FEREE

Sf4FE2H 150
BRSTA TS N 38 5 P iR gn v A i i

HGBHFE D & o T2 FRLOEIEEIT DD EHM RS O COFRERMRIT, UTD LBV TH
Do

(k. 78 4] AE7HEiE 12mg

[— & 4] XvxirkrFhUoa

[ 3 &l A AV=r s Dy Uk St

[FREEFEHHE] M348 420 H

(B - &) 13474 Gml) PICXy At rF FY 7A1263mg (XT3t & LT 12mg)
EEAT HIERA

[ X 4r]  BERAEES 4) FraheEEm,

[Fr 7t FIH]  AOBRWAERS (BEEs 0 283 392 5. ik 28 4 11 A 24 HAFF A SK
I 1124556 )

[FAMYE] HEEAR =%

(% &l R

BIRO LY | FRHSNIZER G Adh B OBKRET RIZFER L TO RV ANEE A L0 FIEN
T S D FREVER ZERE (ST D AR S, RO LN T 4 v baEEE 2 D &R
WATHRE &9 2,

VIb, B ERIES R ORI B 1 2 FEORIR, R EIZOWTE, TRROARBERMFZAT Lz L
T, LT OZIRESUIN R N IE M OB THAGR L TR LA RV &l LT,

[HRESIIRNR]  FFRETER ZEMIE, BRARAT IF R L TR WA FRAEIC L W RIEDNTHIS D
iy

QR SHIBEI

UEAOME] LR BENE RS ZEM0E  BRARET AT L TV 2R WS B PR A K 0 FEAEAN T
S D T FEAE
W Xt LT TEICDE TROMEZ KRG T2, HlE&EEG%, 2,
4 RO BICHEE L, LB 4 BAOMBTHREEZITS 2L L, WTHOSE
b 1~3 3 THEIENER G5 2 &,

FLYAHRL LIS 0 F5 BB i ZE e i

AV TVRIE 12mg NA ATV o Uy RIS SRS



[ 38 & )

BE, X E LT, 1EICSE TFTROMEEZREGT 5, #EEG%, 48
KOV 12 BiIcEE5 L, 6 W HORBTRGEZITH>Z L, WThoOEED 1
~3 T CHEVEN®R 535 Z &,

GO A A& G
0-90 H fiy 9.6 mg 4mL
91-180 H i 10.3 mg 4.3 mL
181-365 A 10.8 mg 4.5mL
366-730 H i 11.3mg 4.7 mL
731 Hlin~ 12 mg 5mL

(TFARERIEN)

1. EHRES Y A7 EHGEZRED L, WUNIERT 52 L,

2. ENTOBBIEG D TR TWD Z &G, BRI, 2E%
MR E LT ERBERE 2 FEM T 5 2 Lk, AAEIEHERE OSSR H 2T
BT 5L bl RENOLREMEROFIEICET 57 — % & FHIIE L AAI
O IEM I LB EELZH D Z L,

2

AV TVRIE 12mg NA ATV o Uy RIS SRS



Bl A&
FEHRE (1)

SfM4FE1HTH

ARHFEZBN T, HEEE DR U2 E R OE R E RS S FEE 12 1 2 F OIS, T

DEBHTHD,

[k 72 4] AU 7HEEE 12mg

[— & 4] XvxikryF UL

[ 55 FH] A AV Uy U kStk

[(FEEHFEAR] SM348H20H

[FE - &8] 134720 Gml) FI2X xR A 1263mg (X R/t & LT 12mg)
EOAT HIERA

[HRHIREDINRE -« ZhA]

[FRERIF O ML - &

B BEMER, ZEHE . BRI IR L T 2R W ASBR TR ARIS K W RE A T <
% R A ZEREE

CTFARERIEMN)
FLIR R BEVERR ZEMAE . BRIRAT RI3FEH L TR W ASBIRF RIS L Y FEEDS
T & D REE A ZE A

W, XU RN ELT, 1EIZSE FTEOHEEZHRET S, PEIERS%, 2
B, 4R BEICEEG L, U4 D AOMRETHREEITOZEE L, W
DA S 1~3 90T CTHiENK G52 &,

FLIRR DAL O 3 i 7 ZE A

W, XUt LT TEIZSDE TROMELZ G T 5, HE&EG%, 4
BRO 128 L, L6 7 DRI TREGZITH> 2L L L, WThogs
b 1~3 3T CTREENE G5 2 &,

KBGO A fip JiE B G-iR

0-90 H 9.6 mg 4mL

91-180 H i 10.3 mg 43 mL

181-365 H i 10.8 mg 4.5 mL

366-730 H i 11.3 mg 4.7 mL

731 H i~ 12 mg 5mL
(F#kEREI)

[H el

1. R EFE O RSE & OSMENZ 361 D AR BT D BT e 3
2. WWEIZBIT 2B R R OBEEIZ IS 1T DI DM oo 4
3. FEERARSEPRABRIC BT 5 R OWERE IS 3517 DA DMEME ..o 4

AV TVRIE 12mg NA ATV o Uy RIS SRS



4. FEEGR IR ENRERRBRICRE 3 2 R OBEREIZ 51T DA DI oo 4
O 2y At S AR S S VRGN v AR S R oY1 - S 4
6. EWFRHI AR N OB 2 ATk, B PREEFEBR (T B3 2 BRI ONCEERE 12 3 1) 5 B OGS . 4
7. ERIRHIAE 2 K ORI 22 2RI B9 5 BB DTSR 12 351 2 A DHEME oo, 6
8. HEMEIC K 2 /KERHEEEICHAT T N & BEHIAR 2 A PE TR A 5 5 M OBEAE DT oo 30
9. TG (1) TERIEIT IS T DA A coe oottt tee e e et es e ees e eseeeeseeeee 31
(WS FE%— ]

RO LD,

2

AV TVRIE 12mg NA ATV o Uy RIS SRS



1. BRI ROBER ONEICRIT 2 ERICET 2 E8%

SMA E, SVNL (5O R XIIHRETER A FHR T 2L REIZL 5T, SMN ¥ 37 DRZ /I OE
AUCATRET 2 FREATA IR T D EE) = = — v U OEERA U, WK OMEROMER OZEM 442 L 5%
Yt R B PERIBRB TH D, SMA ORFRIT, FIEFMES K OFEPIER Lo b @ 72 ER ~ (L X b
— 2KV RIEWICRIET D 0 L | HAERICRIET S TR, TR, MR KR OIVALZ KRB S 4, w7l
ICE VD BFORBIIRE SR HAERICET SO L T HNELEETH Y . IVRID R HE
JE & &5 (Neuromuscul Disord 2015; 25: 593-602)

AANT, 2017 47 A TLIRAUAFREME R ZEMEE ] DRIRE - DR CRUEHGEAGR A IS L. 2017 429 H
(ZIXFLIRTLISN D SMA & & e THEBEMERRZERDE] OREE - IR TERB SN TWD,

AT 2-MOEEffi SN2 18 FRIEDX I VA F RInb R DT TR AAFY AX T VATF RTHY |
R5EAR7R SMN X V87 DFEAZ - T D SMN2 G 1D mRNA BiBEICHESTH 2L TAT T A v
V7 EFRE L, ER 7 SMN ¥ LoR g BB EBINSE 5,

KRNI T HBUED SMA OZWAEDTIL, BRIEROBBIC LV EEZW N RS N2, Bis+
BAEICL Y MNLEEFDOREXIIERZE L TVWEEAETH-TH, 1BEEZBGT D - DICITEEE
WORBEFFOVERND D,

HEAMZ BT, AANT, 2021 4E 11 HBE, SMA OEGIcx LTk Z & e 50 PLEOE TR T
AR ENTWND, BN K OCKEEZ & —H O EITHUK CIX, BETREICLD SMA OZKIRFIHE
INTHY, BEHRIEROFEEFNZB WD THEETRAEIZ LY SUNLBE T O KK IIERBHER S
T TEBEYERZEE ) LRk sn D,

SMA BFZHB T 2 AR AW 2R = = — 1 O ML, BRRTER BRI DT L, HAERICRIET
% 18D SMA BFH TITEEHMORWI4E > T D & Z4L (Ann Neurol 2005; 57: 704-12) | AIHEZRRR Y
BN OWRENEETHDL EINTWND,

ARREEE L. BERGEBHREERHCIRH S, BEFRAEIZL Y SUNLEBEE O KR UL B3GR S
AT BRARTEARFEBLRT D SMA % %42 & U 7oA RER (232SM201 3ER) DR OT—% 1y A7 D
RRRRICEE D & | BRRIEIRFEHRT D SMA (2T 2 MR O LR R Sz & LT, & RTEARE
FIH—HEEARBHE LT o7z, 7ol KANL, TEBEMENZERIE] & 7E S22 UIghR & LT,
Rk 28 4 11 A 24 BN THVEFSAERMLICIEEIN TS (BEES : (283) F392 %) .

AFTIL, EARIERRBEBRTO SMA 2T DA A L TCWADdE & LT, AERERLTH Y §H
RN G 28BN TH DA T L 7 TAUOULRRT N TERERZERE (R RITRB L v
RO, BB TR L MM EREORIEN TR E N Db OB ET) 72720, IT AAVY ik
PEDRFIZIRD | Z2HE, DR UIMEREE L TERBEN T WD, F7-, BRIERBEHRTOMEINIA LT
VRS SMA IZKTT 1AL LT, MAREGTORAITH D ) ATV T T A0 MV ZEMEIE] %
BHEEUIZN R & LT, BRNEBER G T 2R-AITHHTT /=0 VBT N U v ok [T
BEVERR ZEME & OV OFRIRR ] 2RI R & L UKRB I T D,

) UTFOOXIT@QDOEE. SMA OZKiHEHED [Definite] (Zi%4 9 5,
@ RO (1) FAOEf = 2 — 2 B EEZRO,  (2) HiER = o —a VRERITGEED T, Q) BT, »oiknt
FTH. (Creatine Kinase filfl, FHER . HEEMWPRASEEE) OEMFEMIZ L, ST _REBEELET IR LIZB D
@ EEREFTA® (1) FAE# = —n VEEEZRD,  2) EDE#= o —o EEITFEO T, 3) BEBITETE T, 2 ola
RECEEBTERP/RBD LI, BITAREEEETITHRI LI LD

3
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2. GEICET2EE RO 2 FE OB
AHGHIHADEIARD bOTH Y, [WEICET 28R (FRE S TH 2R,

3. FEERARIEERBRICE T 2 A R O8I 11T 2 B A OB

ARHGEIIHRRIIRD D Th D03, AANL FHEIER ZEMAE) OR6E - DR TER I TEHY | SMA
X ARAEIR RO A I L S FRBOKIEMIC L 2R INRENDL EEZLND Z E0nb, [IEE
IRFEHRBRICEAT 5 &R 1T STV,

4. FEERREDHERRRICET 2 ER R OEEICR T 5 FEE OB
ARHFEIHDEIARD DO TH L0, THERRREDEREERIZAR D G 1A AR Rt 2 T
b5 LS, FriciadlBRERITIR I ShTunauny,

5. BMHRABRICET BRI R OEIEICR T 2 BEOHEK
ARKHEFFTEHERIELI O THY . [FHHRBRICET 2EE 1TRE STV,

6. AEYFEFFHRBRKOBEET 200, BAREKERRICET 2 BN ONT#EIC T 2 FE O
6.1 AEMIEANFHR K CEET 2 oHrE

MEM R FHBRIC BT 2 &k IRE STy, B MR OSHHEIC OV T, & M
R OY CSF 1 D AR 13 Hyb-ECL (7E & FR: 0.05ng/mL) . CSF H10 SMN % > /37 B 1% ELISA
(B FRR: 0.12 pg/mL) | MAEFHLX R HURRE X ELISA (E& FFR: 50 ng/mL) % VTl
E ST,

6.2 FRARIEERABR

GRS LT B R RIS & D SMNL BB 1 0D Rk T ZE B AHERR S N - R IE IR JEBAT O SMA
Tt & L HEs S TARBR (CTD 5.3.5.2.1: 232SM201 #BR) 2 M ONHEEH SR Eh e fi A (CTD 5.3.3.5.1)
DRFENTEH STz, £, 2B &R E LT BIEK D SMA Zxt5 L Lo ARAIORERFER (CS3A 3Bk,
CS3B #klR, CS4 #Bh, CS12 FER KON 232SM202 #RER) Okt C b 2 5 MAHIE B MR M G535k
(CTD 5.3.5.2.2: CS11 RfR) DOpGEM R S N7, FHIREMDRWIRY | AEOHEFIX vt b
LCOHE, BEEXVRLEY T RN U LAL LTORETRLTWS, LTI EREYERER BT
R Do

