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W, A% 2 W ARMOBEICITY AT T AL L TO015makg &, EH% 2 B AL 2 RO BE
XV AV T T HELT—02mglkg Z, 1 H 1RIEHICRAOKST S,

L 2R EOBEITITY AV T T AL LTHAE 20 kg Kiifi Tl 0.25 mg/kg %z, A 20kg LA LT
5mg #, 1 H1FHERZICEAESGT 5,
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AEIC BT 5 R OB IZ351T DA DMIME ..o 3
FHERGARFEERRABR Z B9 2 BB S OB I35 1T DB DB oo 3
R A B RERAER (2 B3 5 BB R ORI (C 35 1T D B AL DHEMS ..o, 3
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1. BRI ROBER ONEICRIT 2 ERRICET 28645

FHEER ZHEE (SMA) X, SMNL {57 O KB SUIMHETR R 2 FH R T 2 EREIC L 5T, SMN &~
PRI DRZ R OZINATRET 2 FBERTA IR 2 iEE) = = — 1 o OBVENAE U, WU & OMRE 0 REE )
DFEHE &AL U D HYAREBIE R GEIR B TH D, SMA OJFRIE, FIEFR K O EDICER L& b5
B~ A VA R =0 X0 BBEHICRIET 2 0 Bl L | HARICRIET S 1 ~IVELZES L, W
AN XD BFEOFRBIIRE S B0, MAERICRIET 2HMO S b I RINRLEETHY . VERED
BE & X5 (Neuromuscul Disord 2015; 25: 593-602)

SMN # > /37 % a— K345k b SMN #11%. SMNL &#(s1 & ZDOEMEEL T TH D SMN2 Eis1-
ThH D0, SMN2 BIZ 10 HHRE S 415 mRNA BIEMAD KE 7%, IR A T T4 7=y Y
VT BPEBRE 072 SMN2 AT mRNA & 720 RETET: SMNAT & L3 ~LFIRR S5, AR O #L-
AREZRMR S LA TH D . SMN2 mRNA HIBEIAEN D, 5842 K SMN2 MRNA ~D 275 A L2 7 %Rtk
L. HEHEME SMN & o X7 NS ® 5 Z & T, SMA IZxF L CRIREZRTZ ENHIFRF ST 5,

KRBT D SMA OBWHHEAET 2024 4 4 HICdGET S, B FREICIVIESTHIEND S
DA EHEHT, SMA ELTRBiEND Z & Erol-, AANL, AFRIZEBNT 2021 4 6 A2 [FHEME
ZEREIE | DRNHE « DR CRUEIRFAGR A UG L7722, Lo BB H 2 ZE L CRiiank I#
BEME RS ZEMEIE ORZ W E O SETITHE O ZhRESUTRNRF DO BRI HWT (55 4£ 10 A 30 HATT, &=
FEIEEHE 1030 5 6 75, RIS 1030 55 2 75, EFLIE 1030 55 1 75) | ITES &, 2024 42 4 A1)
HE - VRS TR EE (BB TRECLVBER TSNS b OERL) | AT I,

A%, HEEEIL, B RIS LV SMNL B s+ O R ITE BRIz lHEIR BB RT O A%
6 I F TD SMA B A k5 & LT SRR IR O g 2D & | BARIEIRFEBLATO SMA BFE T34
2R O RPN DN A% 2 1 B RSO BRE KT 2 AR O M - ARAHERIN- & L, SR
eI — A W AGRRGE A T o 72, 7eds, ARFNL THREMEMZEMIE] % T8 S LD 2E TR &
LT, Wpk 31 4F 3 H 25 HAHT TR HERE IR E STV D (FEEFES : (313K) 5433 5) .

2024 4 7 ABILE, AANT. SMA O TR E KON A 5T 100 LA O E TR CAR SN TEH
0| A% 2 B A RO SMA TR L TKETIX 2022 45 5 A2, BRI TIX 2023 4 8 AITEAREN TV D,

2. SWEICET BRI ROEEICRIT 5B E O
ARHGEIIHELOHHEIZHZRI LOTHY ., [WEICET &R 1TRE STV,

3. FEERIEHRBRICET 2 BRI R OIS T 2 FEEOHNE

ARHFETHREL A EIRD O TH LM, AANL THHEIERHZERE (Bin FRAIC X 0 REDN
TFHEND L OERS) | ORhEE - R THEREINTEY . SMA OEFRIEROFEBLOFTIZ L 5T, [F
ROFHIERZ L 2R A2 RT B2 6N b, BERREHERBRICET 28R I IhT
YN

4. FERREHBIERBRICE T 2 EE R OIS T 2 FE OB
ARHFEIHDELOCHHEIHR DL OO TH LM, HERAEYEREAEBRITHR 5 G B 13AIRAGERFIC

2) WIEHOZWIHEETIE, BEFREICBNT, LFOWTIA %D 554, Probable D7 T ) —L LTRBi&N5,
(1) SMN1 EET22 7L e bRk (0 28 —%)
(2) SMN1 {5723 1 2 B =23 2J & Il &b SMNL s 142 R
(3) SMNL BT DM 7 LT, JHAY & HIlr S5 SMNL 15 1248 5
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Al T D & S, BT eI S Tuneuy,

5. BURBRIZET 2B R UEEICRIT 5FEOBR
ARHFETHDELOCHHEICHRLLOTH Y, FEERBRICBET 286 133 STy,

6. HEYERFABRKOBEET 5ok, BRARKEREICE I 28R NTHEIBIZIS 1T 5 BE O
6.1 AMEHFFERBRKR OBEET 5 o0E

(ARSI BT 5 BB (R S ATV R0, AHIEECHRI S 7 BRPRAIRIC 1T 2 e
AIRPLIE T GIIEKERE & R OBlERE (LC-MSIMS (E&TFIR : 0.25 ng/mL) ) % F\WCHllE S,

6.2 HERIKEABR
6.2.1 #ESME OAARER (CTD 5.3.5.2-1: BN40703 3Bk <2019 4F 8 A ~#kfi (202342 A 20 HF —#
By bAET7>)

BARFAINC SMA L W SNV BERIEIR BRI O£ % 6 M E T (WEi 58 Of3E CEYEHRETM
Btk ;26 ) ExigE L, AFIZEG Lz & & OmEhAREKRES B Sz,

Ak - AR, SRBRBMARS CARRBR O G L 70 5 2 7 AR O B BT 5 RO Y BRI IMHT
ENTWARProfeld, BRMEEEE L CHEWET A & L, BPICREEI L 3 BHEAHA
0.04 mgkg # 1 H LRI 52 & & Siv, DIBOHEBRE X, ROIBERS T 3610 PK 57— Z %
FaDE | W AUCo.aanss 2350 2000 ng-h/imL & 702 L9 HEZMET HZ & L, fERE LT, &4
(B GR S Tz 3B 5% 14 H H @ AUCo2an (504, 657, 664 ng-h/mL) 12D X | DIRRICEGRI Lz
BRI 02mglkg 2595 2 & LS, 7o, RONSEE STz 3FILSMC, 1 #1P1% 0.04 mg/kg.
2 5191 0.08 mg/kg CTHG-ZBAMG L7, PK 7T —# | ZRMEFEIZHESEZ 02 mgkg IZHE LTz, £7-, 2
R EE LTS T, BEAGERHETH S 0.25 mg/kg [ZHE R LT,

AF 0.2 mglkg THEH-% BRAG L7z 20 Bl OF 544 28 HIZE T D MAEH AR KO PPK €7 /L (6.2.2
S D S BWRE OEWENHE T A —Z OFHRHEEMEE VTR L 72 AUCoun OHEEEITE 1
DEBY ThoT,

# 1 0.2mglkg THEE & BHsa L7z 20 BlOAFE G54 28 A HICH1T 2 M PASRE (CRIIE) KO AUCo.m (HEE(E)

A A (ng/mL) PPK &7 /L2 HE-S<
o » » 2an DHETE A
B B o | RG%ANEE | 5 e Ao i
86.6 + 39.7 151.0+54.0 146.9 £43.9 141.7 £ 484 2740 + 688

20 (5> )i = A i 2

F72. 2EA SMN2 mRNA K OML#E T SMN # L 37 BEEIZER 2 DL B TH-oT-,

3) TNFETITELG SN WA Lk (Wl B Tholzlz, BeME2EE L 0.04 mgkg Z#5. 3,
4) 1 FNTERFE CICEG SN EBRE Lo (Il P CThorzew. b o 1HIEEERE TS 0 REICH 2 DN R
Tholieh, TNENLREMEZBE L 0.08 mgky &5 Ihiz,
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# 2 02mglkg THEE & BHsE L7 BRE IS 1T 2 & HER S TORRM SMN2 mRNA JREE & O SMN & >3 7 i g

s SMN2 itz T = B — K] -
B R oo T TS —IE AHE D
1HH 0.86 [0.27, 0.95] 0.85[0.16, 1.27] 1.04, 1.64 0.87 [0.16, 1.64]
58 ©) (10) @) 17
56 A H 1.00[0.72, 1.35] 1.33[0.84, 2.28] 2.00 [1.69, 2.95] 1.34[0.72, 2.95]
AR SMN2 mRNA B 5-1% 2 W) (4) (10) (3) (17)
(ng/mL) 196 H H 1.01[0.75, 1.24] 1.05 [0.47, 1.47] 1.54 [1.08, 1.55] 1.08 [0.47, 1.55]
£ 581 (6) (10) ®) (19)
364 HH 0.84[0.42, 1.14] 1.01[0.45, 1.79] 1.33[1.15, 1.41] 1.01[0.42, 1.79]
£ 581 ©) (11) ®) (19)
1AA 2.18[1.13, 3.08] 5.69 [4.50, 10.92] 6.85, 8.14 5.28 [1.13, 10.92]
580 ) (10) @) (15)
56 H H 5.12, 9.96 10.21[4.97, 17.13] 15.38, 17.46 10.21 [4.97, 17.46]
Mg SMN & 37 i pE | 1% 2 FEH 2 (11) (2) (15)
(ng/mL) 196 A A 3.73[2.47, 6.35] 9.75[2.20, 16.52] 15.48 [11.28, 17.22] 8.05 [2.20, 17.22]
58 ©) ©) G (18)
364 HH 6.35 [1.65, 7.84] 9.32[4.21, 13.05] 14.78 [10.60, 17.22] 8.69 [1.65, 17.22]
£ 581 ©) (10) ®) (18)
POLE [(REPE] (B
2 LR B RME 2 79,
6.2.2 PPKET /L
% 1 FERER 2 3R (BP29840 ik, BP41361 #ll) . Z5 IMMAHFAER (BP39054 #lR) | 5 I/IIFHFER 2

