/kg % B5- S
TZRFICRBIT 2 EEEEEOIN T, NIRRT — & OfER & i U TRk CTh o 72 (T.R2.22 THBH),
NSAA A a2 7IZB LT, Flnth 7 7 v —75 (45%0L E 6 AT, 6 sl I 8 miAis) DT DFER T
b, FEEY 7 7 — T TRBROFERENRO bz (£ 57),

£57 EBVTIN—THDO NSAARARA T DR—RF5 A indhOE{LBEOINEERR & O ik
(101 #3ABE, 102 R K 103 A=tk — b 1)

475V L 6 mEAl 6w Ll I 8 ekl
AR e ALt IR A dn A1kt R
21.5+3.0 241+36 22.0+43 24.4+47
R—ZF A 2 21.0 [18,27] 24.0 [13,30] 22.5 [13,30] 26.0 [13,30]
(19 1)) (53 f31)) (28 f31)) (104 #1))
5.2+2.4 1.7+35 1.0+29 —0.4+3.6
BhH% 1HEF TOERE™ 5.0 [1,10] 2.0 [—8,9] 10 [—5,7] 0.0 [—10,6]
(19 1) (53 f31)) (28 31)) (102 %))

AT Z P O 227

3.32 [1.54,5.10]

2.53 [1.26,3.79]

[95%Cl]
5.0+3.0 12+48 —1.4+6.0 —1.1+51
5% 2 EE TOE(EN 4.0 [—1,11] 2.0 [—9,10] 05 [—17,7] 0.0 [—13,8]
(19 1)) (35 f31)) (28 f31)) (82 31))
AR AL DR 227
[05%CI] 5.57 [2.97,8.17] 1.67 [—0.61, 3.94]
43+39 0.5+6.5 —45+85 —4.8+7.4
Beh1% 3 FE TOE(RE™ 4.0 [—3,12] 1.0 [—17,9] —3.0 [—25,6] —4.5 [—22,10]
(19 #1) (22 %) (26 ) (52 )

?ﬁ%?ﬁﬁié’:}/j’%ﬁﬁ?ﬁ?ﬁ“ 3.68 [—0.22, 7.59] 2.70 [—1.00, 6.39]

*1 0 A 1.33X10% vglkg & #% 5 S LT B DA BTG & L, 6.29 X10% vg/lkg X 1T 8.94 X101 vglkg % #% 5 X 472 &
FILEE R,

*2 0 BB THE RN R, B Pl [P

*3 . EHHE, R, XA T A COFHMBEE Off, BEHELREAORAER, X—A T4 L OFBEE OfE & FEROZZ
HAERZER L L, it yiiEE s L TGS 2 NE L7y v T 4 A a7 THEHAMNT LEERIFET L,
R A T IER— 2T A VREOFERD, NSAA TR A 27 R Bt & B30 FER, 10 m X TEITRAE, RE, . BMI
EHEEL v VAT 4 vy 7 EUFET MKV HEE LT,

DMD @ HAAETIL, 8 E TIZEL OBEDKNON S EN-720  BERERELZV 752 8K
e | W3 TTHTAREEL 220 | SERICHM FITIFT 5 X 912725 (Lancet. 2018; 391: 451-61) , #*
ITHE/IDFERIL DMD B IC L > THD THERFEBEANVA M= ThV | SHITRNEZATRERIRY &
BT 5 2 &3, AR ARIEEESCAEIROBICEESZE L, BE L 2ON#EE ORFIZ L > THKRH
BEND D, 301 HRBRE CTHRE SN EBERRICEET 5FHMEEBE O 5 b, FrZ, K EEE 1230 e
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(& =S BERR)
IZOWTIE, BERBROTER T THLZ EARINTEY, BT ZEET 25 & EOME%Z R
L. R EEE B2 K2V 6 kAith OB Tl TR 28R T DEMDIED - 7o 2 L e S
LT % (Dev Med Child Neurol 2022; 64: 979-88) , 7 46, & 49 Jx OV 57 b lE, 4 mbL b 8 skl
BATARE 7 BT IC BV T, ARG X0 EEEEE S UGE S D Z & JUTEIERE DI T 23 & 5
ZEBHIfE S, BEOBIT AR OER ICH 5T D RN H D LB HND,

@ 3WOBEIZONT

DMD (281 2 MR EIXHAERF O FORE D i H v, Sk O & N5 & OWRMEEIC X DA
DEBUIAFHRITHDHZ b, L0 BHICBEEFIREZIT O 2 & THREIRDKE < e b rlgeten
Hb, 37D DMD BEICH T HARLOERIMEIC O TIE, 103 RBR R — F 4 18IS 7 HIICB W
T, RBBITRTEBYOFREITELN, WTFNLOBEEHM RO b, £72, Y 7HllcB T, 4
el b 8 A OB (301 ARBR L N 103 Bk — 1) LR%UEDO~A 7 u A e T 0 R
WO LI (37 LN 7.1.21THEBH),

UEXD, 3MOBEHEIZENTS, KON TEDEERD,

MAT, £56 DLBY | 3k, 4mbh 6wl & O 6 kL L 8 IATl O -4 7 7 /v — 7 [ T
OB ENT 1T 7 A ERTRO DT, KRBTV THOFRICBWTH AR AMREEE X D,
PLEX Y, 3Ll 8 ki DEBH OHATAHE/: DMD BEICBW T, RO BT v Y
AI NG UANRENTZEB X DT80, 3L 8 MR OBE Z ARG OWHAKRI R L5 2 &Ly &
EZD,

@ 3R & O 8 A EDBHIZONT

3 IR D BB A G & LI BRERER (103 BB =k — 1 6) K UM 8 ik bh = 18 A O AT AT RE AR
HaG L LT lARRER (103 SR 28—k 2 LT 303 i) #HMEhTh Y. b OFMRICHIT
DA DA INE R L RVEILHENL LTV RN T2, O TIREZ 3Ll B ARl RIRZ 8 mcA & i
ETHZ e Bz D,

LLEOO~@D#RE 2= 4. 3 b b 8 WoRimi O BE Z AR OB GG L5 2 LY & B
FBEATEY .. <HRE. BRIUIMRICEIE T 2R > 128 W T, I3mELE 8 ki D B 1T 59 %
Tl 3IMAMOBE, KO8R LOBREIZBIT D AR L ENETHNL L T RW, ) BEBET
éo

BN BRELIEARIL, UTOEEBY) Thb.