6.2.1 FERERERFEIATO SMA xR E LIS T AEER (CTD 5.3.5.2.1: 232SM201 RBR <2015 4 5
A~ Q02052 A7 —F 0y hA7) >)

BARFRRAIC K D SVNL AR 7 O R K UTE B R S NI R FE BRI OAEN SMA (474 3~
42 B, Y EHE K O UM 15 25 1)) 2580, A 12 mg FH2 &/m1Y (2 1) #5541, 15,
29 LN 64 H HIZH G L, LI 4 1 A G CREPEN S G- L7z & & O MR ARSI CEEE AT R 22)
IEEBA 1 B B OG- 4 BEREIFRES C 524.8387.8ng/mL (21 f)) TH V| IHEF O CSF FOAEK K

2) ARHGE T, BEAGRRHICHEH &7z 232SM201 RERICEKIT 2T OT — 2 B v b4 7 OdE N _H Sz,

3) TRBRENEAFEESE 1~5 Tk, #BRE OFERIZ XL D CSF HEERICIE-S & | AF 12 mg M4 B/RIAN G S, RBREMEES 6 it
DI Ik, B OF I B O TAF 12 mg/EIA G- STz, 7ed, TRBRENGHE S 6 BUSTTREC BT 2 #BRE OFEMm O 546
DNWT, FRE [25 /18— & A VE, 75 S—1 v Z A VE] 13 1.89 [1.50,2.47] %, [fe/ME, fwkfE] X [0.9,2.6] Tdh-o7z,

4
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T IREOHBIIFR 2D LB ThoTo, MIETH X > 3t kX 1 Bl 5546 302 H BB
Thol=D, ZORITOVTNOWUERA > MBWTHEETH- T,
# 1 232SM201 :BR D H e o B E

H fn 0-90 A 91-182 H 183-365 H 366-730 H >730 H
Ji& (mg) | 12 mg #H 4 &/[H] 9.6 10.3 10.8 11.3 12.0

2 ERRIERIEHATD SMA [CAFH] 12 mg #72Y &/ml & KA RIENE S L L & D
MgE & OV CSF AR b 7 7R EDOHER

SO R _ CSF i
g AR N 7R (ng/mL) | REAEGIEL N5 7B (ng/mL)

15HE — — 24 14.52 + 11.28
29 A H — 24 29.40 +20.11
64 HH 25 1.7+0.74 21 2023 +11.21
183 HA 23 0.8+0.21 23 14.62 + 8.86
302 A H 23 0.9+0.40 25 11.94 + 6.47
421 A B 24 0.8+0.30 22 12.73 + 8.56
540 A [ 24 0.7+0.19 24 10.70 + 4.05
659 H H 25 0.8+0.24 23 12.00 + 4.43
778 B H 25 0.8+0.29 23 11.69 +5.24
897 A F 25 0.7+027 25 11.67 +4.28
1016 H H 25 0.7+0.25 24 12.84 + 6.34
1135 0 H 20 0.7+0.23 23 11.51+5.05
1254 HH 17 0.6+0.18 18 13.42 +5.87
1373 H H 15 0.6+0.19 15 12.28+7.17
1492 HH 9 0.8=0.38 9 13.62+9.10
1611 B H 4 0.6+0.21 4 12.09 = 1.56

PHE AR, — e

6.2.2 FRHEFEYERBMENT (CTD5.3.3.5.1)

WEAMEG R SR K ONEBEFEAIRRBR D 10 3RERYD B 1% D7z i L OY CSF ORI E T — & (M4

H1:274 B, 2970 £i, CSF H1:274 i, 1058 &) & F\TC. RHEMSRMENREMHT 23 F2hE S 11, BERRRIFIC
RSN RHEMEEYEETT VRN EH Sz, AT /VIE, CSF K OHR AR RIS 95 2-2
V8= R A 2 RIS MHE R ORI CA Y 35 2-a o = R A I Bk D - /38— R A b E
TRV FEIR 37, CLp. CLestn Vpe Veste (SxFT DA R E UCIRE, Ffip, MREM (FLERO
FIE# D SMA, FLIERILISNOFIESR O SMA, BEIRIERFEBLATO SMA) 23EF S 41, CLy, Vpe X TN Veste
(2% U TIRE, CLp. CLest KUY Ve IZ5F L TR REMD A ERILLEETH > 72,
AT T VDR DI BOBRR ORGSR, BRRIERFEERFTDO SMA O CL, 13, FLIERLS L O
RRIDARIER D SMA L0 HE < (0.694%) | FLUILBLOFIER D SMA D CLe i, FLITRI LI O FIE %
® SMA L0 HE< (0.159%) . FEERIERFEHATO SMA D CLeseld, FLIBHLIA ORIEHR D SMA LV &
<725 (-0.577%) EHEE Sl

~
=

6.R BB 2 BB DO
kgL, AHZEICB W TEE &7 232SM201 SRERICBIT A RBIOT—2 v b4 7 (202042 A5
— & Hy A7) FTOMEEF KO CSF HOARIEREDRAE (6.2.1 ZH) 12O\ T, BEAGRHGERFIZH:

4) SNEANDFRIE# D SMA BEEXRE L8 THRER (CS1 3B, CS2 #BR. CS10 35k, CS12 HBR) . SMEADRIEH O SMA B
Zxtgl U288 MHERER (CS3A RBR) . HARAKUSMEADOFRIER O SMA BHF x5 & L EEEILFE S MAHRER (CS3B ik, CS4
ARER) | BRFRIEIRFEHATO SMA Z x5 & U sh s THRRER (232SM201 388R) . CS3B #Bi J2 O CS4 BRI - BRAMLUEICE A
LD o 7238 E# O SMA BE Z x4 & L7/ E TFEERER (232SM202 iRBR) | B EICARI O ARER (CS3A Bk, CS3B ilEhr.
CS4 #hBE, CS12 5B K& O 232SM202 5BR) (22N L= RIEHZ O SMA BEF 2 x5 & LB IRIEE mEM & 538 (CS11 7 Bk)

5
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Han=YigRo o] &) A7 %7y AT ETOMBER RO CSF F ORI ORAE (PR
2945 H 31 BT TAE U T8 12mg) FAEREE) & REREWVITRWNWI LEND, RAIDOIEY
REIZRE L T e EAIIR D TV RN il L7z, E72, BRICBUTORA SCGE T, BEAKGRRE
(ZHR S 4072 232SM201 FRERIZIS1T D CSF HUARKEIR B 2 £ 2 AR R ST L VR g o0 B3 1t
L CAKZHGT 256100, BEORBEEEICBIET 2 L) EEREN 2SN TVWDH Z L2 BE X
D&, BT IEEMEIIRELER D,

7. ERREVE RN R OERRH R 2 B3 2 L DN BB I 38 1T D& DI

BRMER OV EPEICBT 2 HlE R & LT, R 3 IR TERARIEIRFEHAT O SMA & x15 & Ui
O AHEBR (CTD 5.3.5.2.1: 232SM201 #BR) ORES TR Sz, 2o, B EE L LT, RAIOIIE
%D SMA Zxtg b UT-FaARER (CS3A 3Bk, CS3B ik, CS4 ilBR, CS12 ik & OF 232SM202 75R)
Dkt 558k CTh 2 FBIMAIEE REHB 535k (CTD 5.3.5.2.2: CS11 3#Bk) Ok gt &ns-, L
T FE B AGE A Fla T 5,

F3 AR OZEMIET D R BRO—

TN IES . ] Rk e ERZS

Ky | sk e 18 PSS s ik - A EOBN ST B
- - WERE OERIC L D CSF HEERICE S| 0

e | MR PHRELC Y SUNLBER T AH 12 me 4015 Rl 9%, B BREA 1 e

el | HESL | 232SM201 | I | RERSUSZE RS S N7 lRE| 25 20 B0 64 FHICHEE L. LIKE 4 9 A R C etk

RFEHATD SMA e - v N T

a) TRBR TR B 55 1~5 W C I, BURE AT & % CSF HEE Rbic D & . AH| 12 mg 15 KU/ B B & U, TABRFENG 21T 2545 6 ok
[T, WRBRE OAFEEICBD & T AK 12 mg/HIN 5 Sz,
7.1 EEERIERFEBIRTO SMA % xt5 L LS 1 AE3BR (CTD 5.3.5.2.1: 232SM201 3RABR <2015 4 5 A
~REfEH 20202 AT —F By hET9) >)

AR TRAIZ X D SMNL AR 1O KRR I B AR ST BRRIER B BLRT O/ ELN SMA? (H IESE
Bk 25 BI® ) ERIGIC, KAIOHFNE, etk OCRYEIEZ RG22 700, FEFERIESIRRABRD 10
O E X IFHIRD T HEM s s GEMEIBIZ DWW T 6.2.1 HBR) |

ik - AR, AA 12mg Y &/ D (R 1) 2856 1, 15, 29 KOV64 HEICE G L, DI 40
H bR CREENE G- L Sz,

ok SNARINBEG- Sz 25 B (5% 3~42 H) 2F113% éﬁ’éﬁﬂ%ﬁﬂ&tﬁﬁ%é@fﬁtéﬁéﬁﬁ
RBEMTH D ITTHEM E Sz, T—4 8 v FAT7HEE (2020462 A) 1285, B8RS OIEBREK

B KB 5T A B IERTAR 0O SRBE R AL T O INEAR 1T Je i 45.11 5 A [ (%uﬁ :33.3~56.8 7 HI#) T
BHo., FIEFIERD SR o Tz,

5) BE/KFEHFERECIE 232SM201 #RER (A% 8~42 B, FEMEIRE X OV MR Gk 17 B1) (12B1) 2% 5546302 H ALK ON183 HA
f@ﬁ%ﬁ&@cw#@ﬁ%b77%§%®ﬁﬁﬁ%mén\mﬁ¢$%ﬁ§(¥wﬁiﬁﬁﬁ . LUFHEER) (3E5RG 1 BHHO
Bl 4 RpHIRF R T 448.6 3523 ng/mL (13 f5l) TH Y | ARAIF 5B 64, 183 KT¥302 HHIZ T5Mﬁ¢$1b77ﬁ 12 1.5+04
(11 %) | 0.8+0.26 (9 #) X008 (14]) ng/mL, AFKIHGBHAA 15, 29, 64 KN 183 A HIZIHIT S CSF AR 7 7 EIX 20.2
+17.1 (A3 41) | 324260 (1161 | 347%£32.7 (11 4]) KO19.7+18.1 (9#)) ngmL TH-o7z,

6) BB BAKOWEFE G235 3 ELL BB L7 Tdh 5 2020 42 A NIRRT R & LTRESNT,

7) BRI OEG FRAEICE Y 5 FRAKOER (59 12 MNLEGEFOREESERER I IER, FLIIEA~T u#ES
BOEREETHHE. @&msz%%zxi3:t—ﬁ¢é$%6ﬁuF@%&éh Ay Y —= v JREIMIEE SEm (1 3
H) OGRS & OYERIC %EE(\W)EﬂmSMA%rwﬁmm%w&MM*nf%i%%émto

S)E%EWﬁﬁ\ﬁ%%WﬁﬁtkwTSMA:ﬂ?éﬁiﬁxﬁ)*:/ﬁﬁ RANCE I N TEHT, 4% 6 WHLANDOE 23R
BRICHHAAND Z EIXREECTH D EHE SN, FEharTRetEiciko% 25 1§J<E RE SNz, 728, MN2 @iz Fa v —ickBiT 5
HEEREGIEIIRE S 2o 7,

9 A—ARTUT, TAEBLTF YV, R4V ARTIZ AZVT | BHE— B, ~bra, EEEROKE
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i%ﬂﬁ@ﬁ?%é%Nyk(%tﬂi@%ﬁﬂm)ﬁ%ﬁ?éif@@ﬁ:omf®%ﬁ%%mm
7% 4, VN2 #1512 B — %0 D Kaplan-Meier IfRIZXK 1 D L B0 THY |, 7 —% 1 v A 7K (2020
w2 A ) VT 25 FIAFIn AL, 4m(w?M%$mmLm%:t~ﬁ 2 ) XK
WABMEL 2ol b OO, K[AE GBI XUT AR Z LB L LI BRE 1358 B LR o7,

Fd AU GETXUIRERSTAN) BFEBT D ETOHM (232SM201 385k, ITT £F)
SEARBRE | 1~ AN GEESUIMERAA) FEEES (Kaplan-Meier $ E4i)

¥ REHIHD (6 AlET| 3HAKET |18 0 HmET|oh 30 36 42,48 54,

60 77 AtinE ¢
VN2 iEfm 7] 2 15 4(0,4) 0 0 0.067 0.267
av—¥k 3 10 0 (0, 0) 0 0 0 0
LN 25 4(0, 4) 0 0 0.04 0.16

a) A v NRBIGIEL GECHER. RS A BT

1.0
SMN2EIEFIE—% 3
0.8+
-e -e - e 0
gl SMN2B{EFaE—# 2
0.4

0.2 atriskB(EB: SMNAB{RTFAE—#2, FB: SMNABEFIE—83)