R (BP39055 7R, BP39056 #kliR) . #5 M AHFAER (BN40703 3kER) 7> 515 6 av7z M h R
T4 (BEFERESRE 61 B O SMA FBF 490 5, #t 13030 JI/E R) & MV 7= PPK fRHT 23 520 S iz, fix
BET VL, 3 R0y ha =AY MRUINET VEELHIE 2 23— F A MET /L CRLIR
Entz, AR L LT, BRIC L » TELT 2 IREOZ %A CLIF, Q/IF, Vo/F XU VplF IZ%f LT, SMA
PRBOAMEZ CLIF 2% L THAAINTZ, AT, K] & & HICB(bT 2HME O FRIZ DN T, HARIC
B DRANCKTT 2 CLIF ORRAEEZ BB LT-> 7 A RET /U Z REBIE & LT CLFIZHA AR
72, BN40703 3Bk T LN MEFARIKRE T —» (621 ) (CHEO%x, Fik&kETVEAWTE
HESNTEYERENRT A= TR 1IDOLEEBY ThHhoTz,

6.2.3 PPK fi##T (CTD5.3.3.5-1)
BN40703 &5k 26 517> 545 & 4172 553 0D MAE FASKIREE T — &7 2 AV T PPK il 23 s S sv 7z (i
HY 7 k7 =7 : NONMEM version7.4) ,
Atk 2 B ARG O BE AR 0.15 mglkg X% 0.20mg/kg 1 B 1[EH#H G L7z SE LTz & & OAKD
HEYENRE T A —4% (HEEE) 3£ 3DEEBY THY, HEEHE - A& (0.15mg/kg) (281 % AUCon
OHEEAE L, 9 2000 ng-h/mL T - 7=,

3 HAEROFEDIKYEIE T A—F DI a2 L—a VFER

$eh1% 14 B (26 i) $eh51% 28 H (18 451)
Fil (H) 38 [29, 55] 51 [44, 60]
AUCo.2an Crnax AUCq.4n Cinax
(ng-h/mL) (ng/mL) (ng-h/mL) (ng/mL)
0.15 mg/kg 2020 [1420, 2710] 111 [86.4, 144] 2160 [1520, 2970] 117 [89.5, 148]
0.2 mg/kg 2700 [1890, 3620] 148 [116, 193] 2870 [2030, 3970] 155 [119, 197]

Al ol R/ ME, SR fiE]
PK /3T X —% : SEHHE [5 3—& v & A U, 95 73—k > & A L]

a) #4528 H BRI CAR 2 VA 2B A TWIZBEITERICEZ D Ty,

F7o. A% 2 W AR OBE IR LT, 0.15 mg/kg TG ZBMG L 2 F Al 5T 0.20 mglkg (28
BTG E RO 58066 020 mglkg & L7856 OARIEDO I EhE T A —4% (HEEE) 3R 4 O



ERVTHY, 0.15mglkg TG ZBIMA L 2 4 A EREE AT 0.20 mg/kg (28] 0 % 7354 0 AUCo.0an DHE
TEAEIEA 2000 ng-h/mL T - 7=,

£ 4 HEROREDOIEYEIE T A —F D Ia L —Ta ViER

AL IA~2 A (43 41) 2 A2 IA~3 A (2741 P
Fim (H) 50 [35, 60] 78 [61, 89]
AUCO-24h cmax AUCO-ZAh Cmax
(ng-h/mL) (ng/mL) (ng-h/mL) (ng/mL)
0.15 mg/kg” 2090 [1400, 2810] 114 [86.2, 148] 2350 [1740 3060] 132 [111, 165]
0.2 mg/kg 2780 [1870, 3740] 151 [115, 197] 2600 [1850, 3490] 144 [118, 180]

il - g E DR/ME, ok fE]

PK /T A—5  SERfE [5 /3 —k & A )V, 95 /3—F o & A L]

a) &5 14 BHLAEOERID AUCem DHEEE 25 D7z, KA T 2V — TR ATRE RS & 1 A —BF 0fEK
DHEEN I Z DT,

b) 4% 2 77 H £ Tix 0.15 mglkg., ZHLARRIZ 0.2 mg/kg & 5- % (E L 7=,

6.R KBTI BEEDOH
AANIOHFEREE « HEIX PPK fiffT (6.2.3 2R) ICESEHMETENTEBY ., 7.RE6 HTHHFT 5,

7. EREREE MR OCBRROZ 2B T 2 8RN NS IS 1T 2 B E OB
B M OBV 25 HE R LT, 22 5 IR TEREIERBHATO SMA BE 24 L L1k
S FERBR (CTD 5.3.5.2-1: BN40703 #t52%) DO pE MR <7,

K5 AR ORZEMIET 2 BRRRO —&

T e T R o I . Feb. o %
5oy | || cmo | Al % ik - ROEHE S
— B

N - HAEIRFE R (AUCq24s : 2000 ng-h/mL) o
= | e BN40703 BRFHZ SMA L2l s iR R A _9 e
o g | | BNAOTOS | g (HEVEILE SMA B BITET R 2 LI 5105 50 SR L g
- 55

7.1 ERRIERRBRID SMA BE 2R L Lo MHHRBR (CTD 5.3.5.2-1: BN40703 3Bk <2019 4=

8 A~ (20234E2H 20 BT —FH v bA79) >)

EARSFHIIZ SMA L 20 S - BRREIR TS AT O A% 6 B £ T (WG DOAE AL SMA &
#F (BEEFIEL - 25 BI)) ZxIGUc, ARIOFME, Zett, Bk O N %42+ 5 2 % H
Hy & Uiz FEE MIER BRSNS 7 O FE ST HIE® © 5l S 7z CGRMENRE &K O )22 D) T 6.2.1
HZH)

ARRBRIL, A7V —= 7 W, 5 24 7 A) | IEEHRMkER S IR (36 7 ALLLE) K ONEHE
TEE TR SN, T—F B v A TS (2023 4E2 ) 1T D KHERE OIRBREE O£ 5 R o
HufE (FEPH) 12204 0 AT (10.6~419 7 AfH) Thots,

Bk STz 26 fil2f175 intent-to-treat (ITT) K OV RVEMAT G EEM & S, B AR ¢.859G>C %
fEH72 SMN2 a4 2 a B —fA L, »OX—RAT A VI OBEAMIEEEN (CMAP) ElE
1.5mV LL oD 5 B3 A DEMNT G LM & Sz, FIpNE3FITH Y . BRIV S [RERE

5) HAZIBER S NI BRE D 12 W AR OFE5ET H
6) BB FREICL Y SMNL IR TIZOWT, REEAEDORENIFET 5 UKL N TR INIEAE~T r AR TH D 2 L 23
RBENTWD 5 FLAAKER (5q) IERAH D F Yt fEIED SMA
7) UTO&ME —S>THER LSS, REOREERETTHI L ENE, BB, OOFMEIC >V TIBRESENRNETH S 2
EmbEBugticiEms i QoA 1 A BB HSED
O FHEAEMITERICEZ LT 2 BEN S FILLE, o7 & HRBRART 25 UL EARERIND
@ FHAEMATERICEZE Y 3 2 95 23 10 BILL BB gk S D
8) A—A LT VT, NAX— FIVN R—F K, o7, BEKRUKE



ThHoT,

L - A&, BRI CRRBROX G L 72 5 2 1 A KO BE 21T 5 ARIEO KB HE I It
SNTWERroTeled, ZaMaeERE L THEMET YA & L, RPICBRES L 3 FlITAHA
0.04 mgkg # 1 H L [RIEEHT 52 & &St DIBEOHEBRE X, RPIBEERI T 3610 PK 7 —Z %
FaDE | P AUComnss 2349 2000ng-h/mL & 725 X 5 HEZFIREST 52 & L v, IRBREEDO G 51k
E RO, BREEEIHEETF 2T noRETHZ L L a7, MRE LT, BRNSBERS T 3 4
7 AUCozan (504, 657, 664 ng-h/mL) (ZH:S& | DIRRICR G S 7oA 13 0.2 molkg 24595 2 &
EINTe, B, EANIEER I 3HILISMT, 141 91% 0.04 mg/kg, 2 f3] V1% 0.08 mg/kg TG A B4k
L7z, PK T —4% LM% 02 mokg (& L7z, F72, 200 LR C, BEAGRH &
TH 5 0.25mglkg [ZHEE LT,

FEFHIE A (X, T&5 12 W HRICSZ 2 LT h MR 2 ki CE 2 BE OEIE]  (BSID-MIHK
HEEN R — N OODIEE 22 TRl L, XA 72 LT 5 MR ZHERF CE /o LER) & Sivle (Bayley
scales of infant and toddler development: Bayley-1IIl. Hartcourt Assessment; 2006: 9-30, 145-71) .