ARG HRIFEE TORMT — XIS EHIIENIIFE X D 458 UL L8R8 O B & A o1 F it
Bl DT LITZANTREL 2 5, SMOBFICHONT, EFF—ZIFB LTV EHRAE S
NTWLHDD, ZHETIZHE LN TV D L0358 2 48— FITRER S IV THIORE R IR GO F
PEREIFF SN D Z &, F, WRERIR Y RIS A B L, TR OMK AP < ARttt H 515
FRREZRET 2L IEECTHL 2B E 2, IROBFIZO VW THHEAMNGRETHZ LIEZA
NARELEEZ D,
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(%Eﬁ%ﬁ)
¥, A%, FROBEZET T HERIE, BINT D 4H0mE O BE 5t g & LT BRRBR AR 1S 5
& RENEARGE I A AR BT 21TV, A kwfﬁﬁ®ﬁé$%%aﬁéz%ﬁ%é&%z
5, LIEMN-T, AMOBEHAXER L R DERICOVTIE,  [BhEE, DR UIMRE] OHEICHE T 5 Z &
DL E B2 5,

7.R55 ZHEBRFIZTOWNT

ERRARBR I IT BB O BB AN DI, ZHEEE BT 2 AR MO R O eMIIRF ST
WRNWT EN D BT R AR OBEARRICED D Z L DOZYEITONTIHBT 5 L 5k,
HEEEILLL T O X S IChI& LT,

VAR T 4 VBIETFOEREET HEIEIRERE L 720 | REFE O TIEAA LA HEITIED
INMETROAELZ 2T 258030 500, ZMEREZE OZEFHRITENS L IZREN TH D (it
EANAARMRTFES, Tad o IBRFHYA M7 =BT A K742 2014), R TIEEWZ H\ -
AR A TR A FEHE L TV e En D R E N OZIRRRICKIETREBICET 2 EHRITISE SN
TUWVRW, ETo, KEPEE SN CIIZEBE IR SN TR Y . LB T 2 K60
B GEKITR <, WEPRGERITFEE L THEREN GG LR LBELTWD, IEL, YA R
7 4 VB OEREFHT D HMEEE OPIITEITHEOFH MR TROOHELZ R T 5580800 | oMk
[KI# 73 DMD & 2SN RetElEd 5 L EZ bivd,

UL E % | ﬁ$$%iﬁm® EAXRA LT LW, REEOFEGIIHR S nE B2 <3
HE. 2R SUIMERRICBIE T 2R > Tt a x5 & LRI ER L T, | BEE2HEL, IS
f3eED 9. ffif;EODjb%%ﬁTé,%%blﬁgﬁ“éﬁﬁ 9.4 EHREA AT HHDOHIZHBWT IR E Fod

ZHRAEIC RIE T BB 2 HHIT A\, B & O T2 B AR R BRI IS L T e, ) B AR R
WAkl %,

RENEZ LT-ARIL, LT ThHD,

B REER CII MR ISR T D RO AR NZ OB M TN TE 6T, £l ARKane Fo
ARSI RAF TR BB T A HITE D TWO R WA, EBEE IS TR LTV 5 72 ORGEKR
BROFERIINEETHD EEZDZ . -, DMDIZEITHEOKRETH U | IBIFRIENIEFIZR STV D
TLEBEZD L, LMEREEARLOBAMNEAN L TP, WY REERL AT o BT, otkRE
~OFE ORI 2 #2495 2 L3 ARUATH &%zéoﬁﬁi% B EEMREIC O T, ZHh
RE~DOEETF TR, IR - JRIRICKIZTREN AP TH L 5O Z BT 55OBIENNELE X
D, Fio. BUERGERICKERFICARLI R G SN EEITE, ZeEROEMEOHEREIET D =
EMMEELEZZ D,

7.R6 MRERUCHENIIEMAFEICOWT

ARG OHGERFO [HEROHBEXIIERFIE] X, UTFTOL S ICRES TV, Fio, <HEBEED

%%Xiﬁ%ﬁ%’%Lﬁé&%>’ﬁwf:K%&%’iéAAmmLﬁﬁ6ﬁﬁﬁm_ﬁmﬁét
BEREAT A ROME - HEBHRE STV,
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(& IE R Wi
LA R OV B3 7 1]
W, RE 10 kg LLE 70 kg RO BEICIE 1.33X10¥ R ¥ —4 ) & (vg) kg &, A 70 kg LA Lo
ABFITIT 9.31X10 vg &, 60 5375 120 73 T THEIRPICEHEIR G55, REMOHFHEGILILRNT &,
A OE G &I PRI KSR NT 2,