15151515 15 14 14 11 11 11 11 11 11 9 8 8 5 5 2

10 10 10 10 10 10 10 10 10 10 10 10 10 9 7 5 4 3 0
I

I I T T I 1 I I T I I 1 I T T I 1

I
0 3 6 9 12 15 18 21 24 27 30 33 36 39 42 45 48 51 54 57 60

F&(H)
1 SMN2 BIa1 a2 E—HHIDA X b GECUIMERSA) BHBLT 5 F TOHIM D Kaplan-Meier B
(232SM201 #&B&, ITT 4F)

AR FREEMFRANA) IEFIRE (%)

FEHS (BARBERT 25T X, 100% (2525 f5l) 238D b, FHIFRD Lo T,
HELAEFRRIT, ESOLBY THoT-,

£ 5 HELAHEHESLOFIRN (232SM201 &ER, 2 EVEfENT G SREM)

s - ik, KBS - BEEE Y - gk - Wk - EIRHEERATE - WPkRE . Mk - Rk, RRGERYE - T
F, ~A 277 XMk, UA AW ERGERYE, WEHEZRITRAEWERE - ISR - PRI S50 - Bk - PEgsin -
TUTFO A NVARREYE c aaF A LAY - RS A L AKIGE A - HIEES « AV R4 - RS A -

APEIP R A - T T A VARG« BR - A NV APEE G - AV RA - g - SRR PR ES
ﬁ-RSW4WZM§ai& FRIEMEZE - FEVRESIE - Jfid - AL N U A L ZRE S - TR R4 -
FRMEMENGZR - LAE R U A L AREGYE, RS, RE@EYs, RS U A VARG FEEN - IR EREMEIG S - it
K« va— RET AFEMEMZ% - Lwﬁﬁm%lﬁ(lu@)
* JRBRER & DR BEBIMR N EE STV HEG:

48%
(12/25 1)

IR L ORRBRNEE SN oo AEFEEFGDE, 60% (1525 4)) ([CRD LI, ERFGIL, 7
JHETF B f#l) Thoiz,

NA LA (KRR, IE, TRIAER ORERE) (2o T, 2 Q161 | SR (5 F) | FRkiE
F GBI . FEREE, FERRA, PERCE R R OWERREE (% 2 B . EiE, O, (KR E

10) FER S ALE, 1 B 6 REMILL_ ORI SO TIFRIRIHR A 7 B UL e, SUXRE VBT O Fli & E2% S hiz,

1) FENTRHENC BV TR, A= b GECUIIERITA) FBIRFOFR O Pyl [95%EMXM] #HHT 52 & &anTnian, &4
FHOWEERE D 50%H8 TA X2 MRFHE LR o220, PRAETHEEART E Sz,

12) VRBRIE L O FELORREGRIT, IR TEMIC LT TR L) | TBE6<BERL) . BZELMEEHY ) Xt B
%@J@wfnm&LT%%éh\:@5%\%ﬁ%&@ﬁ%%%ﬁéﬁf%@wﬁ%$%m\Fx%%<@ﬁ&LJ\T£%%<
BiEH Y | T THEHY ) LERS N,
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T BRREIAEEAR T R OVEMERFR RS (35 1 61) 2 bz, DEMICOWT, BRIICHELS 25
EENIRD SR oTz,

7.R BB T D EE OB
7.R.1 ERRELENITIZHONT
BRI, AR OEARIERIEBLATO SMA (233 2 B RBINLEAHFIZOWTHAT 2 K 5 HEEE IRk
7o
HEEE X, L FD X Il :éjﬁﬁﬁ Lf:o
o SMA I, FIEFK & @ BIEET~ A LA h—A2 k0 RIRHNIRIET 5 0B & | HAERKITT
JET D 1A, A HI’?Q&UIVE’:J IRAEH (FR6) . HAERICHIET 2D 55 1 B b BHIE
THY ., WENEHEYE L X415 (JChild Neurol 2007; 22: 1027-49, Neuromuscul Disord 2015; 25: 593-
602 %)

# 6 SMA O¥FERIHE

o FEIERF e R 0 SMN2 5 ¥ | &2 SMA 125
it (B DR R EEEH <A VA b= EeSiinige S |»ommEs
0 Nary (HAERE) 7L $ A~ H 1 1%

. . MR AHBh 72 LIS AR 24 B ALK
% 0~ y B3 STX p %,
I 1% 0~6 0 AR AL TE 72y DATERES - 1.3% 1, 2%, 3 60%
% o~18 WA BTN TEZRN 2 % 5 RERED AEAFHESR 70% 2, 3% 4 25%
HagTRE TY=Re N L DHEST
I 1.5~10 % ffTafﬁf{zE«??% DN, BEOETL 3 4% 5 15%
EHITHBITREAID RS R D CER LU
e TR ICEBIRE N O NTTRE, FIEMR T : . o)t
v BEIRE e~ i o 0 TR OBEEO B Aok P

L ERENORUTE RO LD A

AFRIZIIT H SMA OZWFERE VO Tk, BKREROBIICIVBEZM N /2SN DN

(https://www.nanbyou.or.jp/entry/285) | AFNZI5 1T 2 EHNORIEMRFEZ AT — & 0D | ERARSTER

FEBL DA OTEHRBA MG £ TOHIM (e [HPH] ) 1336709 [7,25897] HTHY ., SMA D2

Wi HIREICE D £ CIZiF—EHMOBENNE L TS,

o FETo. AHO SMA ORZWEAETIL, BKIERORBUC XV EZKPA R ENDTD, Blofihdk
WZED MNLBETFOREIIERPRBOONTGETH->TH, Yéfﬁ??&%ﬁé?éf: (Y RS
WORBEFFOMENRD D,

o« L2 L7AA6 SMA BEICBIT 2 R 72EE) = = — 1 OZVET, BRIERFEERT HHETT L,
HAERICRIET S [ R0 SMA B CI3EEMO BYIES = o —a o OEMERMGE Y . KAID 3
71 H CHEEOBARRE, A% 6 A LINICEBHEALD 90%LL 2T 5 Z L AMEShTWns 2 &
725 (AnnNeurol 2005; 57: 704-12) . SMA % RHIZZWr L, BRAIEIR 23 FEBLT 2 AT D B T R4 7>
HOEREIT) ZENEETH D,

*  SMA O RHIZKIZHOWT, $%Ti BEAERFEBLATNIC W T h | SBICAEENZFEAEEIZ SMA

DOHEEZWIN SN TN D 5E% . LR O RIS D AR AT W UL AR B OB s TR

TIZ K D HWIERTZ Lﬁ?jvtﬁézhfb\é E72. SMA IZXFT DI RED ERIRBLG CHER TREIC R o 72 2

13) JRYEHNCHAE L, HAMS CATIERERSLETHY, A% 1| THAETIRETT S L ENDEM TR TR EAFR
(Neuromuscul Disord 2015; 25: 593-602)
14) A2 7 YRV 12 mg A RGETHE (MM 2017458 A 30 H~2025 48 A 29 A, &fliiE. TMT—% (202145 H 30 A4
v bAT) ETORLMFAMRIRAE G 477 1)
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ENB ., ARITIE, 2021 4 10 AR AIZBWT 7 2O BEIEIRE 1 SDOFEFEADITBW T, ok
BB DETZ SMA OFAEIRAZ ) —= 0 IREHBESHLTND, &5, $%@SMA@%%%

HEICOWNWTIE, BEUGTAED LN TEY . EBIEFARE T MNL B AR AR A, A
K OZFIICHE U T2 RIEN TR IS 5ETL. SMA O MﬁE®Fwabj_&é#6?ﬁﬁ =
TN A0

o A, 2-MOE Effi sz 18FEDX I L ATF Kb b7 v F v AF ) IX T VAT RTH
V. 2017 47 AT TELIRIUFREMERZEAEIE ] DORIRE - 2R TR S 41, 2017 42 9 HITITFLIRA LIS
DIIEHD SMA bETe [FHFREMEMHZENIE] OEE - DR TEKRINLTWVD,

o FRAERFEBLATO SMA ZX%f4 & L7zipsh a5 DAHER (CTD 5.3.5.2.1: 232SM201 #BR) 2B\ T,
VN2 SBIE T4 2 L3 2 B —F T AR IBNT, xﬁmﬁ%éﬁﬁéﬂ/szﬂ%)
FREE 72D K5 OB ERITRO Nl (TRI M) Z L Z2liE x5 &, $ﬁi%
FEIRFEBLATD SMA (23T DIRRIBIRIR D —2I1t b 2B 2 %,

ATHER L, BRIRFERFEBLATO SMA (ZxF L T FlaE e i AEEIRFE-L CTH LA T L T TR

PILIRAR 7 L RFNOFENFITFIZHONWT, HEEFICHAZRD T,

HEEE X, LT XL SR LT,

o ERAKIERFEHLRTO SMA (2T DA AT HA T L 7 TR/ULARRT X, SMN # L3y
Ea— RTLBEFEVANVANT Z—ICLVBEAT LHEBFIREOFAEERER L THY | &5
ﬁ%kLfi2m$ﬁ®$%#OHAMwﬁ¢ﬁ@@®$% wmbf% lEnTWnW5, £z, 1K
2.6 kg KiOFEGBITRE SN TR, DI, FHEERENEHT L2082 0D
&5%%’%“TEW&EXTH4F®&5%ﬁ5%%#%éﬁ B RE AT a4 RGP
RORFEIEE LIETAREERS 5720, RBERICBW X, EEMICHEY T 28 %
T HERH DL EIND,

o i, AANT, FEREICE T AEGHIRITREHE SN TW RN LD, BERERIEBIRTO
SMA 2B 22O RHOBREOBEBEMZE X5 & AFIIAT L, T TSRS

NEETERVBEICH L THREEND ZEBRBEIND,

ML, R ENTRBREES 2 E 2 D & AANIEERIERFEHATO SMA 1T 5 IR R
feD—o2 b &2, HEHEOHHE TA LT-, B, BRONEN T 2B £ 2 722068 - 2h oY)
PEIZOWTIE, 7RATETH| X & Matd 5,

7R.2 AT OWNT
TR2.1 BRRT—F Ry r—JiZ2nT

BRI, BRARIEIRFEBLRT O SMA Z x5 & L 7zipfh i AR (CTD 5.3.5.2.1: 232SM201 #ER) Dl
BRETHEIREIC BT D RBUT DWW THIBA L7z £ T, 232SM201 iBROEGR T — % /X v 7r— 2B D ALE R
FIZOWTEHT 5 & 5 HEHFITRD T,

FETHFEE L. AHID 232SM201 FHEROFHERFIZ IS 1T 2 RBUZHDONT, LT O X 5 IZF L7z,

15) —fRAERIE AT DR RO BESE & FJe 2 i+ 52 (CReARID)
16) % 44 [8] JEAR EEHD PRI EHR R ZEES  (https:/www.mhlw.go.jp/content/10905000/000862059.pdf)
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232SM201 BRI AA A7 2015 FFREAICI VT, AR TIE SMA OFAERRA 7 Y —=2 7135
ENTELT, SMA IZHT D HNRIBERIEN o T, ZD7=, AT RITERIER 233
BLLT SMA L2 7zdHa I8 Th, RICA 72 R CREME 72 B8R TR I3 5 S 41 C
WR o T To s, 232SM201 FRBRIC H AR ANERE 2l AN D Z L ITNEETH - 72,

SMA DOBEARAIRKNIZ AT Z TR 2D 72 < (Genet Test Mol Biomarkers 2012; 16: 123-9) | HA
D SMA HEF# L h[E O SMA BF TR I FAIBLE LI L Tk Y (Brain Dev 2011; 33: 321-31) |
SMA O REBFERLAFHRICE LT, AFEE, BRE TS TR S 1T n,

F72. SMA OZW K ONRIFEIIAI 2 & o R AIZ 2007 FD A K A > (J Child Neurol 2007,
22:1027-49) (2SS XTI T\ 5,

EHIC, KEOELRMRBEERETHD KV X Y X7 LT —BOIEHICRIEN R ZER TV L&
ZHID T END, EYBRED RIEZAENFAET 2 W Rethid RV & B 2 b,

Wz, BEEEIL, 232SM201 RREBRDEGIR T — % /X 75— VIZBIT DALE T IZOWT, LFDO L H I

FLE L7,

FIEH O SMA Zxtg & U7 E RS ILR S MAHRER (CS3B SRRV K TN CS4 3B 2B\ T, HARA
PeBRE OFEMBNRE K OGN OWTIE, BEREH L RES R RS BARNTIEW TR LRIE
LD 1O EAMEDOREITR O bl o T CER29 45 A 31 BAHT R ONERL 29 45 8 A 22 H
11 TAE > 7 FBiE 12 mg) FEREE) |