FEAIIEMITHREMIZIB T %5 12 DAKRICK 272 LT 5 BB A2k TEEHEORE

[90%CI*9] |3 80.0 [34.3, 99.0] % (4/5%) T V. 90%CI O T FRMEITFRTCHE L7 HEUEE (5%)
Z kAl 7z,

T—RHy NATRERE TOEEFLIT 92.3% (24/26 B) 1Z5® HiL, 3FILLEICRD b AES

ZIIRE6DEBY THoTz,

£6 AEFEG (REVHITHRER)

SMN2 S8 151 = B — %01
2 ap— 3ar— 4 av—LE éﬁf@;ﬁ
(8 1) (13 #) (5 ) (26
TRTOFEHRESL 8 (100) 12 (92.3) 4 (80.0) 24 (92.3)
HBELREEFS 3(37.5) 0 1(20.0) 4 (15.4)
BT IRICE - E RS 0 0 0 0
T 0 0 0 0
EWERE T 3 HILL IR b A EHS
Al 2 (25.0) 6 (46.2) 2 (40.0) 10 (38.5)
COVID-19 2 (25.0) 7(53.8) 0 9 (34.6)
BIER 2 (25.0) 2 (15.4) 3 (60.0) 7 (26.9)
FEEN 1 (12.5) 4(30.8) 2 (40.0) 7 (26.9)
{5 R0 2 (25.0) 3(23.1) 1 (20.0) 6 (23.1)
T 0 4 (30.8) 2 (40.0) 6 (23.1)
15 1(12.5) 4 (30.8) 1(20.0) 6 (23.1)
P 1(12.5) 3(23.1) 1(20.0) 5 (19.2)
- MASE S 1(12.5) 3(23.1) 1(20.0) 5 (19.2)
LN 1(12.5) 2 (15.4) 2 (40.0) 5(19.2)
M - 1(12.5) 2 (15.4) 2 (40.0) 5 (19.2)
7 A PV APES B R 2 (25.0) 2 (15.4) 0 4 (15.4)
B A B - 0 3(23.1) 0 3 (11.5)
FERgE 0 2 (15.4) 1(20.0) 3 (11.5)
MK 0 2 (15.4) 1 (20.0) 3(11.5)
K% 1 (12.5) 2 (15.4) 0 3(11.5)

FEGIEL GEBEIE (%) )

RO EF I E > T HEFRII o7, EERAEFRIL 15.4% (426 #1) 258D 511, SMN2

9) BSID-IMHLRTES A &7 — L OF ML, RN D 2 A OMSE U3-ME A HE L, EEMT RGO EN A S h

10) BN40703 #4523 TE H > {Z#EX 1% Clopper-Pearson {512 L 0 H i &7z,

11) RIBED | B SMA BHE T 2 70 L TN ZRFTE RV I EHE ST b (Neuromuscul Disord 2016; 26: 754-9 %) = & %[ &
ATHRESNEZ FM3ESA R AT (2T VAT FIA4vuy 7 60mg) HEEREESH)



BIAT 2 a©—OuERE ¢ 34 CorENE, # - BIEk, KEREEPT - G 555 1 1) . SMN2
BaT 4 20—l FROYHRE T 16 (BEk - REERL) ([ZROLNTEH0D, WTINbIRRIEE D
R BRI E ST,

INA B VYA v (I, FEWRE . RIR. IRFEE) 122\ T, BRRAICHIE & 72 A 88N o
776

7R HBEBICR T B BE OB
7TR1 BT —# o —Tiz2nT

S E L. MM ITAEERER (BN40703 #kBR) 1ZHS & AANDFAMZ1T 5 Z & DS MEIC>W T, BT
DL HITFA LT,

BN40703 FRERIZAA D BT 25 Z & A MRFH L7722, RSB HHAERA 7 U —=271% 2020
FHIVEEREL LT HOABRKOATEBINTEY, HFAERAZ UV —=0 7 %@ U CRIBIER
MEClRIE L7 FBHNXEN TIIMmD TREM Th o722 &, T2, ALK TH - 218551 SMA &
W S T B ARE IR R BT OB 6 3 £ TOBE I T e < o D BB ER ATRE A IR 2SR 12
N & KONSMN2 SBIE % 2 2 B —FH 9 5 B IMAIS) COIREEIS & 72 5 AR BN D &b,
[E N CTOREBI OREIZIET ICREETH - 7=,

U E TIZEM SN BRRRBRIC BV T, AR IR ENRE &K O ) I TR RAIC - & 72 5 X 5 72[H
WA ZEITRB ST, BIER O SMA B 2 xt5 L U7 EEEHLRS T/IAERER (BP39055 #ERM jx OF
BP39056 #ti!®) Tid, AL OFERS AARNICRIT 2 H00MEZ I 5 2 LI K& RRIEIZ 2V
&N, BRANFFEOZENE EOBREITRE I N ol (BF3HES AR A =7 VX5 4 KZ
A vay760mgl HFEREE)

EWN SN BT D SMA OBEFIECHEIC K X 727281370 <. BIs PRI X 2 BRI T8 BT
D SMA BBEDOZWFIE LRI U Th 5, A% 2 71 A KD SMA OFJED Tl 415 SMNL EsF DR K
BB AT 5 BE KT D ENI TORBEN AN T, ATk, HAERAZ V—=7"TSMA
LW ST SMN2 BIn % 1~4 a v —fF T 28H 1T, RN RER =2 —n  ORENEL L E
TRHHOZ &L, WL AIREZR IR D IR 5 2 EAHELRE X T\ % (3 Neuromuscul Dis 2018; 5:
145-58. J Neuromuscul Dis 2020; 7: 97-100) , AFUZEBWTH ., BIERTOTEE L SMN2 Bl /1N 3 a v —
UTOBETIE MR LEnTBY, 4a = EOBHEICHLTH TEhRi BEE2GETHHOT
) | EERTWD (AR~ ARAYZ V—=0 7 %18 L Tl SN BB Z50E O R D 1RIR
ET7Fn—7 v 7O 202346 H 16 HkGET) AA/NRARR Y2 /M8 - e EERICET 2 R8BS
BEVERENIE~Y AR ) == J U =% T T L—"TF) |

LAl XD BN40703 FRER AR IZHD & BRAERFEBLATO SMA B T3 2 ARHN DA 20k o OV a4
RS 2 S iEAREE B 2 D,

12) EH& PCRICE WHIE L7272, SMN2 Ein 1D 2 ©—H3 09 5 EMARENME T L, 2 ¥ —% 5 L EORER I AHETDH
572, T4ae—pk) &E#EL 05,

13) A TIEL. BN G T 28BN TH L X2t T b U 7 AN THRFTRIZRE L TO ARV SEEFRAEIC XL D RER TSNS
SMA | ZZIHESTNR & LT 2022 4F 3 AIZAR I N, kNG T28AICH 27T /=0 VBT MU o 2okFndn [HE1T
PEFBEVERD Z00E & OV OFRIRIR ) 29EXIINR & LT, WAEERERL TH Y #IRNE 5T 28K Cchr AL ) Fv T
SUOLRRT BN THEREETZEME 72720, BT AAVI FURBEMOBE TR | Z3hEe. IR UIEREE LUK STV,

14) 2 L LI R O SMA B3 2 3810, RFIORME, RS2 U -l

15) 1~7 77 A i O SMA Z XI5, REIOGINE, ZaM% 2/ U7 BRRR



BRI, SMA (38O TRV REBTH Y . A TIE SMA OFAERRA S Y —= v FREEHK—ICE
S TWRNT E%E2 B E 2 5 & BN40703 FBRIC H AR AR Zf LA AN BN o T2 2 L 13ete
BRI ol b B X D, Fo. ARENIORNREME K OFMANED RFREER O 22 H SM%E OFFIZEE L T
REREELE RIITAREHIIRN B2 N 2 EbikEx (BM34ES A 12 Aff) (=70 25 ¢
K74y 7 60mg) FAERLEE) . BNA0703 SRERICHE S & | RANOFHNZITH Z L13% 4 &2 5,

7.R2 AZMEIZONT

HEEEIL. LT XL 9B LT,

BN40703 5% 13 SMNL {5 F DR EHEEGMER K Z AT 2 UIHRBIE AN PR EN I EE~T 281K
Thb I ENHERENTWAHEHRIEIREHATDO SMA BEZ ISR E Lz, 2055, FEEA BT
SAEMIT, DSMN2 {545 ¢.859G>C # A T 5 BF L N A K OMA D SMA [BE TL < #E ST
% Z & (Neuromuscul Disord 2018; 28: 208-15) . @SMN2 E{n1 % 1 2 ¥ — X% 2 2 & —F 7 S WRIER
FHFTOFLIED T SMA ZFIET 5 AlREMES Z I E4 99%, 97% L HEE =72 & (Am J Hum Genet
2002; 70: 358-68) . @R E#ifED CMAP 4EIEAY 1.5 mV LL T OESAEFZAAT RIL, BEHIC SMA L2
Wr S TIERBBLRTOFAERICB T 2 RBRIELZE T HRELZZ N TWSH Z & (Front Neurol
2019;10:898) 5, [HEfn A H ¢.859G>C Z {72\ SMN2 a4 2 a B —F L, N—RA T A Vi
RO RUB AR K 5 CMAP RG2S 1.5 mV B L) O#RE & Uiz, BB RER IC 1T
% FEFHMIE X, RIGHEO 18 SMA BF Tl 278 L COEMNORFHCET 2B~ A LA h—2
S TE 20 E OIS (Neuromuscul Disord 2016; 26: 754-9) &5 E z. 5 12 W AKIC K2/ LT
5 PRI 2 REFCEZBEFEDEIL] L LT,

BN40703 FRERICISN T, EEAGMEMN R REMICH T 5 FEFMEER THh o5 12 h A%ICK X
72 LC 5 MR 2 RFr CE 7B OFIG [90%CI] 1% 80.0 [34.3,99.0] % (4/5f1) Td v, 90%Cl D
TERME IR RUE LI el (5%) & BRlo7o, FERMEEE ZZk Las -7 L%, &5 1270
HABITERANCER SNVERRIER 2 9 SMA Z3IES L 72JEf| T -7, 703, BN40703 FAERIZH W
THG 12 1 A2 SMA % F5E L 7R E 1Y IEBI OB Th o 72,

ITT £ % KIS U TR SNZRIRGEMIEE & Uik, iR E~ A VA b— 2 25 T 57201
BSID- MUK KIEH) A &7 —/L K TN HINE-21073 | SEEIWERE 2 532 72> D REE & LT CHOP-INTEND % =
TWRHWONTZ, T—% 7y A TR E TOER~ A LA b — 2 R ONEBEEE O G H I B 085
A0 OREMMIZa e —82 0MFETIT1099 H, a2 —H3DMBHETIT 1274 H, a2 —K 4 Lo
BETIZ127T1 HTh - 12,

BSID-IMTHLKIEE) A 77— /L K TN HINE-2 OFERITIR 7T DL BY THoT-, #5 12 1 A#IZ BSID-I O
HE 22 TRl L7232 72 LT 5 MMM A RFF CE - BE T2 26 P 25 I THY, TDHH, 14