BHEOEKEFI (ko) BTN T IVER Fh-f (mL)
10.0-104 10 100
10.5-11.4 11 110
11.5-12.4 12 120
12.5-134 13 130
13.5-144 14 140
145-154 15 150
15.5-16.4 16 160
16.5-17.4 17 170
17.5-184 18 180
18.5-19.4 19 190
19.5-20.4 20 200
20.5-214 21 210
21.5-22.4 22 220
22.5-234 23 230
23.5-24.4 24 240
24.5-254 25 250
25.5-26.4 26 260
26.5-27.4 27 270
27.5-28.4 28 280
28.5-29.4 29 290
29.5-30.4 30 300
30.5-31.4 31 310
31.5-32.4 32 320
32.5-33.4 33 330
33.5-34.4 34 340
34.5-35.4 35 350
35.5-36.4 36 360
36.5-37.4 37 370
37.5-38.4 38 380
38.5-39.4 39 390
39.5-40.4 40 400
40.5-41.4 41 410
41.5-42.4 42 420
42.5-43.4 43 430
43.5-44.4 44 440
44.5-45.4 45 450
45.5-46.4 46 460
46.5-47.4 47 470
47.5-48.4 48 480
48.5-49.4 49 490
49.5-50.4 50 500
50.5-51.4 51 510
51.5-52.4 52 520
52.5-53.4 53 530
53.5-54.4 54 540
54.5-55.4 55 550
55.5-56.4 56 560
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CENSESiY

BHEOEKEFI (ko) BTN T IVER Fh-f (mL)
56.5-57.4 57 570
57.5-58.4 58 580
58.5-59.4 59 590
59.5-60.4 60 600
60.5-61.4 61 610
61.5-62.4 62 620
62.5-63.4 63 630
63.5-64.4 64 640
64.5-65.4 65 650
65.5-66.4 66 660
66.5-67.4 67 670
67.5-68.4 68 680
68.5-69.4 69 690
69.5 LA I 70 700

< FE K OV B3 5 B 27 E > (BE & prire)
A EIZ XY AAVT4 IR D RERIGR BT HZ ENHH D, TREREBICT L R=V
YOG EITO Z b,

Fa BERIROEEHROT L F=Y o rofkh

1. R—=RF7ALLT, arvFarRiTuA FzlH 1EBEXIERTEELTWEEEOLA :
ALBEEOHI AL TV F=Yu % 1mgkg/ 2 BMTHRET S (N—2T7 4 AT, 1 AORKA
I 60mg/H &5, ALoFEE# 60 HREITBMOZ L F=Y o % 1mgkg/ H Tk L. Dk, 2:8B»
T TR—=R2F A HE~OWE BT 5,

2. R=RF5A4L LT, mllEaLrTFazTosf F2E2 ARG L TWABREDOEA -
ALBEEOHI AL 7L F=Yr % Imglkg/ A 2 BMTHRET S (R—R 71 VARG ., 28, miE
aLFarRTuf ReEEGLARWVWHEICS 1 mgkg/B #5725, 1 HORKHEIL 60 mg/H &7 5, Riho
5% 60 HEIZEMO 7L K=Y 1 % 1 mg/kg/ H TRke L. £ 0%, 2 8T TRX—R T A v HEA~OHH
R 5.

3. N—=RTALLLT, aLFarTaf FzEELTVWRVEZTOEE :
A5G0 L#EBf»6 7V F=y a2 15mglky/ B 05 %1535, 1 HORKHEIZ60mg/H E35, K
O 5% 60 HEIL 7L K=Y r % 1.5 mg/kg/H CHkSi L., Tk, 4 HWET TAT A RS 5 F
THEOEE A HE 5,

db I R R LA B 7 L K= 1 oo F B

1. N=2F54  VHEICT L F=Y 1 1mgkg/ B ZBINTHRE L TWHEEDES :
TV R=ryuaroEMHEZ 1 mgky/H25H 2 mgkg/ BIZHEET D (N—RF 4 HEISKS), 1 HORKA
H|IT120mg/H &5, BT DT, 2 WS TR—=2 T A U EA~OWRZ RETT 5,

2. "= ORMABEaLTFaRrTaA RN @2 BEE) 27V R=Yr 2 1mgkg/ H % BTG L TW\WAH B

o 55

FEHEaLVFaxTa,f REEGLAVWEOT L K=y a B 5 2% 1 mg/kg/ H 25 2 mg/kg/ B IZH#E &9
D (R—=RAT ARG . 1 AORKMARIT120mg/A &35, i 5B5%, 2 BRI TR—2T 1~
MHEA~OWE AT D,

3. FLRF=Yur15mgkg B E#EELTHDHEFEDOEES
T R=yrroEMHRE%Z 1.5mgky/ H2 5 25mg/ky/ HICHEET 5, 1 HORKHEIZ120mg/A &35, &
D%, 4 BT TAT A REBENT 2 £ Tl A Ritd 5.

F) ROoanrFazxTaf REGIZEDBFICKIELARWESIE, avFaxTad FOFBRNELG 2R 2 2
ko
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(& 1E S BRI
MiEix, [7TR2 HBMEIZSWT) . [7T.R3 ZEMIZHONWT) KO [7.R4A K OEKRMINLE ST

[ZOWT) DI, WU FIOR TR 2B E 2. ARfo JHELOCHEXIER 7] i<
MER O MBSO A TIEICBEE S 27 EE > OBEIEZ FEF E B 0 e 5 2 L 8@y & Al L7z,

7.R6.1 AFOHAEROCHEXIIFERFECZONT
HEEEIT, A5 kR O E I AT EDORERICHONT, LT L I LTWD,

A ORER OHE XM HER, S E TICSEE SN2 BRRBR O RIS ERE L,

R RFBRIZ 35\ T DMD fE1Z 1.33 X 10 vg/kg & ¢ 5- L7255, Adh O ~D Al N~ A 7
O NBT ¢ BRI L. TR22 TR &30 OEIMEDFERNE S, E7-.
BHHBICBWTHERMER BRI TH D Z LB R S L7z,