Flo, BIEH D SMA £ X%t5 & U7 [EER LR MAHER (CS3B R & O CS4 7R) 72~ 6 R 53k
BR (CS11#RBR') ([ZRAT L7 BARA KR OSME ANBEBRE 1231 D AMEDORERITR T R OEK 8 DL
D ThHole, BRNEERE DD IRNTZOFRIZRA R B 5 b 0D, AARANEERF 1T 2 H D
BEAITITONWT, HAEAERE & RIS, A2 7 BHEINT 23580 b,

17) BIEZ DO SMA 1T BIBE (A7 ) —=2 JHHCAER T HHLUTTHY . MNLEEFOKREK - BRPHEE S, SN2 2 =82 T

b BHBE) BRI, RROFME, BEMEROSEYBIREE R L-, ¥ v AMLUExHRIEEAL ZE R TR e, ik -
FART, v MLE T BEICIE U TR 12 mg #6824 8/ 2 B H5-BAA 1, 15, 29 XV 64 B BICHIENE G Lictk, MRk G & LT
B 5546 183 U302 A HICHEVEN#E G35 L3RE STz, 723, ARFIO TFLIRBIHEREMERZMEE] ORIHE - ZhFRITH 7 5 WIEIEKRE
HEERH I RIS . THE RO ZEME | ORIRE - ZhRITKET 5 — 48 KGR B RE R L I R A S & BL ISR S v T B,

18) 2~ 12 F DIEJEH D SMA B3 (% 6 1 A L 0 BICHRIIC SMA ICAET DIEIRERIE L, SMNL 5D XK - EENHER SN

ToBE) 2RI, ARIOAIER VR Z G LTz, v DALE S IR (L T E ST ML REAS, ik - &, v
DAE IR 12 mg/le] 2 B2 5-5hA 1. 29, 85 10274 B HICHEMENE G- 2 LRGES e, b, AR O TEFEEMETHZERE] D%
HE « ZDIRITS T D —HR28 HZRGR  REIRF LI TP R AEAT RS R & SR ISR S v T B,

19) EBEICARIOEEHERSR (CS3A 3Bk, CS3B #BR, CS4 #BR, CS12 3Bk M OF 232SM202 §BR) ICBN L7238 JE% O SMA B % x4

L LEEIEESREMNRGRER, HiE - AR, UToLRY THY ., IRBRERMMES 1T, $BE OFEERIC L 5 CSF HEE
BICHS X AH 12 mg FIY B/[F 35 S, IRBREN R 2 ALK i, #g OB D S FAHA 12 mg/RlIA &L Sz,
+ CS3B R CTAKIBEOHERE « CS11 RBMOLGBAE 29 H BICARAN ZREVENEL S L, #5841, 15 X064 H BIZY v LMLE AT

oToth. 4 A BIIHRA EBIENRE T 5,

+ CS3B ABA T v DMLEREOHERE « CS11 RBROF 550446 1, 15, 29 KU 64 H BICAKI 2 BEENR G- L=, 4 B A EICAK % §E

PeR# 59 %,

- CS4 RER TAFBEOMERE « CS11 RO H546 29 H BIC Y ¥ DLEEITV, FEBIA 1 KO85 A HIZARKI Z#iENE S Lz

%, IBRFEMFHEES 1~2 W TiZ 6 W HME, 53 MU TIL 4 7 A BICiiENE G35,

+ CS4 AR T o v DALEREDOYERTE - CS11 RBROFGBAAA 1, 29 KO85 A BICAR 2 BhlENE G L7tk IRBRFEM I 1~2 i)t

Tk 67 A, %3 LA TIE 4 7 A EICBiENE G T 5,
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CS3B #ERn 5 CS11 ABRICAT LIz HARAN K OFME A DFIER O SMA IZ351F 2 58 1 3kfeil e Ll

CE S TR EL LD
CHOP-INTEND R X7 D_— 2 5 A L %@ﬂl:m (cs1i s, 7—xnv bA7H 20 £
- o DLEIAFIRE AF AT D
CS3B/CSII 3R HAA EXEIN IESN TYEIN
FFAM 1%L 1 23 2 79
BT 0 3(13) 0 18 (23)
BB X3k A 22 LR 0 6 (26) 0 40 (51)
NR—RF A 4(1) 17.8 £9.49 (23) 19,20 (2) 26.9 +8.16 (79)
N2 183 HA 11 (1) 3.6+6.61 (21) 17,24 (2) 8.8+ 8.14 (63)
iH:?;I})\ITEND FA v 394 H A 13 (1) 6.1+6.32(19) 22,24 (2) 13.7+7.91 (51)
A=Y 818 H H 21 (1) 8.2+ 6.66 (19) 24,32 (2) 17.0 +£9.22 (57)
X (9 Fef kel 21 (1) 7.9+6.71 (21) 28,36 (2) 15.5+ 13.26 (72)

BT, BB UK FER e iR - 24l (EIE (%) ) .

a)CS3B BT v ALBEHTH Y
T

b) CS3B B CAAIRETH V. CS11 #BRIC
BRCARI DB 5 S NT=T — X &Bmd,

¢) MIRMEABOILIICK T D EIMEREE M 2 RETHY  (Neuromuscul Disord 2010; 20: 155-61) . FAEL. {(K#pK O
R OB X EOREBNA 72 BB & 5% S D SR EB 2 SIS 16 HENG D, FIEEZ 5 BB (0~4 /7)) T
ZariklL, Git2a7 (0~64 ) #HHET5,

CHOP-INTEND : BBl S 3 -8 = A AR 22 GHm61%0)
. CS11 B CAFIN G- SN7-#E, LROFIL CS1 B TAFINK G S -7 —

BOTHE &k AAIN L SN, EioFRIiX CS3B B &L O CS11 &

#£8 CS4REEMNS CS11 RBRITKEAT L7 HARAKUSMNE ANDFIEK O SMA (1231 5 HFMSE A 227 O

R—=2F A b OER (CSI R, T—% > 470 2(.5|H)
e U DALE/IARKIRE Y ARFNARKIFED
CS4/CS11 MR TEIN TN EEIN HEA
R—ATA{ 187+4.04(3) | 199+8.66(39) | 264=124(5) | 22.1+8.05(79)
N2 350 A A 2,7(2) 0.7+42(16) 08+3.19(5) 3.4+ 448 (78)
HFMSE 2279 | 4o 930 A H 2,13(2) 15+671(33) | -08+444(5) | 4.0+648(78)
NED 1170 A H 20+7.65(5) | 02+£559(5) | 4.0+7.84(74)
y(A s etk 4.0+7.94 (3) 0.9+6.72 (39) 0.0+5.79 (5) 39+8.53(79)
BERME ST R R GG « —: 7 —%7%L

a)CS4 RER TV ¥ LAERETH Y |
KT,

b) CS4 RER CAAIFETH Y . CS11 RERIC
ARG SNT—Z 2T,

) /NEDOEEERE A T 2 NETH Y
iz, BT, EAT. BEEEOET KRR
7 (0~66 1) #HHT D,

CS11 RBRCAR DB G S f, ERROFRIT CSI MR CTAR NG She 7 — 2 &
BOT O EME AP ERE SR, ERLoRIT CS4 REBL T CS11 AR T

(Neuromuscul Disord 2016; 26: 126-31) ., 2&{iz, Y, W-2EV, B H, 37
S5 33 EHA NS D, FEAE 3B (0~2.5) TRa7fkL., Atr=

o F7m. BRIERFEHATO SMA & &G L7z 232SM201 iABRICEB W T, AREOARHEE A (28
WTHENEO b (TR22SH) |
o BIEKD SMA ZRiS L Ltlﬁ‘%/ﬂ%mﬁe&%ﬁ (CS3B 7R MUY CS4 3BR) 7> b R 5-505k
(CS11 #ER) (ZRAT L7z A RAKOSENPERE (21T 2 A EFEFZORBURDUIR 9 D LB
Thole, HRAPERE DD WTZDFHIIZIRA N H D b OO, HARAERE T\ TRER R
LD 89 R BEEEOBREITRD bR Tz, £o, BEEREHRAO SMA Zxig%L L
232SM201 FRERICIIT HLEMET 7 7 7 A UL, FIEHR D SMA Zxt5 & U 7= [E BRI R 2 AR
(CS3B §BA L N CS4 iBR) &bl L CHi- IR SIEiRod b v o7z (TR3I SH)
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#9 CS3BHABRIICSAHEBENOBITLEBERAARUAEADORER D SMA OFEFLOFEIRG
(Cs11 BB, F— 0 bA7 A 2 F] A, REERTHSER)

CS3B/CS11 #Bk CS4/CS11 Bk
HAAN AEA HAAN AEA
A1 3% 3 102 8 118
FTRTOFEFS 3 (100) 102 (100) 8 (100) 115 (97.5)
EEAEERS 3(100) 92 (90.2) 3(37.5) 49 (41.5)
BEPIHCES-HESES 0 21 (20.6) 0 2(L.7)
ERFEFS
B 0 74 (72.5) 3 (37.5) 69 (58.5)
oS30 1(33.3) 51 (50.0) 2 (25.0) 49 (41.5)
BiZs 1(33.3) 48 (47.1) 2(25.0) 18 (15.3)
IBE 0 47 (46.1) 1(12.5) 51(43.2)
e 1(33.3) 42 (412) 0 19 (16.1)
RS 3 (100) 34 (33.3) 4(50.0) 38 (32.2)
NE - 133.3) 34 (33.3) 2(25.0) 56 (47.5)
R, 5536 0 34 (33.3) 0 4(34)
ik 0 21 (20.6) 3(37.9) 48 (40.7)
KEXE 1(33.3) 15(14.7) 3 (37.5) 15 (12.7)
%5 2 (66.7) 14 (13.7) 1(12.5) 13 (11.0)
A INTUH 133.3) 14 (13.7) 3 (37.5) 23 (19.5)
1T 0 12 (11.8) 3 (37.5) 20 (16.9)
ozl 0 12 (11.8) 0 42 (35.6)
HiE 0 9(8.8) 2(25.0) 44 (37.3)
& BB 1 2 (66.7) 6(5.9) 0 0
B 0 5(4.9) 1(12.5) 51 (43.2)
EL 0 5(4.9) 3 (37.5) 17 (14.4)
FoE7S 1(33.3) 329 3 (37.9) 2(1.7)
frigeEmEM LR 2(66.7) 1(1.0) 0 0
Bk 1(33.3) 0 3 (37.5) 8(6.8)

RBFIH (BHRHE (%) )

o PUEXv, 232sM201 RBRICEAANITIZBIMLTWARWEDOD, YiZRBREGE b > THAANDERE
FERFEBRTD SMA (2B 2 HEIMER OCLZ2MITFHMEFTRETH DI EE XD,

7.R22 WHVE IHERBICE T 2 HEREC VT

BEHEIL, ERIRIERFBLATD SMA xR & Lo MHRER (CTD 5.3.5.2.1: 232SM201 #BR) 8
B EEFHHIE R OF% ERML A A Lz LT, 232SM201 RERICBIT HEMEICOVWTHHAT I L HH
EHEIRDT,

Reaaid. LFOX S5 ICHA LK,

e 232SM201 RABRIX SMN2 BIaT% 2 XL 3 a©—F T 3EHRERTBER O SMA 2345 L LizZ &
MO SMN2 BIGT% 2 a—F T 5HBREOKTHITEEITIL I B SMA ZRIET 5 Z & SMN2
BET23ab—FT5HREOKRMBOIT IR UINE SMA 2RIET 5 Z L NBES N,

o 232SM201 RERD EE R H DRI RRIT SMN2 BinF%2 2 a2 —FT588E & L, FEFHA
HE % A X2 b GECUIMERITA) BREBLT 5 ETOMME) & Uiz, BERROIZ %% 7= SMN2
BEFZ2ab—FT5IESMA DS b#RKMHBZR L T24 W Al B TEFTE 5HIG1L 10%
EHEEENTEY (Neurology 2014: 83:810-7) ., I % SMA 0 HAREE TIiX£< 23 2 mRITET AN
UK BRI R L E L X (the 20th Annual Spinal Muscular Atrophy Researcher Meeting 2016;
Abstract46) . D% SMA O BREE TIIAEH 0 BE MR EAFRAMHEE) 2 LB L U, Mk HB) % B
b3 % EE O RE (GEE) 13 5.0 (1.8~16.6) ik & #iiF TV % (Neurology 2021: 96: €587-€599)

o LAEXD. 232SM201 REBRICBWT, FEFHMEEB 2 T4 X2 b GECUIMERITA) BEBTLHE
TOHM) LT5ZLITENEEZD, FERAA] OEFRIZOVT, CS3BRABR T 16 R/
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AU LMK Z 2O AW ESREZ DT 21 ARZ28 2 T, UTKEGRRN LREL T
723, 232SM201 RERTiT X 0 BREE OFPRBEREREE 2 40iE 3 5729 (6 Ffil/A LL ELOREAE L <
IR EMRR L 7 BB, SUIREBRN & L, 7edk. EvEMELZEE 2 TRBRORB
BEREGISE 25 Bl LB E L. A2MEICEET A HaHER R BREAERBUIFRNCERE Ligh o 7,
ZDOFER, 232SM201 RO EEFMEH TH D (4 X0 b GEC IR A) BEBRTHETO
I TiX, TRTOERE (SMN2 BaF%22 ab—FT5F : 156, SMN2 BzT%3 a2t —
BAT5H 104 TEERRDLN, 4FI8R100LBY, MREAMAZLEL LEZLOD, [EY)
BAT I3k e R 2 LB L LIRE IO b RoTe (R4, K1) .