16) #4512 B A %ZIZBIT D2ERIERZ 5 SMA OFRIEIL, L FOEED D7 &b —DIl#E S TG L ER L
D HINE-2 } T 2 44 OMNT. L 7= FF Gt OHEIC L 5 BSID-N A GESE) R 77— LV OIEE 22 12H5&, #5 12 W A%icKx e L
THED Z EMTE R,
@ T CRE LIAFKEN 3 N— U FANVUT ERDUIN—RATA B L TEBER =B XA NVT A D 2 DL Lo
DIx 53U, DO ORFHERMEIAGEE L < 1T R - W FREE . UL SMA IZBHE T 2 REMAGOTZDOHERALLES
17) FLIRITIT DR R ONET) ~ A )LV A b — 2 OFREZFHET 5 RETH Y (JPediatr 1999; 135: 153-61) | 8 DDi#Eh~ A /LA h—
(T, RO, BIMIZRD0A, Y . FiRY . T 0BV, Lo, #H<) IZO0T, i 3~5 By (0~4 s2) TAa7fkL,
HEHE (0~26 ) ZHHT 5,
18) FHREAHIR R OILILIC I T B IEERERE &2 Fli§ 2 RE T4 Y (Neuromuscul Disord 2010; 20: 155-61) , _EAY R ONF o B 3&EH), S5
Fr, FIRY | EEEOREBIN/ER) & B SN D KEBN 25T 5 16 AR5, FHEE 5 B (0~4 78) TR=T{kL.
Hit2=a7 (0~64 f) 2EHHT 5,



(SMN2 {5 = B —#3, 910 A TRE) ZIRE, 7—4 v A 7RAOREFM A IZB N TS, X
272 LT 5 RN A RFFCE - 2 e R SNz, F£72, HINE-2 DT XRTOEBICBWT, &5 12
HRAGINST =5 T NATRERE TORKIHE A CE(L L BRI bnrnot, S51T, 26 4
EHIBEEG 12 7 AR R CRATIRER 25 312 4EF Lz,

72¥5, BSID-NDHRGESE) 2 77— /L KT HINE-2 OFIHR 23T, HIEIKFRRZFEAT 5 A D FIEH O
SMA B3 & x5 & U= [EER SRS /IFIRRER (BP39056 sk S— k 2) & Hhlik L7-fE SR, SMN2 &1
D= b3, BNA0703 5RO F7 AN EH)~ A /L A b — 2 B L TR OFIG 28 i  ME
IR ST,

T AREEG% 12 A O L2 ERGHIE H Of5 5
(BN40703 38k (202342 H7 —# 1 v b4 7) | BP39056 sl S— 1~ 2 Q0194 F 11 H7—%H v b4 7) | ITT £H)

BN40703 35 .
SMN2 jitfs+ = E— % N BPS90S6 A5k
; g g PREERE =12
2=k S ISl Y (41 45l
(8 i) (13 f1)) (5 )
BERREOFE A (PoE (GEEE) ) 22.5(15,33) | 27.0(19,40) | 31.0(23,38) | 24.0(15,40) | 5.3(2.2,6.9)
FEE~ A VA h— L IEEAE
BSID-11I
gig%iz&bfsﬂ%$M%%%T%t% 7(87.5) 13 (100) 5 (100) 25(96.2) 12 (29.3)
gg;;g&m&xeo&%&m%%ﬁfgt 7(875) 9(69.2) 5 (100) 21 (80.8) 7072
HH 42 . —ATHTTEBEORS 1(12.5) 8 (61.5) 2 (40.0) 11 (42.3) 0 (0)
HINE-2?
5] OHEHE
JEo T bRy 1(12.5) 0(0) 0(0) 1(4.0) 13 (31.7)
WEAX2 B LD EINTED 0 (0) 0(0) 0(0) 0(0) 7(17.1)
HouoBHS %X #ED 0(0) 0(0) 0(0) 0(0) 8 (19.5)
ZELTHED 1 (12.5) 0 (0) 0 (0) 1 (4.0) 6 (14.6)
JE S FARIETHERITE 5 6 (75.0) 13 (100) 4 (100) 23(92.0) 4(9.8)
MY ) OHEHE
EiRY TERwn 1(12.5) 0 (0) 0 (0) 1 (4.0) 15 (36.6)
BB THEIEY TE D 1(12.5) 0(0) 0(0) 1(4.0) 13 (31.7)
JERALA S AIEMTIZEIR Y §5 2 (25.0) 0(0) 0(0) 2 (8.0) 6 (14.6)
ITEAE > SAREMZIZEIR D 372 4 (50.0) 13 (100) 4 (100) 21 (84.0) 4 (9.8)
[T VEV] DIEHA
BIEAME TEEZ BIF Bhien 2 (25.0) 0(0) 0(0) 2 (8.0) 35 (85.4)
PIEME Tt & DWW BB e D 1(12.5) 0(0) 0(0) 1 (4.0) 1(2.4)
BT Tl L L7 B8 % 1(12.5) 0 (0) 0 (0) 1 (4.0) 1(2.4)
MIBAME CTHIEZE DI TE D 1 (12.5) 0(0) 0(0) 1 (4.0 0(0)
FLAEDNTED 3(37.5) 13 (100) 4 (100) 20 (80.0) 0(0)
[s2o)] OIEH
HREE Lz 5h720n 4 (50.0) 0 (0) 0(0) 4 (16.0) 25 (61.0)
Xz 5 Esio 3 (37.5) 3(23.1) 2 (50.0) 8 (32.0) 2(4.9)
278 LTYD 1 (12.5) 10 (76.9) 2 (50.0) 13 (52.0) 0(0)
AL AT R R O R g N A AR T S
EMATHRERLZIPICAEFEL O EE | 8100 [ 13(00) | 51000 [ 26(100) | 35(85.4)

ZUBR (BE (%) )

a) BN40703 7%k : H s, BP39056 #XHk : H fin

b) BN40703 i8R D SMN2 3B fn 123 4 2 ©°—LL Lo 5 il 1 iz T, 85 12 4 H % OKERFFHICHNTER Y HINE-2 Z 3l ¢ &

Reinotzl=th, Mk 1 FlEBR = 25 BT 0T B RES FI & EIA A R,

512 57 H#1Z CHOP-INTEND A =2 7 23 40 S5 LA BIZ5E U7 B OEIA1E 92.0% (23/25 #i119) ToH -
72o CHOP-INTEND &3t A 27 DORX—RF A U, 5% 12 B HDOE, X—A 74 b OEE (F
Pl MR ZE) (X, BN40703 iRBR D SMN2 Eix 1D 2 v —HN 2 OHEETITFN LN 44.88+6.56,
53.38+11.48.8.509.70 T - 7= DIZ%F L, BP39056 &k <— b 2 Tl% 21.71+7.10, 42.13+9.25,19.95+

19) #6512 J1 B % ORKBERHIRINTHR Y FHMEC & 7e o 72 1 Fl & BRéb
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9.22 Th o7z, FEEIZ, HINE2 A5t AT T OR—RA T A4 VE, H5# 12 THOfE, X—AT A b
OEAbE CEHMEEEHERZE) 13, BN40703 B SMN2 #Eix 10 a v —5s 2 o BE TidthTh
2.13+1.46, 17.13+7.28, 15.00+7.67 =% L. BP39056 5k S— k 2 T3 0.93+1.08, 7.29+4.57, 6.34+
406 THYH, WTILORA T I TE BNA0703 FERDOHERE DT 3@ o7z,

PLEJZ D, BN40703 SBRIZ IV T, BRARIERFEBLATO SMA B T3 2 RANOF I ED R SH7z,
F 7o, BRI BLATO SMA B3 L FIEE O SMA B TIEA RO —RA T A > OEEWEREN /2 5 =
&L LSRR ORBR T A VS LR D 2 EDDBBERIEBRIINSETH D OO, BREER
FEBIATNCARKN OEE G- 21T 5 2 & THEBIEEE 2 05 T X 2HA2358 0 b, BARIERREBLE O 8 5-HiG &
B LT, K0 EWIBERIEN GO b D EE X LI,

F 72, BNA0703 FABRIC I 1T 2 EEA MMM GEM (5 41) KONTT &M (26 #1) 1281 21 5lk
FRITOEFHPEMBHTAERIL, TNENEKBKOVDEIDELBY ThoTo, SMN2 BIsT D=2 B —5DE
YRR CIE, 285N 3 T4 U LOBRETIHRBRETHY ., a—K2 0ERE L R DFERN
BEoiiz, ZORERIZ, SMN2 a1 2 B —% L SMA FAROBRICEBWT, 2 2 B—0HBHF TiX SMA
DEIFD 5 H 1 HMOEIE R b @<, SMN2 2 B —Hn% < 25122k, AL MIALOEIE AT %

b‘5 HARBEDHEND b PRI SN DHEHETH -7~ (Neuromuscul Disord 2018; 28: 208-15) , = Dt

S A ON NGNS 2 U S NN il

L/LLJ:D ERBNT S R OFHI BIEL AN D 22N D | ARAN DA BV B A KIE TR F 2 a3 2

WX B D LB 2 D08, AFNEE 2R I L 6 TEARIERFEBRTO SMA BFIZT 28000
=R é i,
#8 WKl 12 7 A%ICBT 5 EEIHMETEE OfER (BN40703 #Alk, = BRI & RAER)
S ) \ BSID-HIL __
HE 22 132272 LT 5 BRI 2R CE 1 BE)

‘ T 50.0 (1/2)

R Lt 100 (313)

WEl5-H D 25 HLLF 75.0 (3/4)

BN 25 A 100 (1/1)

N—RFA WO | 40159 LA 50.0 (1/2)

IR 40159 48 100 (3/3)
FE (%) GERUBIEFEmBEIE)

a) P fE TR

£9 BaETFHICoORL 12 7 A%ICBT 28 ANEFHMIEH O (BN40703 3R, ITT 4£H)
BSID-III HINE-2? CZ?Q'\S?E,'\{‘P
HH 22‘ x| HH zexfiifﬁbf‘ [T | AT | 40 B I L
5 PO & 30 FOfHIAENL & S REOE A EA
REFCE B TRFFCE BT - "