£/, KE 70kg L EOBEICI1X 9.31 X100 vg 2% 595 B OMREIL, 103 RERICHB T D38E Y &
B 72, 70kg L EDOBE~ORG OG5, 103 BOaAR— 3D 1HlOATH-T2, aH—h
SITHAAN DAL 6 BIREORER LI LT, KE 70 kg B ThoT- Y4 L Blick T o~ 7Y A
ca7 g B RIERE (VERZ T ay ME), X7 Z—5 7 Aa v —HEE, i+ CK i,
Performance Upper Limb (PUL) ver.2.0 D&FFA 7 B5)MERTE & & O KIFERI EORE RICK & 7078
FUTERD bT, BRI REEIC & VR 70 kg LA EOBRE THERMENHEI TS Z & ARET S
FERIIE O TR, SR RIIBITARRERBE BT 2B GRBTHLI OO, REOERAKFIT
AT ATRE 7R BB L OHMT RREZR B E CHIBTH V. ST AR BE CUBHRELZRET 2RI L LCF|
HFREE & 2 D, 723, DMD E& Tt STV D ERDIOREIZES &, 18 i E TD DMD £
TIXREMAE 70 kg Rifi L E SN D,

BeHEEEIZOWT, 301 BB TIEARMZ 60 737D 120 /32t TG-Sz % Z b, 160 4305
120 4352 T ) BARNICHEIR 57 5§42 [HELOCHEXIMERGE] ICHET 5, £z, BRRBRT
FRDOOENTHWRNE DD, Kb F I G HERRUNICBBUESS R O T F7 4 TF o —% 5
Te Infusion reaction 3BT 2 FREMEN H D Z LD | RELEEGHIZ BE 0GR DA 1T EE O
RIERIZ DN THEAZBH UIHIET D 2 & &2, IMISCEICBWTHEEBRIET S,

AL, EREOHRFEEOBRMA L TR LT,

7R6.2 HEEITONT

BREIT, AMOFREIZLAAVWEOREDZ LI HOWTHAT S L HkDd, HEHIFLTO LI
[EIF2 Py

TRELID &Y, F1 AAVhTA HURBEIED 7 71 7 TR & Rl—0 AAVhTA D7 7> REHT 5

44 PR FRRE 9.31X10% vg 1X. DMDMPX < 7 2 % Fl U 7= JEBR R 22 MBI T 35\ CHENT. S AL 72 JFI~ O VR B D
ZEMOREE TREIS & THSNAEE L TRESNT,

9 ERERE TIHBERENS D, BIRRBICIOTIE, 6045705 240 T TORELHFRSNTEY | Al
ELREVWENEEBRE I TV, LHLAERL, —RIICEEHFEOR G L 10mL/Kg/FEE SNTERY ., &iKE
BETHARLOBGHE T 10 mL/kg/FRT L 225 ((BE 1 kg H7-9D 134 7410 mL (K 70 XA 7 /V) % 60 %
NH 120 3T TG T 5720,) 2ED, BARERE CORGHEEZJERET 2 XEIT LW EHAIA TS,
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(& IE R Wi
R —5 B L 2 A, FURRMEOT B 7PV LRI L TY A a7 ¢ & 37 EORBLHK
55 L7z, F7o, AMBEGZITH AAVT4 SUIRE O ERBSHEGR S VI T 0 ZF P VSR Z &G Liz & 2
A, SHENTEMAER 2 R85 2 Bk 2 S T AR b,

101 3Bk, 102 7Bk, 103 3RBR & OY 301 RBRIC BV TIE, 1AL B GATICHT AAVIh74 HLik oA T4
AT L. BT AAVINTA BURES M 00 BB B4 L7z, 301 3RBRIC B W TR SR 544 [T E O I a5 T R FngiiAs
ZHIE LA, S— b 1 OKRMBETIE, Ad# 54 52 1 £ THL AAVrh74 HURG 23 Fife L Tuviz,

Fio. PLAAVIT4A ik AT % 4 %Lk b 10 5RO DMD B3 Z %152 Imlifidase GRS il
3) B HE DR DR OF M2 a3 5 IFE MR (104 3080) . I NTHT AAVHh74 Hifk & A3
% 4 5% LA E 9 AR O DMD [ & kI MR AZHAtE DA G D LM e OVE 221Gt 2 JE B kiR
(105 3kR) A FEhi L TV 208, BRI TRRDPE LN TV, £7o, 2024 410 ARFRTARMIZT
ETERBEINTNDN, INETCARMZFEEL LIS L0,

L E X0 | BIRERTIEHT AAVIT4 SUEDEEO BF BT D RO MR OL &I L TB D
T ARMOFEG EIT - LA INVEORT L NZ 2O ER DD Z L, [REOFESIZL
NWZ Lk, | ERE LT,

PfEIE, EREOHREE OBA L TR LT,

7.R6.3 EIBEERATuA FOFEEIZOWNT
HEEEIL. KR GHIEZOROBBRERT 2 A FOBEEIZHOWT, LT X I ICHH LTV,

103 iR 2 AR — h 4 ZBRE | REOKRAER TIZ, DMD IGRDT-DIZ A7 U —=2 JHiiD 12 JHH LA
FlizhbleoT—ED 1 HHEOKRNRBREAT 1A NEEZZIT T D BFEDEAAN LI, R
%%@DT%%%*E&?%C&&LE(WE®%M’EDK%%®WE%@<)it N—=2FA
R L W —EAEOR ORI RE AT 2 A R T, & &k OHEFSEO T4 B
TREREY &ﬁme#%LM@@m& TAT A K (L =Y U HE T&mg@ﬁ)@&ﬁ%%%b\
301 B K% (Y 103 3BR TIE, TRBREL B 5% 60 AL Lkpid 5 2 & & S 49,