# 10 PR ADRLEL o7z 4 FlOERE—K

SMN2 BRI A A A o L7 A A REOR S ABARART 4 B UARICRE L7
BEFO | e GRERBZEDD s RO A A DFESR R REERE YD EEFS
ar—% D) 5 (BRERBILED & DS T BRI
wEEQD 2 613 HE 1041 B | @HAORCIERBORT Bz (613 HE)
556 HB 8 HIM IR AR RS A VAT EX %K (556 BH)
HMiEEtEMZ% (687 BE)
. ) 690 E»E 9 B FFRBRIMRK AR RS (690 B E)
954 H H 9 H I I (@ AT MR R4L (953 8E)
BiZ (1292 HB)
1292 HB 8 HIM B AT AEER RS (1202 HE)
58 HE 16 B SERBERE RS “"ggggﬁ(ﬁfﬁ T EE)
#HEBREQ 2 »
1196 H B 281 A4 IR MAYIT mkiEh% (119 A A)
R A4 (1196 H B)
523 HE 56 HH R R OFER AR -
HBRED ) 582 HH 77 B8 FEE WA v a— FE) AFEEM% (579 BEB)
718 H B 72 B8 FEE WIS -
860 H B 10 B4 FEEWAIRE —

a) MedDRA SOC PFER3E, MhE LUNERESE) 28 Eh 538

232SM201 RER DBIR A ZMEFHEEE T 5 WHO #Eli~ A LR b —C00FREIFIIR 11 OLE
DTHY, #ER L WHO BV A VA F—UER—RF A UDLRELTHEMLZ, SMN? #i=
FE2ab—FTHTRTOEREICBNTAEZ IS VAETIZ XXRLUTHEDS] . 30%DHEHRE
BRI T—ATHL ] 2FER LIz, 72, SMV? BfaT% 3 ab—FT 5T X TOWEERE R/
RERRH (E% 176 WABET) I T—ATHLS] ZERL, 1ZLALOEREICBNTT—X
A1y b AT DEAEKIERFE TICHEB)~ A VR b— 2 OHERENHERR S vz,

20) WHO Multicentre Growth Reference Study Group |2 X V2B SN TWARBFE/NEVNER 24 VABETICERTHEEZBND 6 DDIE
B~vA VA b=y (ZRABRLTES, XZ2HY TIELD, WOEWV, X2HY THL, —ATIED, —ATH<) (ActaPaediatr Suppl
2006c; 450: 86-95)

13

AV THHEE 12mg N ATV

v Vx R_UBASH FERESE



F 11 SMN2 Bl 72 B¥—HBNCEIT 5 WHO EB)j~ A /LA h— 2 OEAMEIS
(232SM201 #&BR, 2020 4E 2 HT — 4 B v N A 7 Ok Kbak)

VN2 s Fa E—H 23— 3ar— &3t
FFAM 1%L 15 10 25

. %z LCHEED 100 (15/15) 100 (10/10) 100 (25/25)
XA LTHED 92 WA YE TICZ 2R LTS 73 (11/15) 100 (10/10) 84 (21/25)
N . T zHY TILDO 100 (15/15) 100 (10/10) 100 (25/25)
FAD D T T R S R A R D S 60 (9/15) 100 (10/10) 76 (19/25)
. o2 V&7 5 93 (14/15) 100 (10/10) 96 (24/25)
P2 B35 WA E BT 5 40 (6/15) 100 (10/10) 64 (16/25)
. X z2H 1 THL 93 (14/15) 100 (10/10) 96 (24/25)
KRB TS e R s G R A b ) OB S 30 (6/15) 90 (9/10) 60 (15/25)
. — N T 80 (12/15) 100 (10/10) 88 (22/25)
AT 16.9 1 A 9 TIZ— A TYD 27 (4/15) 100 (10/10) 56 (14/25)
TS — NTHL 80 (12/15) 100 (10/10) 88 (22/25)
= 17.6 7 Hlis 9 F Tlz— A THL 40 (6/15) 100 (10/10) 64 (16/25)

EE (%) GRS BTG
a) 99% DR/ N K HB) < A VR b — U BT D IR

o F7o. BIRADMEFHEIEH CTdh 5 HINE-2 Eh~ A LA h—22DD 2 a7 CEHE S IEAERE) O
N—=2F 4 (29%1.69) 725 778 H H £ TORMKEERF O EIL 21.9412.55 LML, 4
< | ZEERR L7-#ERE OFIA 13X 80% (20/25 ) Td D, CHOP-INTEND R 2 723 g KA =27 T
H D 64 12 LIHBRE OFIE 1T 84% (2125 6)) TH-7T-,

o HANIER SN SMA FERPIZONT, BHERBIMFICH T 2RAERDUCBET HERITER 20 &
BOTHY, SMASERORIEIL, 365 HE (13 7 HE) (2% 12 1 (SMN2 {512 22— : 10
B, 3av— 240 . 700 HE (24 7 Al TIX 76 (&2 a8—) IZRBDHI, HEHEW
SMA SEMR T AR B E ST AR IS OB~ A VA b=V REM TH o7z, LN LN S, R
EIFEMFISOEE)~ A LA =V KRB TH T2 T X TOFERF I EHmEREL, 95 4
BHTIAGHIRE £ CTIZ TR TOEE)~ A VA h—2E K LTz,

21) FLIBIZI T DA S ONE R~ A LV A b — 2 DFEEZ T HRETH Y (JPediatr 1999; 135:153-61) | 8 DDEEh~ A /LA h—r
(FEE = hr—v, A5, oot WD, BiKD, TVEWN, D, H<) 1220 T, FhEh 3~5 Bl (0~4 1) TR=7 1k
AFHE (0~26 &) ZHEHT D,

22) FREAFR B OILILIC I T D IEBERE &2 T 2 RETH Y (Neuromuscul Disord 2010; 20: 155-61) | SHES, A OV L Tl &4
DOREBN 22 E) & 3 SN D KA EB AT 2 16 AL D, FHHEZ 5 B (0~4 5 TRaT7 L., AftA=T (0~64
R) EEMT 5,

23) SMA JERDFIEIZLL T OWNT DD b6 & HANHE S iz,

TRERERE B k| BETS, RAHERE . EMOERERED 5 08—k ¥ A V% T BEERD . EROEEKED FEp —F ¥
AV 2 KL LD, WHO EB~ A L & b — 2 SRR
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F 12 SMN2 IR T = B —%51] 00 SMA SR O FEBLR DL
SMN2 {52 B — ¥ 23— 3 o —

aF
FEA 515K 15 10 25
e 365 0 H 0 0 0
TRBRSE R 5k 0B B 0 0 0
o 365 1 H 0 0 0
et 700 A H 0 0 0
o 365 A H 7 (1/15) 0 4(1/25)
. b farayiy
SMA FIMB O T b DR B E R E 700 B H 20 G/15) 0 12(3/25)
HEAR FEROREUERED 5 —1F > 365 A H 33 (5/15) 0 20 (5/25)
X A V% TIE D IRERAD 700 H A 27 (4/15) 0 16 (4/25)
FROEERED L8R — T | 365 O 33 /1) 0 20 (5/25)
Z AN D2 KB U LWL 700 H H 33 (5/15) 0 20 (5/25)
— DN EEEEEE 67 (10/15) 20 (2/10) 48 (1225)
WHO B~ A VA b= R e 40 (6/15) 0 24 (6/25)
35 HE | (67 [01309 0.87] | 0.20 [0 (?4 0.56] | 0.48 [0 12?; 0.68]
SMA JEIR % F0E L 7= kB @ . '7 — - '0 — - '7 —
T00HH 1 47 022,073 | 0.00 [0.00,034] | 028 [0.13,0.50]

BE (%) %N BIEHEETE)
a)3. 5. 10, 25, 50 /S—& L Z AL
b) [Z2RLTHES] . [Xx2HV T2l . [HUOEWN] OFTXTOEH~A LA F—r
¢) [HXA2RLTEL . [Xxb T, MoEW] , [EHxbhTH<] . [—ATYED] . [—ATHLS] oF

NRCOEF)~ A LA h—2
d) BB MBI TR S [95%EmX ]

WIZHGEF L, 232SM201 FABR Tld, 00 L 7= 9B O nes itk (RAIARS 5-OFIEEL D SMA) O
HHRIZOWTHEETHZ L E LTV, YRR 5 232SM201 B OFZIMEIZ VLT,
PLFD X D IZHA Lz,

o 232SM201 FRBRICSIN L 7= 8BRE (AR5 S - BEIRSEIR I BLRT O SMA) & & D b bk (K
KR 5-OFIEEH D SMA) ICBIT AEHR~ A LA h—2 OERCRIIC O W T RS U755,
232SM201 RERIZS I L 7=k (KRB G SN2 ERRIER B EATO SMA) %< 1%, T D
ik (ORBIRZL G- OFRIERL D SMA) TIHER TE TWRWEEI~ A VA F—r D TS| RO T4

<) BERLTWE (F13) .

24) IRBRFENEFTEIE S 4 B> O SR ATERIZ B3 2 T OMINAR 41, 232SM201 ARERIC SN L 72 48R 3 25 Bilrh 19 Bl CL SLephiligk 25
ANDERPGF T,
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F# 13 232SM201 BB A E (KK E)

L X DItk (RAIRERE) OEH~ANVA F— DL

232SM201 FRERIZI 1T B kBRE (ORAIR 5

232SM201 FRERIZ I 1T D HBRE D Sl etk (ORFIREE)

wwtr | | mar | WOOEETE g | [N e | | AN | s | SR
F5 | WA | 5 AW | e | T TE g e | AR |, | PG | R
FIEEES —¥% o | L i
SMN2 2" —%f : 2 2" —
Baseline | A~H] AT
101-001 | 1.35 46.5 11.2 17.0 — Gl 2 3 | 897HHE | RA | Rl - — ey
1254 HA | A7 | Rop
201-002 | 0.95 46.0 7.4 18.3 — [l el 2 2 | Baseline | KA | RA[ — — L
302-0019 | 0.43 53.5 10.4 K| 20.5 ~ Baseline | KA | &R ]
302-0029 | 043 | 535 9.7 297 - g | AP 009 e e T S T e 2.0 20 | EfE
351-001 | 0.33 37.4 7.7 15.8 — M | BA O | B | Baseline | ¥ | “R7Al — — BT
502-001 | 0.89 383 8.2 20.4 — IR 2 3 | Baseline | ARaf | ARAf 0 - T
Baseline 6 ANH]
503-001 | 0.30 525 5.9 14.9 — Gl 2 8 | 897 HH 6 RA] - - A:AF
1254 HE| 6 S
Baseline | A~H] ANA]
897 HH | AA[ | Aw[
504-001 | 0.62 53.6 5.9 RA] 12 M | REAO| 1 s i E e T o 1.0 20 | A&t
1611 HE | R7Ar NH]
504-002 | 0.82 54.7 6.3 26.1 - g | 2 2 | Baseline | RA[ | KAl - - |
Baseline | A~H] N
Gl 2 0 3.0 7.0 HAF
506-001 | 0.39 45.4 7.9 227 14.8 i 1254 HA | AT | A
Al ) 0 897 HH | A~#Af Asw] _ _ e
1254 H H 7 Aw]
Fa® | KB O| 3 | Baseline | A<® | K&l 10.0 - -
510-001 | 0.89 46.4 133 RA] - e 2 TR — — e
511-001 | 0.76 452 8.3 15.5 - Al A 2 3 | Baseline | A7 | AR#A[ — — e
SMN2 & —% : 3 2" —
Baseline 22 )
401-002 | 0.10 37.7 5.7 123 — g | 39 4 [897HHE | 22 K] — — et
1254 BH| 22 K]
Baseline 7 AR
501-001 | 1.38 46.4 5.1 12.0 - G} 3 6 | 897 HH 7 AH] - - AAE
1254 HH 7 A
Baseline 6 N
O | 3 4 | 897 HH 6 AH] 12.0 — AAF
1254 HH 6 A
504-003 | 135 | 473 7.7 123 - Bascline | 8 | *7
M@ | 3 3 | 897 HH 8 AT 48.0 - HAF
1254 HE| 7 R[]
G | AP 1 Baseline | AR#A] ] 4.0 — BT
FfE@ | RBP| 6 | Baseline | /RAf ANH] 9.0 120 | #EC
Baseline 6 AR
504-004 | 0.62 455 7.9 149 — Gl 3 12 | 897 HH 6 KA} — — A5
1254 H A 6 A
FRRO | 3 15 | Baseline 6 RA] — — HEAE
506-002 | 0.82 30.7 6.0 1.2 — EEINE 5 T Baceling S > — — e
Baseline 5 N
511-002 | 0.79 459 6.2 13.5 - Ffle | ARBAD| 15 | 897 HH 5 AH] — - HTF
1254 H H 5 ]
511003 | 033 | 375 8.0 16.3 - M | 3 | 6 f;;e;nﬁe 2 ig 12.0 — | &

a) IROREE, b) — KON AR L, c)Beseline 1% [FIE 8 AME B8 & 3B ISR AN A S, 897 HH, 1611 H H X% 1254 H
H % 232SM201 fREROBAMAE S OB TH D | MYV T 232SM201 FRBRICSIN L 7 BE & — IR OBHRAIE S =, d)
KBGO A7 LSUTIEHR AR, o) BAN, HMN2 2 B —HII AR TH o 72 b DD SMNL BT DRI, FEAERH v, 2T