P Bk 90.0 (9/10) 70.0 (7/10) 50.0 (5/10) 80.0 (8/10)
ok 100 (16/16) 87.5 (14/16) 46.7 (7/15) 100 (15/15)

e 2 A — 87.5 (7/8) 87.5 (7/8) 12.5 (1/8) 75.0 (6/8)
SM:II\' thf{;% 3atr— 100 (13/13) 69.2 (9/13) 69.2 (9/13) 100 (13/13)

4 2 —pl 100 (5/5) 100 (5/5) 50.0 (2/4) 100 (4/4)
WEl#5-H D 25 HLLT 92.9 (13/14) 78.6 (11/14) 35.7 (5/14) 85.7 (12/14)
A D 25 A 100 (12/12) 83.3 (10/12) 63.6 (7/11) 100 (11/11)
R—2F A W@ | 40159 LT 92.3 (12/13) 69.2 (9/13) 58.3 (7/12) 83.3 (10/12)
{RED 40159 & 100 (13/13) 92.3 (12/13) 38.5 (5/13) 100 (13/13)

FE (%) GBI FHEEIED

a) BN40703 FBR D SMN2 s 778 4 = & —LL Lo 5 B 1 BT, #5612 7 A% O KBTIV TR Y HINE-2 2 3¢ & 72
1 Bl%& Bru Nz 25 Bl DSR2 T,

Mmoflh, Mk

b) HRAE T
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BREIL, LT X2IcEZ2S,

BN40703 #ER0 T E A hMEMEAT R GE M IC 1T 5, FEFHMIEE CThH &G 12 W AHKIZ X LT
5 RO 2 (R FFCE 72 BFE OEIA [90%CI] 13 80.0% [34.3,99.0] (4/541) T&H V., 90%Cl & FFRfE
IEFANCHUE Lo BBl (5%) % BlEl-7z,

ITT £ T DRIV T, 42 26 il 25 Bl B 12 7 H %123 2 72 LT 5 RN 2 R FF T
&, Fo, TRTOHEEREIC wfﬁﬁ%ﬁ¢(m%ﬁﬁﬁﬁﬁ3~%7ﬁﬂ)@$fﬂwwgh
DRI 70 N TP #RE B4 22 U - R 1338 b e o 72,

INODREBZET S &, BNA0703 FABRIZIEE I IR & U CEM S v, FEh v et OBLE S
PBREEIIIR B L5 b OO EERIERFEBLRTO SMA BE 3T 5 KR OAMEITHHF T 5 52 5,

7R3 REMEIZONT
7R31 £ 2 WARMD SMA BELAE® 2 VAU ED SMA BEOREM T 7 7 A VDERIZS
WT

BEREIX, EEIRIEIR T BLATO SMA g 2 x5 & L7-A S TARRRER (BN40703 #X5R) & #IIRI&GREEIC
FEAM 7 A DIETERS O SMA HE Z 565 & U 7= [E B3[R4 1 /IR SR (BP39055 7kl /X — b 2 & 1 BP39056
AR N— |k 2) IZOWT, RAFEEREORENET 07 7 A VOZEREZTAT D X 5 HEEHEITRD T,

HEEIL. LT X 2B LT,

B RE R FEBLAT M O IERS O SMA BB 258 & LI KRB OAEELORIRIITIE 10D LB
DThY., AEFL, EELAEEFLORKBTEEICHLNRERITRD bRh oz, BRIERFEH
ATD SMA BETELL RO LN ERIL, AREOWERE OWERICER LA EERORILE L THEE
ENHERTHY, AFBGIZLVHTIBESN D ELRIT R N7,

F 10 BRAERFEHATO SMA B R OSEIER O SMA IBFITE T 20 EFROFERD
(BN40703 §XM% : 2023 4F- 2 H7—# b v 7, BP39055 itk je Of BP39056 #lk : #5512 W Ak TOF — & . ZRVMENT L)

ERER 5&%;?” » FIE D SMA
BN40703 A5k BP39055 #i/<— | 2 BP39056 #fi/<— | 2
AHIHE 7T RRE AHIRE AFIHE
(26 51 (60 51) (120 1) (41 1)
TRTOFERS 24 (92.3) 55 (91.7) 111 (92.5) 41 (100)
EEREEFS 4 (15.4) 11 (18.3) 24 (20.0) 24 (58.5)
PG IEICE S - A EES 0 0 0 0
- 0 0 0 3(7.3)
BN40703 382 T 3 BiILL LICRR® b lc B HEFR
At 10 (38.5) 0 0 3(7.3)
COVID-19 9 (34.6) 0 0 0
ELCES 7 (26.9) 7(11.7) 9 (7.5) 1(2.4)
FEEL 7 (26.9) 10 (16.7) 25 (20.8) 16 (39.0)
{55 6 (23.1) 3(5.0) 10 (8.3) 8 (19.5)
T 6 (23.1) 5(8.3) 20 (16.7) 4(9.8)
w95 6 (23.1) 1(1.7) 5 (4.2) 0
S P 5 (19.2) 1(1.7) 1(0.8) 0
_FIASEZ 5(19.2) 15 (25.0) 31 (25.8) 5(12.2)
=% 5(19.2) 3(5.0) 5 (4.2) 5(12.2)
g 5(19.2) 14 (23.3) 17 (14.2) 3(7.3)
A L AR GE Y 4 (15.4) 1(1.7) 0 1(2.4)
B e 5 3(11.5) 0 0 0
FENE S 3(11.5) 3(5.0) 4 (3.3) 1(2.4)
1K 3 (11.5) 12 (20.0) 17 (14.2) 0
B 3(11.5) 1(1.7) 9 (7.5) 3(7.3)

FEHGIE GEBEIS (%) )
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MEREIL . B 2 DA RO SMA BB IZFELNTWA Z LI ETAXLEITZH A LD, 4% 2 71 A
Kiili D SMA FEE LB 2 1 AL ED SMA [BE TR EMICRE BRIV 2R LT,

7.R32 HERFEFRIZOWVT
PR IL, RSV A7 EHEHE (RMP) [TERESNTWDLHEGEFLIZ, L FORTEIT- 72,

7.R3.21 MREFEIZOWNT

REEE X, AHIE G X D IREFORBLRIUC SN T, U TFTD X 5 IZ# L,

BN40703 ik Cl, MAEOREEAZAL 23 25 720 O MR A K OV OR ) UTE I AR ) o heks
FEORRRMEEZ BT 2 720 OB E 2 5 RIRBHHIGHG M T i, AANS K DR, MEIE IR T~
DL RS DA ITRD SRRtz AT F TV KA AL YT (SD-OCT) A0 X
B RAIARIA DML, IR GRTO_N— 2T A 12 16/26 5] (61.5%) T30 L=, KK & & bic
g L7,

BN40703 5B IC 31T D IRFEERIED A EFFRIL, TMIKET | 28 3FREO biviz, 1 BlFEMIKOR
AVEICER U 1RBREER 513k L7223, B L7z, fthod 2 il R i B O IR BT E 12 L 0 L 1 41
ER=Z2 T A U PEROBIVIZFTR. 1 FIXEBITEERO T —F 7 7 7 MK 8L Sh, RIS
BB TIE W & S,

B KROEFOELISIT v~ - VA7 FGi#HE (PBRER, AWM : 2023422 H 7 A b
2023 -8 H 6 H) ICBWT, ENICTARFINFEIE S TLARE, 10885 A ([EINTIX 647 fil) 125 Sh
TW5, IRBIEOHHFRRIL 92 fhaftd Sh, =0 CRIRES L 7 G S Tun b, EE R EpbEREE
(ZBEE U 7o G TR L B, Bt LA LB DG 2 Bl T o7z,

Fro, M ARGETAE (SO OF 1R RERREHRE (2023 42 11 A#EH) I, FEMixl4 215
Bk, IRBIEOHEFHEL L 2 6 (RS, SR RES 16 B oieh, BEERAEFFLRIT RN -
7=

LI kX b BN40703 FEREGE & O IRZ ICENA TRO G IREEOFFEFREEE 2, hET
St X A7 B R AR BRI & bele U CRBUEANI A L L TR &, BRRRBRICI T 2 IRBHAOFH M Of R &
L CAAOMEIEEIE 2 7R3 D AT RITFE O BTV N2 & D BlRESCIEINO 22 45k} R 07 B Mk
IIRELEEZ D,

HREIX, UTDX2ICELS,

BURERE TILAE O TV D EMSNOARRIO L EVEERE B £ 2 2 & i ZIBRITRO TN,
WIE KRR I G- 7 A D FEIER D SMA B 2 %15 & L= BiRER (BP39055 ik, BP39056 #thik K Y
BP39054 i) TlL., FEMLERFEGHMITIIT 25K E 5 FF TR R IRBHR A 2 Mkt L CRHG L <
W5 (BFI3HES A L2 BffS T=7 VAT 4 RIA4vmy 7 60mg) FaEHRSEE) . o, BARERIS
BIATO SMA FBE 2515 & U7-ish s IAERER (BN40703 3ABR) 128V T, FERICIEE MIERE & 5-1
MHCH T DicE b £ CREMRIREMRE 2 ikt L CRME T ETh 5, LIz ->T, 5l&#Hi& RMP I
BTS2 EEREEN Y A7 ICRED ETHEMA L, BRRBRAES ) DB N ENLE L5

20) VRIS Tz 26 Bl xR ICER S, 20 5 H 25 FiliZS 52 % OBERA TORMA 2 Sz, 10 Bl S 104 38
BT 72 S, FedR 130 3B ORI 22 STz,
21) MedDRA SOC R[5 |
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AN EIEN EOEFOUGETHEDOREZ R 25 Z LR Y TH D,

7.R322 FJE - HIEEEIZ OV T

HIEEE I, AFIEGZ K 2 B (B - Kl M OFBURDUZOWT, LR O X 5 IZHP LT,

BN40703 #BRIZ I T, GRS RS O A EH52213 14 4] (53.8%) B Hil, 1RBRIE L ORI
BRI E SN o oA EFGII I (7 PE—HEER, 2, KELEL 1LH) Bobhi, B
ERAERGIIRD b7z,

72¥5, B> PBRER (R MAM : 2023422 A 7 H22H 202348 A 6 H) Tk, EERKEL UK T
ARSI 6 B, DIERZ ST NERIEEET 32 B, R MmERIL 8 FlICBD bR T 5,