103 B R— b 4 ORGR L 72072 4RO AT v A NRIGHREE T, IR 5546 1
RIND, 7L R=Y BT 15 mg/kg/ HFE Y DRI REAT v A FEGLZMT 52 L & S,

LU b oo F Bk E CRERRBR 2 Fofits S VoAb, S, BN TEE O FFGUIEHRELE E X 6
N2 enn, <HEROHEXIERFEICEEST 238 > 128\ T, BARRER CEM L7288 R
AT aA RO FEZT#HT 5,

WHENEZRLTZNAEIL, UTFDO LY TH D,

7'V K=y ar Ok AELKOWEEEL O I EI MR 5 HEEEHEIC OV T, R K D FEESED
HEFESGLZEHT D ECHEFICHEHERERTHD Z LD, IRMNSTEO < HEKL OHE M A GEIC
B3 5 R > OIICFET 2 Z LIT#U Th H, £z, KO G55 L 72 5DMDEE D%  1TREIC

40102 B TIX, RHIOWEASBEIC L > TRETH 5 LIBBREEEMASHIBT L2VIRY | BNORIERLEAT A R
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19.5-20.4 20 200
20.5-214 21 210
21.5-22.4 22 220
22.5-234 23 230
23.5-24.4 24 240
24.5-254 25 250
25.5-26.4 26 260
26.5-27.4 27 270
27.5-28.4 28 280
28.5-29.4 29 290
29.5-30.4 30 300
30.5-31.4 31 310
31.5-32.4 32 320
32.5-33.4 33 330
33.5-34.4 34 340
34.5-35.4 35 350
35.5-36.4 36 360
36.5-37.4 37 370
37.5-38.4 38 380
38.5-39.4 39 390
39.5-40.4 40 400
40.5-41.4 41 410
41.5-42.4 42 420
42.5-43.4 43 430
43.5-44.4 44 440
44.5-45.4 45 450
45.5-46.4 46 460
46.5-47.4 47 470
47.5-48.4 48 480
48.5-49.4 49 490
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BHEOEKEFI (ko) BTN T IVER Fh-f (mL)
49.5-50.4 50 500
50.5-51.4 51 510
51.5-52.4 52 520
52.5-53.4 53 530
53.5-54.4 54 540
54.5-55.4 55 550
55.5-56.4 56 560
56.5-57.4 57 570
57.5-58.4 58 580
58.5-59.4 59 590
59.5-60.4 60 600
60.5-61.4 61 610
61.5-62.4 62 620
62.5-63.4 63 630
63.5-64.4 64 640
64.5-65.4 65 650
65.5-66.4 66 660
66.5-67.4 67 670
67.5-68.4 68 680
68.5-69.4 69 690
69.5 LA I 70 700

< FER O & UEE R RIS ET 5 3B >
AKmBEGIZ XY AAVT74 (23T D BRI RIT HZ ENHH D, TRESZZIZT L R=Yn
YO EITH Z L,

Fa BEFROREZOT L K=Y oroks

1. RX=RF5A42LLT, arFarsaAf Nz 1A 1EDUIMRTRE LTS EEDOEES
RGO ENS 7L =Y v % 1 mgkg/H ZBINTHRGT 25 (R—AF 1 A, 1 HORKA
T 60mg/H &4 5, KEDOEEH% 60 HREIZBMDOZ L F=>Y 1% 1 mgkg/H Tk L. ZD#%. 2 MH»
I CR—RA T A HE~OERE R 5,

2. N—=RF AL LT, HEaNTFazxTaAf FEH2 BES L TWLREORA
AiLEEDOHIANL 7L R=Y a2 % Imglkg/H Z2:BMTHRET D (RX—R T4 AT, 28, sfE
anFarTuf ReE5LRVWAICS 1 mgky/AZ2#&E5T 5, 1 AORKHEIZ 60 mg/A &7 5, Rihok
51 60 AIZEMO T L K=Y 1 % 1 mglkg/H Citke L. £ Dk, 2 BHENT TX—RF 1 HE~OWH
et 5.

3. NRN—=RTFAELLT, arFargTof FEHELTWARNVEEDLEEA
A0 LBBRING 7V K=Y o 1.5mglkg/ H OB G 2FMAT 5, 1 HORKHEIZ60mg/ A &35, &
O 5% 60 HIZZ' L K=Y 1r % 1.5 mg/kg/H THkE L. ED%, 4 BT TAT oA FEEET 5 £
THEDHNE BT 5.
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(& =S BERR)
Fb BEBICIEERE BRI LRSI T 5 7L R=Y v v o &Y
1. N=2F54  UHEICT L F=Y 1 1mgkg/ B ZBINTHRELTWHEEDES :
TV R=ryurroEMHE%Z 1 mgky/ H25H 2 mgkg/ BIZHEET D (N—RF 4 HEISES), 1 HORKA
H|IT120mg/H LT 5, BT DT, 2 WG TR—=Z T A U EA~OWRZ RETT 5,
2. "= ORMABEaLTFaRrTaA RN @2 BEE) 27V F=Yr 2 1mgkg/ H % BTG L TWAHBE
DA
FEHEaLVFaxTa,f REEGLAVWEOT L K=y o B85 2% 1 mg/kg/ H 25 2 mg/kg/ B IZHE &9
D (R—=RAT A HETED . 1 AORKMARIT120mg/A &35, Wi 5B5%, 2 BHNT TR—2AT 1~
MEA~DWE AT D,
3. AEELO1AEMETNSF L F=Y 1 1.5mgkg/ A OG- 2Bl L= BEOEA -
T R=yuarOf&% 1.5 mg/kg/H 25 2.5 mg/kg/ BIZHEET 5, 1 BORKHAZRIZ 120 mg/H &T25, £0
%, 4 BEBNT TAT B A RS 2 F Tl A RE3 5,
) ROoarFazxsaf RESIZEDIRFICKE LEWESIX, avFaxTasf ROFRNESEEZREFT2 2
L