=

: Ay

e H A2 5 SMA E Sz, gd MN2 e —%k: =27 Y 78 3 2’ —,

AT PRI 12mg NA AT =
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I 52, HEEE I, BARIERIEBLATO SMA & %5t L L7z 232SM201 35k & HIAE# O SMA & xf5 L L
tcmlﬁﬁw_ T AENECDONT, LD XS ICHHB L=,

o SMN2EET% 2 2 E—FHT 5 232SM201 RERO#ERE (ARERFEBRTO SMA) & [FHEI
AR (CS3B &R 17) 26 BHIf G55k (CS11 #BR) | %ﬁbt%%ﬁ(%ﬁ%®SMm
JOEMEE R LI AERIIR 4 0L B0 ThoT, HINE-2 B~ A /LA h— /f($<J%
% L7~ 8% . CHOP-INTEND A a7 RN KA a7 Th b 64 107 LT-ErE K O A HIEE BN
MN—=Z T A J 0o LI RE OFIG I, BIEZ D SMA & Eig U CRERIERFEBLATO SMA T
B, EHEMRMER A S RS U7 iBRE . KBRBRDS L EE & 72 o T BRE OB L -
OEIGIX, BARIERFEIATO SMA & g L TRIER O SMA T -7z,

. it\&mmLm%%3:t~ﬁ#émmMm1ﬁ%®w%%(h JERFEBIATO SMA) & | [EFE

[ 25 MAHFRER (CS4 3B 19) 20 b BRI 538k (CS11 3UR) ([TBAT Lo (B8IE% D SMA)
BT IEMEE L LI-AERIIR IS0 LBV THY WHO EH)j~ A LA h—2 Tl— A TH<
%é%bt&%ﬁ@ﬁ &, FBIE# D SMA & Hfg U CERIRIERIEBLATD SMA TEdoTlz,

o ERARIERIEBLRTD SMA & FIEHE D SMA TITA RN —RA T A OFEMEREN R/ 5 2 & ik L
TR ORI T VA UV E LR D 2 OB R RIIREECH D L OO0, FERIERFE LT
WCARKN DO G- 51T 5 2 & CHEBIEE 4 UG5 T & 2235580 H AL, ERRIERFE B O 5-Bilis &
LT, KOEWRIEDIRDIEONLG LD EFEZ B,

# 14 SMN2EE 1% 2 2 E—F{T A EIEREBTTO SMA K OFIER D SMA O EhME O Ll

. o . FRARAEIRFEBLAT O SMA FIE% D SMA
MN2 = F = -2 = (232SM201 3t8R) (CS3B/CS11 #BR)

FFA 1%L 15 81
HINE-2 i~ A )L A h—2 T < Bk L7oiE oflG 67 (10/15) 0
CHOP-INTEND 2 27 N KA 27 Th D 64 (Z7E LT 0EE 73 (11/15) 4 (3/81)
BETEENEN DS SN—AT A £ 0.5mV DL Rtk Lz giaa oF& 73 (11/15) 31 (25/81)

W R A X2 RN U BRE OE & 40 (6/15) 90 (73/81)
KGRI B DS IR & T o - R E O EIE 0 30 (24/81)
L DEE 0 16 (13/81)

HE (%) GE4FIEUE B
# 15 MN2EE 1% 3 2 E—H T 2 BEIERFEERNTO SMA K OFRJER O SMA O ENMED bl

- - . W ARSER FE BLRT O SMA FEIE% D SMA
N2 BT % 3 A e (232SM201 35R) (CS4/CS11 3)
FFAM % 10 74
WHO JEB)~ A VA h— T [— A CH< ) R LR 0ElI& 100 (10/10) 4(3/74)
BAGIEBMN N N—2F 14210 05 mV uﬁ&ﬁ L =9k oBlE 90 (9/10) —

FE (%) GRABIEBGHEEIE) | —ZL

7R23 AEHOEFEHEICEELE KT THRFIZONT

BRI, BRRIERFEBLRT D SMA (251 2 AFI DA B2 KT TR FIZOWTHIAT 5 X 9 H
W3R T,

HEEE X, LFO X 5 IC@H L=,

o FERRJEIRFEBIATO SMA Zxf5 & L7cipdh e MAHRER (CTD 5.3.5.2.1: 232SM201 #klR) ([281F 545
ﬁ@‘ﬂﬁ@ﬁ:omf\%%.%%T@%A%I%ﬁ#%iﬁw@kﬁbf%oko

o RTINS ANME & 2o BRI, SN2 G o B — 5 2 a v —0WEE, 27U —
=UTRHZERT D HEATIRIE L D /NS WHERE | (RES T RE L 0 SV | HINE-2 H#HE)
TANVA = DNR=ZT A AMEAPFIAE L D HIRWERE TOLRBO Bz, it SN2 Eis
TN 2 3 —OWERE TRERNADBKEE L o T 8E (TR22Z2H) X, A7V —=V
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TREZBIT D BT RIE L » HIEWESEMICHBENZ ST TE YD, Ak L AEITMEBEL,
A BMEWEERE CIIERESBRVWZ &, £, SMV2 B Fabt—ER3 avr—kvh 2 ae—o
WBRE TIX HINE-2 E8~ A VA h—2 DR—XF A AMEBMEVEMPOVRBD bR TND Z L NE
LEZ b=,

—% T, WHO EBE)~ A VA b—2D [— NTHL | ZER L7-#&5R¥E . HINE2 #EB#~ A VA F—
YD | %Rk L7985 #F K O CHOP-INTEND G5t A a7 R KA a7 ThD 64 |2 L=
FOENENDOEIFIZONTIE, WThOBAERICBWTHHALLRERITFED ORI -T,
PUbkXy, 2EMICHESERAOTHEFER D=, KEOFMEICEELY RIETRF 2R
5T LIIERANRHD LEZ D0, KAITERRFICE O TEREEREBATO SMA ([ZXT 2H%)
I TEHLE XD,

# 16 HREFH TOEEHEFMEEE OFEFE (2325SM201 gk, ITT £H)

LI WHO &#j~ A /LA HINE-2 iEH)~ A CHOP-INTEND A
152 SN A Y =2 DI— ANTH VA R—=rD I a7 RERAaT
Lol BED | <) ZERLUER | <) ZERLHE ThdH64IZEL
& FDHAED BEOHE =B EDOHE
R 16 (425) 64 (16/25) 80 (20/25) 84 (21125)
e T 75 G2 58 (712 75 (0112 67 @12
Lo 8 (1/13) 69 (9/13) 85 (11/13) 100 (13/13)
} ] 2 o 77 @/15) 20 (6/15) 67 (10/15) 73 (11/15)
SMN2 BIAF = KK 33— 0 (0/10) 100 (10/10) 100 (10/10) 100 (10/10)
BHLD 3 @3) 62 @13 69 (9/13) 77 (10/13)
A7 V—=r7ROREB | . E%g 0(0/12) 67 8/12) 9 (11/12) 9 (11/12)
2 BULF 21 (/14 71 (10/14) 79 (11/14) 86 (12/14)
PIERS B OB » an 9 (1/11) 55 (6/11) 8 (O/11) 82 (9/11)
35ke L 31 @13) 52 ®/13) 69 (9/13) 77 (10/13)
A7 V== TROBES | ig/g 0(0/12) 67 (8/12) 9 (11/12) 9% (11/12)
HNE2 EBvA A A —s | 30T 7 @/18) 56 (10/18) 72 (13/18) 78 (14/18)
DR—R TG A Nl 38 007 86 (6/7) 100 (7/7) 100 (7/7)
CHOP.INTEND % =7 %~ | S0 LLF 23 G/13) 46 (6/13) 69 (9/13) 69 (9/13)
— 254 O 50 48 g (11%) 83 (10/12) 55T 100 (12/12)
e %5 (14) %5 (1U4) 50 24 75 G/4)
¥E 13 (2/16) 69 (11/16) 88 (14/16) 88 (14/16)
Mok 77 55 (1/d) 75 (3/4) 55 G 75 G/d)
0l 001) 100 (1/1) 100 (/1) 100 (1/1)
HE (%) GEUPE/MFI%)

a)l B 6 BMLL L@ A IR BMART A 7 AL E, UIKEUIM., b)99%DEEE/NEN [—ATHL ) ZFRT D 17.6 7 AR,

o) FRE TR

MBI, TR2.1~TR23 2T 2. AAOFEDMIZONWT, LTFOXHI2EZX S,

232SM201 ABRIZFFERIEATRAR L U TEMI N, EFTREMEOB A HEREBIIR LT

TebDD, 232SM201 RERTIL, T RXTOEHRE BV TBEHMS (B A i 30.7~54.7

H) OEGERRDOLNTEY (F4) . £, SMN2 #BiaF% 2 a—FT 5T TOWERE M IEN
. 80%BZDH —ATHL ) ZFEKR L, SMN2 BIaF% 3 abt—F7T 5T _XTOHRETIX [—

ATHL] ZEHRLTWS (R1D) . B, BREOHFRIZBNT, SMM Bz F%22 a2 —F7
5 1B SMA BED D LMK L T2 W AlEBA TEFTE2HAIX10%EHEI LTS
(Neurology 2014: 83: 810-7) .

25) SMN2 BIEF A E—HH 2 a ' —OHBREIL, A7V —=V7ROBERS 13 AUTOHRE BHDILIF, X7V —=TEKO

B 13 BEBO#HRE 205 L6 ThHo T,

26) SMN2 BIZF 2 E—$38 2 a ¥ —R U3 a B —DERE O HINE2 BB/~ A VA h—2DR—Z T A Vil (FHEEEERZE) X,

27+159 R1r*32+187 ThoTz,
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o E7z. 232SM201 BEBR TAFIDK G- ST gRE (BRARTERTEBLATO SMA) D% X, £ DLl
i (REFIRBEEGORIEFH D SMA) TITER TE TWARWEEI~v A LA =0 DD | R OHL 1%
R L TV (F13)

o I HIT, 232SM201 RER TAFD G SN ERE BRATERFEBLATO SMA) & BEIKRHFERFIC 12
tH éhﬁlfi‘ﬁ’r/ﬂ’éﬁmm R (CS3B AR M O CS4 7kliR) TAHFI D G- S L7 gl (FIE % D SMA)

BT LEE)~ A /LA M= OHIRITIBW T, BARIERFEBATO SMA TiX, FIEEZ D SMA & g
L C HINE-2 &)~ A /L A b —2 T [H< ) ZEpk LI 3% WHO E#)j~ A VA h—2 T [—
NTHL ] ZER LTZHERE OFIER @ WMEAAEO b Tnd (R 14 KK 15)

o DEZERERITHIET 2 & ARMEOFMMICRALRH 2 DD, BEHRERFBEERTD SMA (28T 5
ARIOHHEITREN TN D,

o 7235, 232SM201 ERBHAARE AU B AID SMA (237 5 2 W e ORI 2 I & 2 7 520 T setE
BEEETDHEYERABICHARNETHAAND Z EIFRETH 72 Z L ITBRTE | BIEZ D SMA
RIS & LTz [EBR LRSS AR RRER (2 35 1T 2 A AR NSRRI DA O L 2T R ER &R & i

FREO LTV (K7, 8 KUK , HKRIERIEBLATO SMA (ZxF 25 FHNRE O BB K&
OEBEIREAR SN TWD Z & KFRD SMA DOBKHHEHEIC SOV THAWET N ED 5N TW5D 2
EHEETDHE (TRIZM) | 232SM201 FBRAGET D> & B AN DA MK OV 2 53 5 B EE
FOHAITEAETE B,

s T272L. Elzli)x@ﬁﬁ“ﬂd@%fﬁm@ SMA (23T 5 ARFNOFEHRERIT /N2 &b HARANDEIK
JERFEEBTO SMA I281F 5 %4 U’wﬁfﬁ IZOWTIE, BUEIRGFES R IRV Tl & it = 1
LIR%TZ)ME#E%ZD

o LLRIZOWTIE, BEMWHHEC O & I F 2 TRAHITHIB L 720,

7R3 REMIZDONT
7.R3.1 EEFRIERFEIETO SMA & BIEHED SMA DELMET T 7 7 4 VDERIZHONT

PRSI, BRRIEIRFEBIRTO SMA Zxt5 & U7cifpsh o I AHEABR (CTD 5.3.5.2.1: 232SM201 #ABR) & BE
FRFRHGERFCIEH SN2 IER O SMA % %P5 & U7 [EBS LRSS MARRER (CS3B Bk V&Y CS4 3k
B8 1o T, AFIEEROZEMT a7 7 A VOEBIZOWTHT 5 L 9 HEEHITRD T,