Fro, R ARGETE (SO OF 1R ERRHRE (2023 42 11 A#EH) i, FEMixi4: 215
B, bRk SR O A EHELT 13 6] G5 461, ONZ 3 FI. ORENIEETEAR 2 6, FIEE, kG
BRI, SVE, G, 7 LXK A TIENREE, 21THE, 24 16) R#obhi
W, HERAEERIIRNT,

LI E X v, BN40703 iRkl M Ol I [ENACRled Dtz Rk SR O G EFR A1 E 2
DL, ZIVE CORGRRER CHER SV aVERURT & il U CRBUMEMITZE M L TR b7, AAIE G
O bR RS B O A EFEL OB L CHR FRIE S 2 2@ TR 6T RN Enn, Bl
IR CIBN DR ERPROE BRI IR E L E 2 5,

BEHEIE, BN ACE T BTV BENADRFD L RIS HAREE 25 & . i IR b
TOARNZ L5, 3IEHEE RMP IC5U T LA & B ARTER ) A 7 I3 L O 5 =
LRBLLELD,

7.R.3.3 HERFER ORLEMFRICOVT

HEEE L. AR ORIEIRTEHR DL RMERERIZOVWT, LUFD X S IZ# Lz,

ARIIX, AHNOFH O PBRER (FHAMIM : 20234:2 H 7 H»5H 202348 H 6 H) 12T, ENS
TARAFINFETE SHLTLAFE, 10885 A (ENTIX 647 i) IZHESNTEY ., AFIOREXT v k- U R
7 I R 7R B S RIAE T e R BV HIT 2R o 72,

I, BIFES E COARBIORIERFEEIER HIX, Fi- @2l b TN & %
iR L7z,

7R4 ERERWNLERITIZONWT

HEEH L. AR OEERIERFEIATO SMA OIEFRIZEIT 5 BRI ES T IZ DN T, LUFO X 5125
L7,

A 2 1 ARIED SMA OFRIEN Tl S5 SMNL i\ T- DRI SUIE R E2 4T 2 BEF ST D IR
S AIZDNT, SMA OETTIZ RS | IRRIEIC K 2 E R ORI OB IHED PRI 2R 5 LHEZEZ b5
TREIRNIIER IZIRENTH Y . BEHOBENAICL Y ER = —a v OEEL T2 ENEE L
EZBNTWD, ZDD, N TITEEGTFHRAEIZ LD SMA OZWIITTREZRR D TGEIZIEET 5 =

22) MedDRA SOC )& d X OV MHLikME ) | HLGT I ORENEGTAARER ) . HLGT T ERGERE (B ER<) ) o HLT [EEE) |
HLT [E#fEs JOYER) . HLT TREk (EGEMEEER<S) | KOVHLT TR5ERES NEC) IS4 T 5 5F4
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EDRHERE SN TE Y AT W T | FIERTOIREIL SMN2 AR 173 3 =2 B — LU N OB Tl THERE
LEINTEY, 4ab =Ll EOBFICKHLTY [EREF (RELAETL2HOTIERY) | L3 TWnD

(TR1IZM) , o, REOBEEZMNRE LIZX 3BT MY U AOWINGERRBREE»S b,
L0 o X 0 BRHIOBRY IR ARG T 5 2 LT, MenICER v A LA h— 2 AL, HE
ENMETT5Z E20RENTWS  (Neuromuscul Disord 2019; 29: 842-56)

AHFTIE, BIBFMINC SMA & BT SN T RBIEDBE L OVER 2 W ARMBOBREICK LT, X3
Nt M) ULAROATFT®L 7Yy TR BRI HARETH D3, X Vbt T BN #
D= EHERR A0 RS HBERH Y . AT L7 TAUULRRT 1T, 5l AAVY Fiikn et
DRFIHERANR S, FFEEEBO7ZOO 7L F= U ROESPMNETH Y, FFERE. Lig 7
A—H (D krAR=2 1) KOO ERNSRE=4 ) v I RUNEL 25, RFIIROESTH
D, A7 A ROFFANRRETH H72H, BEFIHRH L R L CRECFEO A ABET 2 2 & AT
Tx5,

WS T ARERER (BN40703 3AER) (23 T BASFHIIC SMA &2 S V72 BRIRTESR TS BLRTO SMA
%K%VT\Kﬂ®ﬁ%¢ﬁﬁéh(ﬂmﬁ%) BaR LRRE & 72 D K 5 R R eMEORREITRD b
ole (TRIZM) ZELaBEEZ D& RANTEERIERFEELRTO SMA T3 D IaRRIEO—2I272
HEEZD,

FERE LT, Vs T AREER  (BN40703 385R) 1B W T, AFIOA M ITHFE T 2 ENE 6N (TR.2
ZH) RO OLNTE_NR T v N EZD EZEMIIFRRETHDLEEZDLT NG (TRIZW) |
AFNLEEFIEIRIETLHT O SMA KT B H 7= IR IG R IR DO —2c b L B2 5,

7.R5 %hEE « ZRIZTHONT

HEEE L. LFO L SR LT,

RIERFEBLRTO SMA B 25t 5 & U 72 ifpsh i DAHRER  (BN40703 3R) 123\ T, ARl OA 20
DREN (TR2 M) | BEMITFEREZA LN E (TRIZBM) b, AFOHGEHE - %)
R [HBEVERD TG e R L D SRR SR B L DRk | DL LT,

BEREIX. SMA OFIEN TRl S 415 SMNL BIE ORI ITERZH L, BRRIER Z 3B L TV 0WE
Bl 95 B, SMN2 BIn 1% 4 2 —LL EAT 25 SMA BE 2 AFI O GR52ED 5 2 L O
WTHBT 5 k5. BEEEIZRD T,

HEEEIL. AP X 2 Ic@i Lz,

BAERAZ ) == THOREM 7 +a—7 » 7T 2 REICB T, SMN2 5% 4 28—
A3 5B 15 G 8 BN FIERNCIAR ARG L ORAl - 261, X xtrF MU UL 4Bl AHEIK
VRt rF b on QAR TOUEZ) 206 | EEINRIIEZMER Lz, —J., HHN A
PRI L7z 7 B9 5 BillX 1.5~4 5% SMA Z3JE LIERZ B L2y, 205 B0k s b 2 4
X RIDFEIR AT L=t o MITIBIR 2 BltA L7212 6 20 b T eI T BIE R, ER O T
RAHH)TH o7, LLEXD, SMN2 #&fa 1% 4 a8 —FF 5BFICHONWTH, BRIICIRREZBGT D

23) BEAGROZNEE - ZhERIL, 2021 4E 6 A THBMERZEMIE] & U COURKRB SN, 2024 4F 4 12 SMA ORZWRENSGT SN2 &
ZEEE 2 THEBEERZEEEOBWEEE O UGETIC L 5 ZhHE XU R E OB MZ DWW T (BF154F 10 A 30 AT, EEIEIEFHF 1030
056 . DEIHEER 1000 45 2 5, [EIRZER 1000 45 1 ) | ICHSE . 202448 4 I THRREMERFESNE GEISTMAIC L ) i
TFHIESNDHDOEERL) | ICEEI N,
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ZEOEFEMEIREIN TS (I Neuromuscul Dis 2022; 9: 597-605)

AINCENTH, SMN2 BB 7% 4 2 —LL EOSERNCH T 5 RIERTAE O FEhiz 5 ET 5B RN %
< WODRIET Db b RWIRIL TORE, MAEZ ke § 2 BE R OFROWIKA, B aimz
ZEL, EpETRIBBIZET 52586 H D 2 & b ED TERIBHEE ATV, IRRIEMICOWTEIE L +4
IZEE LG o7 ECIRETRE L SNTWD ( BIAER~AR Y UV —=2 7 %08 L Col S Bt
FHIED L DIRRE E 7 0 —7 v 7 Ofa#t 2023 46 A 16 BT HA/NEMRSS /M8 - FREHm
BT AEB S FHMMEREY AR ) —= o V=X T 7 —T)

SMA [Z SMN # /37 ORZIZE VRIET H7-0, IRREIRAICILE L TR Y . ARFNOVEHIFEF & 1
FZ2 D&, SMN2 EI5F D=3 E—H3 0 DEBFIIIAFOGMETHIFF TE 20 E DD, SMN2 E{s+D
A= 1 U EOSEEIT = BRI b T AT TE 5, BN40703 FBRIZISUV T, SMN2 &
B O a B—50 4 REOHEM L& 4 UL EOER OB OFNEITENTRD bk o7z (TR2 5
M) o ZAePEX, BN40703 FRERICISIT 5 SMN2 1510 = B —HI O HEHLORFBRDIL, SMN2 &
B Oa —H 4 REOEM L 4 LI EOEROBICKE o2 RITRBD e o7z (7.1 £6BH) .,

¥, FIER DO SMA B x5 L U [EFEIEHE S /MAEFER (BP39055 #lk) TiX, SMN2 {51
D 2 B —FRI O A MBI T D ERFENTIC BV T, SMN2 Ba172% 4 22—l EOERITHB VT
HEIWENHERR Zdu, FIE SMA BB % &5 L L7z BP39055 7k & OF BP39054 5Bk (2 451) 5 SMN2 &=
F DA —HHIOFEFRITONT, T =N 4 K DOHEH & 4 DL EOEMADHITK & 72281330
STV, (BF3ES AR AT =7 VAT 4 KT 4vm vy 7 60mgl FEBFEE)

PLELRY | EEARIEIRFEBLRTO SMN2 B3 4 2 —LL D SMA B IZBW T, AHla&E5T5
BENDDEEZD,

HREIL, UTFTDXoIcELS,

BN40703 FERICI W T, AEOFMMEITHFHFTE T R2EBM) | “EMITFHFA L Ex bl &
(TR3IZMW) 6. AAIOREE - V% TEFMMEFRERIE] &322 LI3ELIARR0,

SMN2 B % 4 2 —LL LA T 5546, SMARROEISIT T 1%, T8 11% & ONIRLL F 88% T
HY . BIEFEEIL, MARUX 18 » A#LlKE, VAT 35 5B & ST %  (Neuromuscul Disord 2015; 25:
593-602 %) Z & AMEE X D L. ERAREER CRALNZEEAIN ABIOFIEDO G ARG 52 Lix T
VY,