AL, EREo X002 [EROHEXIIEENITE] kO <HTER OB SO GIEICBEE T 51
B> OEHARET DX ) HEEEIRO, HEEA ITEUIHIE LIzeo, Zhae TR LT

15 BUSHGEHRAREMHFMEE (R) T2oW\T

HEEE L 0, BERFERICB T DA OEER LSO E 2 25 2 B & LT, RERTERER
PRFRER e OV R R A O FHE R 23 s S v,

WREIX, 18, U 27 T BT 2 @R R OB 2 A OIS OIEIZR T D RitossF, &k
HR B A DA EES 5 7210, # 58 | R T RS AR e B R R 2 295 = & (2@t & )
Wr L7z, A RGRGRA ISR LT, AMEREE R ICoW T, SUEIRTE % IR RBR & FRC, EEhikee
DA ERM L LT RANZHN DTN D NSAA A 27 HIEHIE L, -4 2 2 L 2300 & ik
L7, Fio. RAMOMFIFEE UC IBHHRARE) . T IMORAE] KO TRIBKREAT 21 KB
IMBEHIZE DV AT | ZBINT HMENH D &l LTz,

BMH#EICB VT, UL EOBEOHNHIIHMERIC L Y XRfShi, £72, BITHRETR&ESE L

THMEENOUTORBRAN ST,

* DMD HBHFIZHIT HAITHRENEICIX, R EGZET TiER<, I T7T—va VELEDOBEGH
IRIRRENEE LB 25, RLOANMERHICB W T, SITRENZ 7T 5 NSAARZ a7 25
BHRZZII AN T a v ORBEZITLEEZLNL 2 LD, BRABERE IS T, Y
NEY T =g yOFERNZIFRNET 2 LERNH L LB R D,

PRSI, REMEER CORMGR ORI R AN E A, AR RN B B IET D K O HFEHE TR, HEE
EYNIIE Uy % 6L IR AT AR M oF 1 () MEHSheicd, Zhz TRLEZ,
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(& 1IE SRR
£ 61 HHAMEREDET (B)
H & REOFERHEE FICBIT2EYLZEMET e 7 7 A VEERET 2 2 &, BIRICEY A ZETE B 2 {02
THI L,
xR KRG SN+ XCToRE
S AL B 55 B D O S L OHIRAT AGE O AR NIZ S d TIT 5 AR 23T~ 2 A SR TE S b

T
TESERIE? | 46~86 f
<LEANE>
A EFLOIBLRDL
HSFAAEE ¢ Infusion reaction GRBUEZ &) . AUWEFREEE, M2k, DA, MARMER NS E, 45
BORRMRAE . L/ IRIRDIE, BIBRE AT oA RBIRGICE B Y 27, EZat, 5 DNA
A SORY B —F A BE T B B GE0S AE)

<H >

ADL, K E#E X 230 FEE, 10 m BATAEITREH, LR (Brooke score) . (DoiEE (ZE=BEHI=R) |

MR ERRE. N LPRMLERE A oG, AN IR ABRtA B - 45h, 3R 7B BRAERE - 4R, 32 h
EnvH ﬁﬁﬁ%ﬁ% i, BTARTTRE & 72 DIl - i, STHRESFE. NSAAKRZR =27, Y

NEVTF—va VEORE - BRTER - NA

*1 0 GoE R O R A 7GR %xi%@ﬁ CRDTITHARHFED 7 W ARIORRTT =&y bA7 L, i L7z
RO TIT O KB HFBICHW D TE,

Q:%E%ﬂﬁm§ﬁ%3ﬁﬂ T4, 26 WA KOS FIZEN SN HEETH Y, FAEMF P ICRGEE% 3 A
BE ORI A EE S5 FIAL ORERIEL,

L

DURZ B E 2, B, BUEBE R R ot TRerE e L b 20 e bz
BEEE 2L SRR ORI AR % 2 T BIBRINIC S T1T 9 AR HEOBIRE 345 & LT, BSR4
RS oM, ZAETICIE SN D, FEARERIAIC BT 2 15, 305 RERICIST B BTHE) O
KETCOMEICET 21EHR (L1HESHE) | 103 %ﬁ%ﬁ:ﬁw— N 4725 305 ABRICRAT L 7o ARdn i - 1T 3
WOBEEORW 7+ —7 v 77 —% (L3HEBM) Fikox, BERGE%AGREIFHMN 2 FElid 5 =2
L NG & LT,

||

1.6 Zofh
1.6.1 HEBERKREHB~DEEIZOWNT

BRI, TR SRS R OV E A= W pR SR L I ONCHR E P AR RS RS O fR B 1B 5 8 2 o
W (CFRR 26 45 11 A 5 BAHTSRAEASR 1105 5 1 5 R OSRAHES % 1105 45 2 5) ICA 3 <Retofk
R ARBOBGEICHGWOND E b - BRI R T D AR E O U A 7 13D TR S0
L. BIMERTHAENDHE DB D U A7 TD TSN L, FEEF/EERERL,
FEEITIARE & Il L7,

2. BESE (1) OFTEEHE
BEHE (1) OFROAIZHOWNT, BLFOLEBVETET AN, AFTIEZLEARE (1) OfEmice
ﬁai))iﬁb\ Lk %6&;% Lf\_o

H 17 FIIEH FIIEfR
18 | £ 14| TEOLEY

<{E1ER(] >
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(fEIERBR)R)

e~ 2 12 R 0 (A=HEAK) <C57BL/6] < 7 A > 4.23.1-3
( 8 4 m 1.33x10% (RE#A M)
(C57BL/6I) 4.02 X104

DMDMDX) <DMDMPX < 17 % >

BE1-*2 1 1/15 5] (4.02X10% vglkg % 5-8%)