HEEE L, LT X 9 Ic@im Lz,

o ERIEIRFEEIRTO SMA Z %4 & L7 232SM201 5Bk & FIE% O SMA % %5 & L7~ [EFR 4[R5 AR
B (CS3B B O CS4 #liR) DA EFROREBURDIIR 17D LB THY | BRECTHE %%!
DRBEIEITH L NRERITRD bR olz, EERAFERRIL, 232SM201 FERTIT 12 FlIZFR
DB, D) HIERIE L ORBEBMRNEE SR> T2 FRIT 16 REEES) OHTHY, Y
HEGOEEEITHEE T, PIAMEORSICTEE L, BRIEOEEFILICIIES R o7,
232SM201 RERIZI 1T D N2 BT 2 BRI O BEE LA EFEFROFEEISICOWT, 2 28—
BT D85 T 60% (915 1)) | 3 2 B —H 3 288#E T 30% (3/10 i) THYH ., CS3B il
CS4 RBRIZB I HDAFIFEDORBEIS 2 2 B —HT 5#8E T 76.3% (6180 #1) . 3 2 —HT5
PRV T 16.7% (14/84 f3i]) ) & REIREWVITIRD biveholz,

27)CS4 RERICIIT HDAFIEE 4 Bl 5 B, MN2EIGTF I B —HN 2 2 B —DHERE 6 i, 3 2 B —DWERE 74 i, 4 2 ' —DHRE 2
B, A —HARAOWBREII2HTHY . L OPWREN I a’—2 4L Tz,
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# 17 BEEERFEBRO SMA RUREE D SMA IZBIT A HEFLOREIRN
(232SM201 388 : 20204E 2 A7 —# 1 v b4 7, CS3B RABk : BAAENT, CS4 A8k : RARARIT, TRMMRITTSEM)

FRARAERFEH AT D SMA FAEH D SMA
232SM201 &k CS3B Bk CS4 A5k
AFIBE ¥ LMLERE A ¥ LALERE AFBE
Al 15 25 41 80 42 84
TRTOFEES 25 (100) 40 (97.6) 77 (96.3) 42 (100) 78 (92.9)
BEELEEES 12 (48.0) 39 (95.1) 61 (76.3) 12 (28.6) 14 (16.7)
BEFILICEST-HEFS 0 16 (39.0) 13 (16.3) 0 0
EREEFS
F B 21 (84.0) 24 (58.5) 45 (56.3) 15 (35.7) 36 (42.9)
R R 18 (72.0) 9(22.0) 24 (30.0) 19 (45.2) 25 (29.8)
BBk 16 (64.0) 8(19.5) 9(11.3) 9(21.4) 21 (25.0)
mREE % 15 (60.0) 4(9.8) 15 (18.8) 15(35.7) 20 (23.8)
1 H 11 (44.0) 8(19.5) 14 (17.5) 5(11.9) 24 (28.6)
Y 10 (40.0) 3(7.3) 6 (7.5) 7(16.7) 6(7.1)
%HIET 10 (40.0) 124) 0 0 1(12)
= 10 (40.0) 0 0 0 4(48)
ANz HF 9 (36.0) 0 5(6.3) 3(7.1) 8 (9.5)
Fit 8(32.0) 7(17.1) 11 (13.8) 3(7.1) 8(9.5)
B 8(32.0) 5(12.2) 8 (10.0) 2(4.8) 3(3.6)
hE % 8(32.0) 2(4.9) 3(3.8) 4(9.5) 5 (6.0)
iR 7 (28.0) 0 0 0 0
FRMET LALF— 7(28.0) 2(4.9) 3(3.8) 124 4(4.8)
@5 7 (28.0) 9 (22.0) 28 (35.0) 5(11.9) 5 (6.0)
Btids 6 (24.0) 7(17.1) 23 (28.8) 8 (19.0) 4(48)
& 6 (24.0) 124) 1(1.3) 124 3(3.6)
Ak 6(24.0) 2(4.9) 1(1.3) 2(48) 1(12)
BleoE % 5(20.0) 4(9.8) 6 (7.5) 0 0
it 5(20.0) 2(4.9) 9(11.3) 1(2.4) 3(3.6)
HRER 5(20.0) 12.4) 5(6.3) 5(11.9) 7(8.3)
A N AMEBR 5(20.0) 2(4.9) 1(1.3) 4(9.5) 8(9.5)
HITREE 5(20.0) 0 0 0 0
BT 5(20.0) 5(12.2) 7(8.8) 2(4.8) 4(48)

B (FEHRHE (%) )

EERIER FEBLATD SMA 2 x4 & L7= 232SM201 AR THEIRZ < 5880 B I-HRITFHE (21 #1) |
ERGEREG (18 f) . gk (16 ) RO EMHEREZK (156)) ThHV . ZD 5 LIRRIE L ORREEEN
BEINZDST=FRIT 1 Hl (BB OB THolz, TNODOERIIFIEERD SMA Zxt5 L Lz
CS3B RER KO CS4 RBROAARE T H AL < B b, ERGERRGYE R LHERZ % O RRYE B
HEOERIZOWTIE, HAANON-HEREDERBORTIK AN ERLEEZ XN,
FERBRIZBW T, AAN LN HBRE OFM (232SM201 3858k : 4% 6 HLL T, CS3B A%k : £1#% 7
7 A A, CS4 RBR 1 2~9 %) MHRRY | BRENPODFETHALSFRLEZ ONHE ML OEA
R ORBLEIGIIIRRE TR > TV 2 b DD RBIEHZ D SMA &l U T, BREERREBLATO SMA
CHaK ERIRE L 725 & O R etk Lo FH - 2BREITR 0 bhiehr o1z,

X RNt CHUEOREBARTIZ OV T, 232SM201 RERD 1 FITHMEEZRLIZL 0D, Bt
Hoh-H (54302 AR) UBORIERAS > FTiXEETHY . —BEORERIGEE XD
iz, YRHkBRE 1IAER 42 Bl ICA R OB G 2t L, 5B 365 H B £ TIZT_XT?» WHO &
B~ A NVA b= RERL., ZOR MRS, 54 183 HEH~365 H B £ TOHMICH =72
BEELOEBRIIRD 6N T, FEBANEHOEER OZ2EICEELY T TERAIERD bh
Rhoiz,

28) EAE DFEBEIG 1T, 232SM201 3Bk 12.0% (325 ) . CS3BHEBR 0% (v LALERE) | 0% (KAIRE) | CS4BR 7.1% (3/42 .

Tx LDALVERE) | 28.6% (24/84 |, AHIEE) | HiEORBMREIA T, 232SM201 Bk 8.0% (2/25 5]) . CS3B #HEk 0% (v LALE
) . 1.3% (1/80 )

(AHIEE) . CSARBRO0% (v LAEBEE) | 25.0% (21/84 ], AHIEE) ThoT-,
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o DIEXY, BEKRIERIEEATIO SMA IZBWT, i@t o) A7 13RI TWnRnEEx
Do

WX, LFO L2 E x5,

o AR SN EURRERAGED O | ERARTER R BLATO SMA (2T 2 RFIE G\ THi - 7 e 4k
FEDOYRZIFITRBEINTWRNT LS G BEAGRIIGE - 203 & Ak E Mt o T Cil F 12
ENDZ L AR S TUE, BARERERATO SMA IZHT 2 AR DOLZEMEIZHOWTHATRETH
%,

o 2L, BARANDEKIERIEEFTD SMA (23T 2 AKHFN O HRERIT 2N Lh, BUEREH#IZE
W &t E LM RENET DL ERDDH LEZX D,

o LLRIZOWTIE, HEMHEsA B E 2 TRERITHIBT L 72\,

2B, WHLIBRIZBW T, lBloFESRSE LT, FARMERBEEOAER S, HEZRIBEE DA E
TR, MREEFEEMEOCFERS, BHEREREEOA EFR L OITFHEREEREO A EFRITON
T, Jl&EFEmat?®3 5 (TR32~7R3.6 &) |

7R3.2 HRMERREEDOFEERICONT

FEREIT, PR RR DO RENARF| OEIR S U A 7 EBEHE (RMP) (CBWCHEARBEN Y A7 &
ENTNDZ NG, PR ABEEOFAEFRORBILRIUC OV THAT 5 L 5 HiFE Ik,
HEEE L. LT X 5 IZR LT,

o ERARIERFEHLATD SMA Z x5 & L= s s AHEER (CTD 5.3.5.2.1: 232SM201 #kBk) & BE&RE
FERFICHR T S AU FEIERL O SMA A5t G2 & U 7o [EIBR AL R 25 MAHFAER (CS3B 3R 1 K% O CS4 3R 1)
23T 2 iR R B DA HEFGLEODRKELRILIT, R 18D LBV Th oz, FHMRERBEEOS
FHELITOUWNT, 232SM201 ABRTIE, CS3B R K O CS4 FBR O AHFIHE & ik U CHBLEIE AR
MoTz, 232SM201 FRBR THAICZ K RBO LN HFRTHY . CS3B K U CS4 BB CTITBO b
PRV SUFFEBLEIG DS AR o 7o 80, FVIRTE ., Rk, BTREE ., HRRIEK N RO EES
FREETH S0, 2D OFEGIL SMA ORIEICER L7 b0 L& 2 b7z, 232SM201 #5k THd
D B AT XA R O TR O BRI IR EETH Y, 2 FILLEIZERO Hil, 2 oipRIE L
DOREBIRNEE SN2 o T FGIIHMET G f#) OATH-o7z, £, 232SM201 FHABRIZI U
THERAHFFRIT, MEEEROREMGES (& 16) 2RBDOLNZH0D, W bIaEREE
& ORBEEHRIIAE STz,

29) HBDOHEERELRERFTHICH7-0 . 232SM201 #RER TiT QT/QTe MR M OMERIEIREH BE DA EFLITHD otz
30) MedDRA SOC iRk | KO DiEtEE] L8 Eh b E5
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# 18 FIRHFERMEOCHFEFLORBIRN
(232SM201 388 : 20204E 2 A7 —# 1 v b4 7, CS3B Bk : BAAENT, CS4 A8k : RARARIT, TRMMRITTSER)

FRRAERFEBLATD SMA FEIEH D SMA
232SM201 Bk CS3B # Bk CS4 A5
AF B ¥y DLERE AHIBE ¥y DMLEBRE AFBE
A 6% 25 41 80 42 84
FTRTOEEES 19 (76.0) 17 (41.5) 25 (31.3) 8 (19.0) 34 (40.5)
EELAEESFS 2(8.0) 5(12.2) 6(7.5) 0 1(12)
BERILCEST-HESES 0 0 2(2.5) 0 0
FREEFS
FHHET 10 (40.0) 124 0 0 1(12)
RE 7 (28.0) 0 0 0 0
HITEE 5(20.0) 0 0 0 0
FhERRIET 4(16.0) 0 0 0 0
FHEMSEEE 4(16.0) 0 0 0 1(1.2)
B 3(12.0) 0 0 3(7.1) 24 (28.6)
i REES 3(12.0) 0 0 0 0
RREREE 3(12.0) 0 0 0 0
R EE 2 (8.0) 2 (4.9) 3(3.8) 12.4) 0
It p—xX R 2 (8.0) 0 0 0 1(12)
TEEhFE 2(8.0) 0 0 0 0
KEMAEE 2(8.0) 0 0 0 0
JNFEHT 2(8.0) 0 0 0 0
235 2 (8.0) 0 0 0 0
HOEBEE 2(8.0) 0 0 0 0

FE (BEHEE (%) )

o DIEXY .| BEERFEBATO SMA [ZBWT, KA G HIZ SMA OFFRBIZER U 7= A e R BEE
DEHNAE LD AREMILD 508, AFIB G (CER L PR REEOERICBIT S HT- et
EOBESIIROEN TV NI b, IAXBICBWTH-REEREIARELE XS,