AFRTIE, 2022 4F 3 HICERRIERFEHATO SMA 128 L TERRENTZX R F b U T AT,
[SMN2 51O 2 B —53 4 DL EOBFIZONWTIE, BB TFRAEIZL Y SMNL BIE O KRR TR
EHLTW=ELTY, BRFTRARELT 0105138583, BRFTROBHRZIC, AFIEEGD U 2
7 ERRT 4y NeBE L ETREOLERZHETHZ L, | LEEREINTWS, BkE LT
SMN2 Ein % 4 2 =Ll LA T HEFICHE T 2RIERNEROA L2~ T = 7 U 2T +2cG o i
T7e <, BURE R CHREZRIRIE T EHIE £ > TN b OO BRRIERFEHRTDO SMA (ZX L TX 3L
T MY U ADIKBE SN RICEGET SN THiER~ AR U —= 7% L T2l S V- FititERy
FAIED ORI E 7+ 1 —7 v 7 OfEét 2023456 A 16 BT (A A/NRRR S /M8 - f5 e i
BRI 5 EAES BHMEMERIE~ AR ) —=0 7 U =% 0 7 7 —7) Tid, EGR TROEE 2
55855 2 & bED THERIBHEZITV, AN X DIBREBICOVWTHEEE I LA > ET
RETRELEINTVD,

ULl SMN2 8ixF% 4 2 =Ll LA T 5 SMA BT 2 FIERTOTER D LEEMEIZOW T, B2
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BT #HIMESZ L TG O DBRRIERFE LR DIBIRIIN A 1T 9 BELZRBT5HA L ME SN
TWbHZ &, RO THAER~YARAZ V== 7 ki@ L Cal SN B ZEEIEDO R OIEHR & 7 +
n—7 v 7 OfEEt 202346 A 16 HUGT)  (HAVNEARRES /Mg - IREERICBET 2R B S Fhbt
EMIESY AR V== J U —=F 77 0—"7) Tk, 16FRITEOZBIL & U THEIRHE TOREEI52
EHANZ L DIEROWT DRIV FD Z LRSI TND Z L 1hNx, BN40703 #AERIZI51 T, SMN2
BETOaE—H 4 DL EOBFTREIOAMEITS 2T (TR2 £ 95 | ©“aEMITERIT
WHLATHR (7.1 R 6B #RTHoT, LA -T, AMITEIT D SMN2 AT 4 = L
O BFITKT DRIERTOARFN OEEGAZ DN T—RITHIR T 2 LB | ERIDAA S 50 2 F
I L, FRICIRE CRIBEIERT 2 58055 2 L L E O THEMIRMI ATV IR 2 0 HeR
L7z ECREOBEEZ T2 2 LA LB R D,

B, WIRFERICBCERRE SN TOWAINAETIED D2, UL EO#EREZIE 2. AFIOWRMNCE
IZHEWT TEEFHRAEICL YD . SMNL B FORKEIIER LA L, SMN2 Bl FOa B —HR 1L ET
o2 EDPHEGRSNT-BEICHEGET 5] B, KO TSMN2 O3 &= 1 OFEFER S LLEDO R
FNZBT DEIMEL OZEMEIIMEL L T LT, ZNODOERFITRET25A8121F, ABEEGED Y 27
ERRT 4y hEBE L ETREEZBIAL, BEOREAZEEICEZT ) Bool & a4
HZEITEYEE R D,

7.R6 HiE - HEIZOWT

HEEE L, BRIEIREHRTO SMA BE L OVER 2 1 H RO SMA BEIZBIT 5 ik - RIS
T, UFOXIICHBH L,

AANDOEEHRIERIE B D SMA BIFITx 2R - AR, £% 2 W ALE 2 RO BE I
0.2 mg/kg %, 2 kLl EDBEIZITRE 20 kg AR O%6 0.25 mglkg %, K5 20 kg L EOHE 5mg % 1
H1REZICEAREE SN TS,

WA G- 2 A% 6 0 £ T ORRKIEIRRIEIED SMA BE %5512 920 S hu7- BN40703 3B 1L, #BR
BagRe R CATR 2 7 A RGO BF I T 5 ARAOEWEREIIMGT STV R o Te oD, BEMEEE
U TN Gk S AV BB 1IAHK] 0.04 mglkg 2> B8 52 Bt L. LIBEOREERE 1X, BRI BEk ST
BB D PK 7 —H IS & A% 2 DAL EORIER D SMA B Z x5 & Lz (BP39055 7k J ()
BP39056 #fk) CTHERR SN 7-IRFEEOFPH () AUComss : K 2000 ng-h/mL) & 722 X 5 H&E%#E
THZELEENT, FERE LT, mONIBE: S 72 361D AUCoaan (504, 657, 664ng-h/mL) (23X,
DIBR ISR Gk S TR 13 0.2 mglkg 28535 Z L & sivlz, 7B, BANIEER Iz 3HILIAMNT, 1
%1 9% 0.04 mg/kg. 2 B 91X 0.08 mg/kg THG-ZBla L7-t2, PK 7 —# | ZaMESICH-3E 0.2mg/kg 12
HWE Lz, ¥, 2RRICELERER T, BIAGEHETH 5 0.25 mg/kg (2R LT,

ZOFER . KK EHIZ XA MK O SMN & > 37 B EE K OV R SMN2 mRNA JE 0 BN 23 e 28
L (621F%22M) | AOMEOTEFEEE THHEE 12 7 A%IZHK 272 LT 5 BRIAM ZRFF T
7o OEIA [90%Cl] 1% 80.0 [34.3,99.0] % (4/5 f5i]) &, 90%CI FRRAEA FRTICHLE L 7= S (5%)
Z bEY | ZEMITFFAERE LB 2 b,

UL &S E 2 72 B0 AFIORFEHE - HEIX, TR0 PPK MEHTIZ IS <HEHZ LV . BN40703 7R
THAZERE S 7= 0.2 mglkg & 0 KV 0.15 mglkg & L7=,

BN40703 ERIZ IV TAHI 0.2 mglkg TH 52 BAtE L7 20 Bl 5% 28 HIZI 1T 5 S AR
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FOYPPK E 7 /TS < AUCo2a DHEEEIT AIFEIREE R L Y miro7z (621 R 1ZBM) . PPKFHTD
fEH. 0.15 mg/kg TG & B L 2 7 7l AT 0.20 mg/kg (20 B2 D HEOZ SRR S -2
b (623 £4ZH) . BN40703 5 K OB GRRF I FEAT 7 2~ D FIE% O SMA [BE X5 & Lz
BRI RER (BP39054 iR, BP39055 5tk I () BP39056 7klR) Dl o4 OYAE, PPK 57 /L2l
SLEYFNRE T A —F Z B LT (F11) , TORER, A% 2 0 ARMOEEIZ0.15mgkyg = 1 H 1
R ARG LTz & & OARFEOGREEITAER 2 7 AL EOBEOBRGEE L FRE LHE I N,

K1 Flph7T TV - L OFREOEMTRENT A =S DI b—a R

Bh#% 14 A 5% 28 A - 5:1% 56 H

Fl 72— ME AUCq.24n Cinax AUCq.24n Cinax AUCq.24n Cinax

(ng-h/mL) (ng/mL) (ng-h/mL) (ng/mL) (ng-h/mL) (ng/mL)
0.2 ma/kq | 2700 [1890, 3620]| 148 [116, 193] [2870 [2030, 3970]| 155 [119, 197]
%16 ALLE | e MIKD (26) (26) (18) (18)
2 1 A Kl mewmﬂzmwmminm 111 [86.4, 144] |2160 [1520, 2970]| 117 [89.5, 148]
' (26) (26) (18) (18)

A2 TALE 0.2 ma/kq |2480 [1580, 3620]| 150 [99.7, 211] 2490 [1710, 3880]| 150 [106, 214] |2350 [1650, 3350]| 141 [105, 200]
2wkl = Mok (62) (62) (70) (70) (81) (81)
2L E 2030 [1410, 2830]| 125 [89.1, 166] |2100 [1440, 3060]| 128 [89.1, 176] [2130 [1490, 2910]| 130 [99.1, 172]
6 FRAT (64) (64) (61) (61) 7) (47)

6 Ak 2050 [1410, 2660]| 119 [81.4, 161] |2190 [1450, 2820]| 126 [82.7, 173] |2190 [1540, 2860]| 126 [91.3, 162]

12 B 0.25 mg/kg (73) (73) (69) (69) (49) (49)

2L E | XiX5mg? [1620 [992, 2390] | 87.9 [57.8, 137] |1740 [1060, 2590]| 93.3 [61.1, 140] |1740 [1150, 2320]| 90.6 [66.2, 125]

18 7R A (101) (101) (105) (105) (49) (49)

18 5L - 1520 [968, 2090] | 78.9 [49.2, 108] [1620 [1020, 2230]| 83.4 [52.2, 118] [1650 [1130, 2120]| 83.9 [56.4, 106]
" (71) (71) (67) (67) (21) (21)

RE [5X—k o Z A VE 95 = FAVE] (IR
a) £ 2 7 £ Tl 0.15mglkg, ZAULAFIE 0.2 mglkg & {E LT=
b) 2 s LA LD BAEITIE, IRE 20 kg K DA 0.25 mglkg %, {KE 20 kg BL DA 5 mg DR E Lz