(Foafk B ms)
<E1E# >
e~ 2 12 ¥ 0 (ZEFIAIEK) < C57BL/6] ¥ 7 % > 423.1-3
(% 4 &l 1.33X10% (Fo#E )
(C57BL/6J) 4.02 X104
DMDMDX) <DMDMPX < 17 % >

BE1-*2 1 2/15 5] (4.02X10% vgikg % 5-8F)

(FLa A )

3. WMEFHE

U bofEzEE 2, BEL. LT ORRBEM 2 L BT, UTOZhRE. ARSI NS L
KO SGHEM TE T, BASCEIT & 2 ke K OV (=6 2 B 2 iR 2 &R e 12 | 2 i )
(ZHNE SN D D THIUT, ERKdh, ERERSFOME, AL ORZ EVEOREREIB 2155 23 &
D 26 [ZES S KL OHIRZ AT L TAMEZAKR L TE LI AW EHIBTT 2, 72, RIS HIR
F3ENELE TH Y, fHEHEERERA~OREIZIAE LMW 5,

[he. ZhRiEMERe

TavzUXMH A a7 41— L, LTFOWT LT HAICRS
o PLAAVrT4 LIRS pME D R

o HMTAIREZR A

o 3ikLLE SR OBE

U B OV 8 X3 A 5 1]

W, RE 10 kg LA E 70 kg R0 BBEIZ1E 1.33X 10 X7 X —47 7 I (vg) [kg &, 1R 70 kg L ED
ABFEITIF9.31X101 vg &, 60 73725 120 7372 TERIRNICH R G425, AmOFEEITI LRV &,
RO &I FRRICE SR NT 5,

BEOKEFP (ko) BRI T VL g5 (mL)
10.0-10.4 10 100
10.5-11.4 11 110
115-12.4 12 120
12.5-13.4 13 130
13.5-14.4 14 140
14.5-15.4 15 150
15.5-16.4 16 160
16.5-17.4 17 170
17.5-18.4 18 180
18.5-19.4 19 190
19.5-20.4 20 200
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[7&

&

B OEETGHE (kg) BB Tp A T VR BEE (mL)
20.5-21.4 21 210
21.5-22.4 22 220
22.5-23.4 23 230
23.5-24.4 24 240
24.5-25.4 25 250
25.5-26.4 26 260
26.5-27.4 27 270
27.5-28.4 28 280
28.5-29.4 29 290
29.5-30.4 30 300
30.5-31.4 31 310
31.5-32.4 32 320
32.5-33.4 33 330
33.5-34.4 34 340
34.5-35.4 35 350
35.5-36.4 36 360
36.5-37.4 37 370
37.5-38.4 38 380
38.5-39.4 39 390
39.5-40.4 40 400
40.5-41.4 41 410
41.5-42.4 42 420
42.5-43.4 43 430
43.5-44.4 44 440
44 5-45.4 45 450
45.5-46.4 46 460
46.5-47.4 47 470
47.5-48.4 48 480
48.5-49.4 49 490
49.5-50.4 50 500
50.5-51.4 51 510
51.5-52.4 52 520
52.5-53.4 53 530
53.5-54.4 54 540
54.5-55.4 55 550
55.5-56.4 56 560
56.5-57.4 57 570
57.5-58.4 58 580
58.5-59.4 59 590
59.5-60.4 60 600
60.5-61.4 61 610
61.5-62.4 62 620
62.5-63.4 63 630
63.5-64.4 64 640
64.5-65.4 65 650
65.5-66.4 66 660
66.5-67.4 67 670
67.5-68.4 68 680
68.5-69.4 69 690
69.5 UL I 70 700
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(f& IE S WERR)
Felth B O RRAS 7GR A2 IS 0D THT O A D UEIRGE ARG I EE £ COMIM L, Ao B OHF R
KOV MEOfERZ B & U2 BRRRBRIE NS A S 2 H - 5 2JEf] 2 x5 & U7 SR E % A
2 &0 BGEIR e AR SR 21T O 2 &
TavxXMHUA IR T — ﬁ%é+\&ﬁ&&@%%%ﬁ%é@%ﬁ\$&®%%ﬁ%ﬁ
R OEEESEOMHE TCEELEET, Tava BB YA ba 7 0 —OIBRICR D IR
il 23 o T BN T TRhRE. NSRRI ONT THIER OHE UM 7k %0
SFLCARMRAE WD X5, B & OW I X0 MERL S V- i Ef Rt oo B mss, w7 s
o 3 B R
AR AR X A SO SO BN X 5 WO SR ORMRIZRE T 215 (FR 15 FIEEEE
97 5) NTEAD SR SN —FRME AR 28T L TR Z WD K9 | 2O B M,
VEREEE#T D &