LLEX D o A8 2 0 AR ORI 3 2 BARHELE 813 015 mglkg & 972 Z LNt &L B2 5,

%%i%?@;ﬁ’%ié
FHE OSEL AT D A O HAERREE B (SFE AUCo.2anss : 2000 ng-himL) X, =2 A ¥ L% Hu iz 39
F"ﬁ)yi@i%‘éf}ﬂ HER (CTD 4.2.32-9) OfEmH MR T HEFERE (F%) AUCoon : 1870 (M) KO
2060ng-h/mL () ) :%o-zr (BR3ES AR AT =7V 2757 1 R4 my 7 60mg) FHAR
) | BEMOBRNOEREINT, 4% 2 WAL EO SMA B3 % 381 I S - BRI F
u\fré) FJ DfE %Eﬁfﬂ?ﬁa& L CHIIE - IR S, Boniaahit, ZetE%oilBkik s
B E X CORRBAE-HEE LTRESNT-Z L 2HE X5 & A% 2 7 AREO SMA BEIZEB W T,
WREE BN EREE & 725 L5 VG - HEEMRETT 2 2 LI rEECTH 5,
Atk 2 A RO SMA B3 O EIX, BN40703 B TGSz H&E (0.2 mg/kg) L0 HIKWHE
(0.15 mg/kg) & 722 b DD, PPK fENTIZHSE | BEAARRD 2 7 A LU ETHWEDHEE STV HIREE
& (F%) AUCo.anss © K9 2000 ng-h/mL) 2O HEE L TREINTWND Z b, ARMWEITHRE
INsEEZD,
L7273 T, BN40703 FRERAAE 2 72 PPK fEHTICEE S & | 2B 2 0 A RGO EF 1Tk 2 Ak - B
BIZOWTIE, BEAROAR 2 W AL EOBEICHT 5 HEEZ G Lo & & ORER & AR L OBz &
BELND LS, 015 mgkyg # 1 H 1 BIR&FZICRAKGTHZ L& L, A% 2 DAZBXTIKHRT
0.2mg/kg, 2 & B A - T0.25mg/kg DHEETHZ LIXAREE E XD,
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7.R7 BIFERRGER ORIIBEIHIZ OV T
R 1T, AR OBRREBRAGRE, ENIMCI T 2BEEGEOREE - ZIFITHR D &R e #% O 2 MG H
ikE 2 5 & BRIERFEBATO SMA BB T DH -2 a0 &iT e <. BN XEFEIN
72U A7 T2 B 2 0 AR O S5 HRE BT D H e A EIR SR O EIIAE L B 2 T,
728, BARANDOEFEIRFEBATO SMA BE BT D AR OMARBRIT 22N LoD, B OER,
LEMETIRENC BV T, RHEGEICEVIER S LD BGXI5UIxT 2R AeMICB L TER L T,

PEREIE, 7R3 BT DM A EREOHGFEOBRA LB E A5 &, R AT, MIERE%RFHES O
BN 3 22 A VEREARTE B &2 B 72 A2 FEhiE 9~ 2 M EVEIR | i OS2 EVERE SR E) T T I
EETOFEHNIEL XA RWEZ R D, L, BREREHRMOREGHIZ T 2 JEot& i oh
2 LM ORI A, HIBIKGRREOIBIN O FE R G PEREATEE) & U TR SR IER O SMA
BEEZHMRL LE2flEORRELED, HFoNDEREERAG~EUICHERER L, Th b0l
WIS S LEMICET 52 7T ANHER S NG EIS, REIDS U TRIEIIER ORI O F2hi 2 R
Ao 2 EANEY) EHIBTT D,

8. HEMBIC L DAGRHIFEE ISR T NS ERNTLR D SRR AR R K UMEAE Ol
8.1 EAMEEE IR DA OHIT
BUE, AR TH Y. ZOMBRLOBEDOHENITHFEARSE 2) THET S,

8.2 GCP SEHIFRAHRE RITxHd D& DT
BE, FABEFERT THY ., ZTOMBELOEOHMHIFERE (2) THRET D,

9. FEHE (1) ERRITER DR FHE

fEH SN ER G Adh B OERRIERFEE T O REMERZMIE (T 28 AETR S L, b
Te_R T 4y M EAD L ZEMITFFATTREL B2 5, Adh HIRERARAEIR T8 BLAT o Fr HEM: 7 ZE e &
H M OVER 2 1 ARG OFREMER ZHIEIC BT DIFRERK DO — S 2R 1T 5 b0 TH Y | WKRERE
WD EEZD,

B COMR 2B E A TRICRIEN 20 SR T X 2581013, A H 2 4GB L TE L A0
EEZD,

Uk
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BEHE (2

6486 H

e B

[k 72 4] TT VAT 4 RF74 1y ~7 60mg
[— & 4] YATT T A

[ 5 &) SRPARICE O S s o

[(HEEFHA] A6 2 H 15 A

(W Rh S — 5]
MELDO LB,

1. BEANR

& OV D% OREIZIBIT 2R EOHIGIL, LLTOLEBY ThDH, 2k, KEMEHOFEME
BiX, REBBIZOWTOHEMEENGOR LIHFEIZEKSE | TERMERERR SIS T 250
HEOEMICET A CERR204212 A 25 HfHT 2035 8 75) OBLEICE Y., fi4 L,

B T, FAEE (D ICRELERIRT — 2 3y =2 AR O ENEI B9 % His o)
WHI M ZE BN 6 3R STz,

1.1 AHFOFEE « FFRITHONT

AENIOZhRE - hRFICE LT, FaWs (1) IZ#i L [7R4  ARFIOEKRONES T & [TR5

BHRE « BIRIZOWT I T 2 ORI M ZEN LR IND & & bIiC, L FOBRNB I E T,

*  SMN2 Bin¥ 4 2 =Ll EDOBFITHT 2 BRIERISIERT O BF T 2 A F O GIZHONT, &
A S ARFNEE G- O LB ZHIBT L. FHRICEGR CRIBBISET 2 8t H 5 2 & b & TRt A
T, BRG#HE + MR LT ECRGOBEEZ W5 2 ENEETHD Z L b, IRMIEIC
BWTHERBRET S & & bIT, EREFEEROEE - FIRMWTOEM 21 Uit 217 5 4
ERH D,

gL, DLE [T R4 AFNOEKOMESHT ] KO [7T.RE  ZIHE « ZhERIZHOWT) O & OVELRY
Wik COMmEEI E 2. 2IEE - DR KORNEE - WRICEHET A HEOHEEU FTO L IICHETHZ &
ZHEEEICRS, WUNIRIEA 2 &N & 2R LT,

BAEERESIE S pE A p Sy
B REICEIY, SMNL BEFORKIIEREZHF L, SMN2 Bla O —EN 1L ETHD
ZEMHERSI N RBEICEETDH L,
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SMN2 &5 D =2 =5 1 OBE KOS LU EOBEIZBIT D HIMER O AT LT
WV, ZHHOBEFIIEGT LIHAEICIE. AREGDOY AT ER_XRT 4y MEBELE LT
Bt L, & OWREBAEEICBE T2 L,

SMN2 JB{nf- D =1 B8 4 DL EORFRIRPT RLANEEL T D RTOBFIT OV TE, BRI RR I O
BV THHORET L, AAMEG DOV A7 X2 T ¢ BB LT ETEEONLENES
HWrdo5Z &

KGRI Z2 N TRERANEA SN2 BF BT 2 AR VLRI L TH 2R, 2 b 0B
IR G 258100%, BEOREAEEICBIZE L, EMRICE M MG L Gk T 6 %)
W22k, DRPBDONLZNGEAICITHREGEEZPIETHZ L,

FLPE VROV 2 AR ORI ) 2 M R OV I3 L Cuvie T BUFSREPER 2
M B et G & U2 BRI RRBRI A% 2 0 A DL EOIEWIPE R &6t S s i S v, SKpEhe, A%
PER OVZ MR ET S, BEFRAEIC LD EDN TRl S 2 FRVEG ZERERE 2 x5 L L
7= BE RIS A 1% 6 3 & C oo EWIPEN A et BRI FEfl S AL, IEMENRE . AT K OV A E ARG S
iz,

(BUTOUM SCED D THEBIEM,  BUHAEEIER)

1.2 FAIDOHE - ARIZONT

ARENIORE « HEIZOWT, FaWd (1) ([Zi#iLe [TR6 Ak - AR\ Ty 2T 28D

HWNIEMEE PO IR ESNS L Ebiz, TOERBZH I,

o 2 W ARMOBREICK LT, AH0.15mg/kg 2 1 H 1 [A#E Lz L &0 PPK @Iz S < 5
RE/ T A — 2 OHEEMEIL, BARBGICEWTAHARIERESZSZOND 2 L0, EUNTIERZHE
TLOMEND D,

gL, DLk [7TR6 ML - HEICOWT) OGO EMEZE COREmA B E 2. AL - HEk

O - AEICBEET2EBOHEZLU TO XS IZHRET D & & b, BMISCEICBWTAER 2 0 A K
DBEITK L TAAI 0.15 mglkg % #5 L7234 0 PPK AT IC IS < Y EhRE X T X — X OHEEE % 1
WS 5 2 L 2 RFEEICRD, WUNTKIIER eI Z & 2R LT,

CHE - &)

W, %2 DARBOBREIIZV AT I L L LT, 015mgkg % 1 H 1 EEZICROBEET D,
. A% 2 AU E 2RI OBREIZIZI AT T LLE LT, 02mgky Z 1 H 1 HEEHICROKEE
T 5,

W, 2L EOBFIIZY AV T T L E LT, (K 20 kg Al Tl 0.25mg/kg . R 20kg LA £ T
1X5mg # 1 H 1 EERISRAKEGT D,
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rLLﬁl

W& 5 Hoah HAGE
AAV Adeno-associated virus T BT A LA
AUC Area under the curve TR — R R T o f
BSID-1III Bayley scales of infant and toddler —
development — third edition
CHOP- Children’s hospital of Philadelphia infant test —
INTEND of neuromuscular disorders
Cl Confidence interval {EHE X H
CL/F Apparent clearance BT s V77 A
CMAP Compound muscle action potential BAEMHIEENEAL
HINE-2 Hammersmith infant neurological —
examination module 2
HLGT High level group terms BN —TEE
HLT High level terms ELEE
ITT Intent-to-treat —
LC-MS/MS | Liquid chromatography-tandem mass Wik a~ N7 57 4 —& 0 F LBE
spectrometry BT
MedDRA Medical Dictionary for Regulatory Activities ICH EEIAGE
mRNA Messenger RNA A vtV —RNA
PBRER Periodic benefit risk evaluation report EHRR T 4w b+ U RT3l
PD Pharmacodynamics Pyl
PK Pharmacokinetic FEWEhRE
PPK Population Pharmacokinetic RHE S EhRE
RMP Risk management plan EHGL D R 7 A
SMA Spinal muscular atrophy T BE M 7 2
SMN Survival of motor neuron —
SMN1 Survival of motor neuron 1 (gene) —
SMN2 Survival of motor neuron 2 (gene) —
sSoC System organ class ZRE RISy A
s — MSZATBUEN RIS RS O TS
Al — T VAT 4 K74 m > 60mg
AR risdiplam VAT T A