DN
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CENSESiY

1

BTV

il -t
[ 8 — % ]
W& & i H AGE
AAV adeno-associated virus 7T ) RELET A LA
ABD actin binding domain TIFUREE RAAL
ADV adenovirus T ) A IV A
ADL activities of daily living H & AR ENE
ALT alanine aminotransferase TI=UT X)) NTUART 2T —F
AST aspartate aminotransferase TANRTX VBT I ) N T AT 2T
—F¥
BAV bovine adenovirus TUTT ) TA A
BK polyomavirus BKV AU F—~17 A LA BKV
BMD Becker’s muscular dystrophy Ny —HFFTA a7 —
BPV bovine parvovirus 7N VIR A VA
BRSV bovine respiratory syncytial virus 7Y RS U A LA

bluetongue virus

TIN—H T T A VA

BT fifu R LN

BUN blood urea nitrogen REBER

BVD bovine viral diarrhea virus A VAT R A LA

B19 parvovirus B19 b hLAR T A LA B19

"Ics B it serum B R}

Cl confidence interval EHEXH

CK creatine kinase IVTTF xS —F

CMvV human cytomegalovirus E A FAHT T AR

COVID-19 coronavirus disease HE MR SER e T A LR 2
IZ K D YYE

CQA critical quality attribute B R

CTCAE common terminology criteria for adverse | f5 %55 5% 5t i B UE

events

DAPC dystrophin-associated protein complex VA bu 74 SEES R EEAR

ddPCR droplet digital polymerase chain reaction Ke w7 Ly k7Y% PCR

DMD duchenne muscular dystrophy T oo XBFUA a7 4 —

DNA deoxyribonucleic acid F A X REGRE

EBV Epstein-Barr virus TTAEA L N—)L TAJLA

ECLIA electrochemiluminescence immunoassay ELRALFIEO S E R EE

ELISA enzyme-linked immunosorbent assay I BTG O e e 1

ELISpot enzyme-linked immunosorbent spot ERGEEEARN Y

EMC encephalomyocarditis virus N A

FAS Full Analysis Set 5 K D FFAT R AL ]

FBS fetal bovine serum 7 VR

gDNA genomic DNA 77 2 DNA

GFP Green Fluorescent Protein FREad 2 s g

GLDH glutamine dehydrogenase TE X FEK R SR

HAV hepatitis A virus AT 7 A )L A

HBV hepatitis B virus B HUTR D A LA

HCP host cell protein CESRIEE P AV

HCT-8 #H human colon tumor cells —

TR A AR A A

Rty




(fEIERBR)R)

PHEV

HCV hepatitis C virus CHIFFR T A VLA

HEK?293 #fi i human embryonic kidney 293 bk RS VR R A F Sk 293

HHV human herpes virus B R~ RRAT ALV A

HIV human immunodeficiency virus b MMOERET A LA

HLT High-Level Terms EL R

HPV human papillomavirus E R r—<7 A LA

HSV herpes simplex virus AL~ AT A )L A

HTLV human T-cell leukemia virus b b T M A o A LA

IBR infectious bovine rhinotracheitis virus ARG BRI R T A VA

IFN-y interferon-gamma B =Tz~

ITR inverted terminal repeat RN AR A

ITT intention-to-treat —

JC polyomavirus JCV R A—<AI)LAICV

LIVCA limit-of-in-vitro-cell-age in vitro Alfa ks O EIR

LLOQ lower limit of quantification EE TR

MCB master cell bank A= T

MCHC mean corpuscular hemoglonin concentration W FRMERA~NTE 7 u v

MCK muscle creatine kinase wmovT7TF o —F

MedDRA Medical Dictionary for Regulatory Activities | ICH [E B3 1= $& 25

MHC myosin heavy chain AU EH

MHCK7 a-myosin heave-chain creatine kinase 7 oAV UVEEHIILTF U —ET

mIiTT modified intention-to-treat —

MRC-5 #fifa — b B A A

MRI Magnetic Resonance Imaging KRR SN iy

mRNA messenger ribonucleic acid A vt % —RNA

MVM minute virus of mice <~ U AN A VA

NCH Nationwide Children’s Hospital —

NCI CTCAE National Cancer Institute ~ common | K[EEDS AT A EE S
terminology criteria for adverse events H 3 R UE

NSAA North Star Ambulatory Assessment J— A AR —HATEHM

ORF open reading frame =T N —=F 4 T T L— A

PAV porcine adenovirus TETT ) IA A

PBMC peripheral blood mononuclear cell ERGCHIREN AR

PCR polymerase chain reaction AU AT —BHE{ s

| ] |

porcine hemagglutinating encephalitis virus

1 BREEEEMER A 7 1 L X

PI-3 parainfluenza-3 NIV TNV T A A3

PPV porcine parvovirus TR INIVIRT A LA

PRRSV porcine reproductive and respiratory syndrome | 7' & 5l - FEIG S SESEERE T A L A
virus

PRV pseudorabies virus IRPEFERIA D A L A

PT preferred term FEARGE

gPCR quantitative polymerase chain reaction & fHY PCR

Reo reo virus VAT A LA

Sarepta £t Sarepta Therapeutics, Inc. —

SDS-PAGE sodium dodecyl sulfate-polyacrylamide gel RFAREE T Y O LARY 727 UL
electrophoresis 72 R IVESIKE

SMQ standardised MedDRA queries MedDRA FEVERE 3R

socC system organ class AELIPNGE

SVv40 simian virus 40 ITUUA VA A0

TR A AR A A
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(fEIERBR)R)

TES target enrichment sequensing —

TGEV transmissible gastroenteritis virus Y B GR 7 A VA

ULN upper limit normal FAEfE ER

Vero i 77U A2 R YUV bR

WCB working cell bank U= 7NN T

XMuLV xenotropic murine leukemia virus BFRFR AV~ 7 A [ LR v A L A B
7 A LA

101 7B — SRP-9001-101 7

102 iR — SRP-9001-102 7

103 7R SRP-9001-103 &k

104 7 BR SRP-9001-104 &5k

105 B — SRP-9001-105 7t

301 iABR — SRP-9001-301 7{fx

303 kR — SRP-9001-303 7R

305 7B SRP-9001-305 &R

401 B SRP-9001-401 &5k

HAE MSTATBOEN S R AR O s

KRS R IR e AR RS

N T LBV S

T LB YR SR AU S A

e