BRI, IR SCECRBOTHTEREEREIARELEZXD LORBEEORAL TA L,

7R33 [EHZRIBEOFFEERIIONVT

BT, AEOKIEFRIEMICRE L T, MENERS BT 5 BEMAE & LT, BEHEZHIBED
AEEZOREBRRICOVWTHAT S X 5 BHFEE RO,

REaaid. LTFTOX S ICHA LK,

o FRAKSERFEBLATDO SMA ZxtBR & L7/ MHHMER (CTD 5.3.5.2.1: 232SM201 &%) & BE/KFRH
PRSI SN RIEH O SMA Zxt4 & U7z [EER LR 55 IARFER (CS3B 3Bk 1K U CS4 ik 19)
(BT B IEHFRIBEEOAEFEELVORBRRII, R19DLBY Thol, EHFHREENEESR
BORBFIAIZONT, 232SM201 RERTIE, CS3B RBROAFBFL LB L TR H DD,
232SM201 Bk & CS4 RBROAKIFHETRE BT oTe, £H 7T W ALT THHARE ORIE
%D SMA Zxtg & L= CS3B B (BIZEMIR : ¥ 252 B) Tid, SEEANKRBETHDIZ LI
XV, BEHEZR OMAK RFER CTh 2TROCETRELHFAD ZENTE RS FEENRE XD
N2 eDb, 2~12BORBIEED SMA Zxtg & Lz cs4 B (BIRYIRM : ¥ 442 B) ROT
— &7y bA T OERMEBER R ORE D 4 %1% Th - 7= 232SM201 Ak (BIZEHIRM : T 1439

31) MedDRA PT TLAFICEY TH %S
IR, ROFEERN, RO M, FERCANMAE, EAE, VESMALMAR, FERWMAIHM, ERWAER, Bl BEHERREERE, L
BHAGHE, LERRE, LERFHR, LEBRER, AEAHE, ABIC L 280, ABICX 2B, MBIC L HEMH, LB
!iﬁg RO, FHMAE, FH< ST HMm, P nE, g, ABICE2DFE0N, =T, BESRRE, SMEEE
HEZEH
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H) LHEIL T, AEERORBRBENBENZ ENEZ LN, 232SM201 RBRICBWTEERE
LEIRDLNT, BEL-EROEEEIIRE ITEETH o7, 232SM201 RERTHERNZ <
ROOLN-ERIIEH:, BREVCEDR THo7-0,. D OFERITWTR L IRERE & oK EBR
XEE SN,

#19 EBHEZRFEEOCFEFLORBIRN
(232SM201 38k : 20204E2 A7 —# 5 v b4 7, CS3B Bk : BACARIT, CS4 Bk : BARARIT, KRMERRITXISER)

FRERAERFEH AT DO SMA RIEH D SMA
232SM201 Bk CS3B # B CS4 ABr
A AR ¥ DMLERE AA#E ¥y DLEEE AFBE

A 5%k 25 41 80 2 84
FTRTOEEES 13 (52.0) 9 (22.0) 17 (21.3) 8 (19.0) 42 (50.0)
HELRAEFS 0 1(2.4) 3(3.8) 0 1(1.2)
BEFIECE--RAESS 0 0 0 0 0
ERHEFS

Mg 11 (44.0) 8(19.5) 14 (17.5) 5(11.9) 24 (28.6)

HA5H _ 3(12.0) 0 0 3(7.1) 24 (28.6)

HiE 2(8.0) 0 1(1.3) 0 21 (25.0)

HVIE 14 AR 1(4.0) 0 1(1.3) 0 0

=i 1(4.0) 0 0 2(4.8) 2Q24)

FEHE B2 4 fiE B B 1(4.0) 0 0 0 3 (3.6)

S % AP 1(4.0) 0 0 0 0

TR AR T 1o il 1(4.0) 0 0 0 0

LB % & GHE 1(4.0) 0 0 0 0

B L HEM 0 0 2(2.5) 124) 224

SLE & BHIE 0 0 1(1.3) 0 0

SLE L RS 0 0 1(13) 0 0

B L HEAL 0 0 0 0 1(1.2)

B (FEHFE (%) )

o LUk X V. KAIBERNEMEZRRBEDH - T2t EOBREITERD ST, BEHEERI R IEGERE (58
. HER, EH) 2oV T, BEICRMNSCEOZDMOBWERAOE THEEBRE I N TS Z
b, B XEZBWTHE-LREEWREIIRE L EX 5,

BRI, WATFCBOWTHEREERMEIRELEZZX L LORFEHEORALZ TR L,

7R34 MKEERFENEOFFFRIZONT

BEAEIT, MRBEREES A OEIS Y R 7 EHEHE (RMP) ICBWTEEREBENI A7 L ENnT
WA Z e, MKEEREFREOAFEERORBBRIRICOVTHAT S X 5 HFEEICRDE,
HFEHEIX. AT X 5 ICHA Lz,

o BRAEIERFEBIATO SMA Zxt4 & U7t DARER (CTD 5.3.5.2.1: 232SM201 &%) & BE/AFRH
RIS IR SN RIEHR O SMA x5 & U7z [ERR 3[R 55 IAHEER (CS3B 3B 1K O Cs4 Bk 19)
(ZBT 5 MKEERFEEREOF FFLDDORBRIIL, R20DEBY Tholo, MikEERE REERE
DEEHERIZONT, 232SM201 RBRTiE, CS3B REKL N CS4 RERDAKIRE L i L TREAHES
Do Tz, 232SM201 RERTiX, CS3B B KL Ut CS4 RBROAAIEE & Ll U THEDFBLNZ <
ROLNTEHOD, EELAEEZRUIEREL OREBRENEEINR P> ABFEFRIIRD O
niznoiz,

32) MedDRA SMQ #E# B L U] RUTSMQ ML) & Eh5HFE
23

AV THHEE 2mg NA ATy - Uy NUBRKESH FEAESE



#20 MiKERFEEMEOCHFEFSORBIRN
(232SM201 388 : 20204E 2 A7 —# 1 v b4 7, CS3B Bk : B AENT, CS4 A8k : |AERARIT, TRMEMRITTSEM)

FERAERFEH AT SMA FAEH D SMA
232SM201 Xk CS3B Bk CS4 Bk
AFIBE ¥y LLEEE AHI ¥y LLERE AHIRE
FHE 515 25 41 80 42 84
TRTOFEEFS 9 (36.0) 8 (19.5) 7(8.8) 0 7(8.3)
EERAEEFS 0 124 2(2.5) 0 0
BEFICES-HESES 0 0 0 0 0
ERAEFS
i 4(16.0) 0 1(1.3) 0 0
B F i fil 1(4.0) 0 0 0 0
AR o Al 1(4.0) 0 0 0 0
TEAERAL A H L 1(4.0) 124) 0 0 0
~NES 0 UED 1(4.0) 0 0 0 0
AR H I 1(4.0) 0 0 0 0
Bk 0 0 2(2.5) 0 0
BER H 0 0 2(2.5) 0 0
1A fE 0 0 1(1.3) 0 0
B i 0 0 0 0 6(7.1)
1 & R RIERAL A H 0 2(4.9) 0 0 1(1.2)
BT il 0 0 0 0 1(1.2)

RBRGIHK (EHREE (%) )

TRBREE R 5-BAARE (/MR B R RAESD & 72 o -8R E OFIA 1T, 232SM201 RABR T 32% (8/25
Bi) . CS3BRBRTILT v LALERE 0% (0/33 fil) | AAIRE 13% (9/70 B1]) . CS4RABRTIL T v L
BEE 26% (10/39 fil) | AAIRE 20% (15/76 i) Th o7z, 232SM201 RABRIZBIT HHFIAI1X. CS3B A
BRI O CS4 RBROAHKIBE L LB L TEA - 7= b DD, 232SM201 A8k TR b 7= /Mg n %
SEHBESO—@BHETH Y. 232SM201 RBROBIZEHIRH (F1 1439 ) L. CS3B ABR (15 252
H) BRO'CS4 Bk (E#H442 H) LV b EN-o772%, 232SM201 RBRTX W £ < 0 RFHEIHE
ShizlBEZ o, BEBEIZS U THEMNT 2R LRBD oNRI)oT, £DD, RBRE Tl
BB REREZ ST EAICHARRERRH D LITHBTERVWEEZ D,

PLEX Y ARG MKEEREERE COF - 2Rt EOBRSITRD b T, mikEEERES
BEIZ oW TIE, BEICHA XEOEEREANEROERICE W T, AFREZ /MBI 7378
Do TWATH, EMMICME (I/WHRE) RUEBEBEERELZTI EOEERENIhTWSZ
EDD, B XECBOTH - REERBIIFAELEX S,

BRI, IR SCECRBOTHTEREEREIARELEZXD LORBEEORAL TA L,

7R.3.5 WHEREFREOFFERIZIOVT

B, BHREREE AR OESEM ) X 7 EHEHE (RMP) ICBWTEEREEN ) X7 LEhTw

5 E0h, BRERFEEOAFFROFEIVRTUIC OV THIAT D X 5 HFFHITRD T,

FEEIX. LTOXSICHA L,

BRRIERFEBLATD SMA ZX%F5R & L7 5 TFERER (CTD 5.3.5.2.1: 232SM201 #AER) & BEAGRH
AR SN RIEHR O SMA Z x4 & L 7= EERIE R 5 MAERER (CS3B 3Bk 1R U Cs4 Ak 19)
BT 2 BEREEEREOAFELNORIRIIT. 21 DLBY ThoT-, BHEERERHOA

33) M/MREHRIE & N7c B R OIRES B E O O T IRMEKE 0% &1 M/MURSMEE L Ml S, =2 T VERHCIHEE L 13

HEr ST, IWBREREGRICEM L Ro72BEIC, I/MREBMREEM L ERS NI,

34) MedDRA SOC & L URKEE ) RUHLGT IERERBEB I UVRBE) L858
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FHERITOWT, 232SM201 RBRTiX, CS3B RABRKL U CS4 REBROAAFIRE L Ll L TRBEFES B
Dofz, 232SM201 REBRTROOLNAEERO S LEEBRAFFLRIT 1 6 (REEE) IZRD LN,
BRE L ORRBERIEIBES IR 2T b 0D, FUEHHOKREGICTEEL., IFREOKRGHIEIC
FEL R o7, REBELIE, CS3B RBK U CS4 RBROAFIBEICB VT HERD B, CS3BRBKRT
X REBEBRBBLE7HOS L, ERLAEERIZIFARROON. 55 2 IIXRREL ORE
BIRIIEBE SN o7, 232SM201 REBRTIL, REBELMCEBERAFERITFEOONT, R
B LU= FROEEEITREIPEETH T,

#21 BREESEMECFEFSORBIRN
(232SM201 388 : 20204E 2 A7 —# 7 v b4 7, CS3B Bk : BAAENT, CS4 3Bk : |ARAEIT, RRMEMRITTSEM)

FeARSERFEB AT SMA FIEH D SMA
232SM201 B CS3B Bk CS4 Bk

AFBE ¥y DLEBEE AR ¥y DMLERE AFBE
T, 25 41 80 42 84
TRTOHEES 7 (28.0) 124) 11 (13.8) 2(4.8) 3(3.6)
EECEEFRS 1(4.0) 0 4(5.0) 0 0
BERIFCES-HEES 0 0 0 0 0
ERFEFS
PR BRI 3(12.0) 0 7(8.8) 0 1(12)
EQR 2(8.0 0 0 0 0
RS 1(4.0) 0 0 0 0
TAZF 2 CHIM 1(4.0) 0 0 0 0
RPEE BT 1(4.0) 0 0 0 0
FR PA 0 0 1(1.3) 124 1(1.2)
BRI 0 0 1(1.3) 0 0
KB 0 0 1(1.3) 0 0
R B 0 0 1(1.3) 0 0
REFE 0 0 0 0 1(1.2)
RBERY 0 0 0 0 112)

EHRFIHK FEHRHE (%) )

o IRRERGRMAEICEREICEET SBRRRAEME (R¥ /37, BUN, Z VLT F=VROVREZF
v C) DREEHI LR HBREDEIARITONT, RE /37 Btk L 2o -8R E OBIA I,
232SM201 RBRTiX 56% (14/25 fil) . CS3B #BR TIiX Y v LMLERE 19% (6/32 #) . KA 11%

(7/66 i) . CS4 RBR TIL T v LMLERE 15% (6/41 i) | AHFIBE 17% (14/83 fi]) T - 72, 232SM201
RBRBNWTIRY /37 B L 72 o TR E OFIG 1L, CS3B RERKL UV CS4 RBROAFIRE & ez L
TREP272b DD, 232SM201 RERTROONR Y 37 B0 % IZ—@BH%ETH Y . 232SM201
RBROBIZEWM (F1439 H) 1%, CS3BRABR (FHy252 H) RO CS4RABR (442 H) LV b
Rrolcicd, 2325M201 RR TRV Z< ORFEIPBRESh-LEZ N, BERABIIECTH
3 5EmbBD bhehrole, £D7H, RBREITRSY 37 Bt 2 R TEAICHARBRZERYRH
HETHMTERNWEE XD, £/, BUN, ZLT7F=U KRRV ARAZF L C HRREEEZR LTI
BR#E 1L, 232SM201 REBRTIX 1 BIX 2 B TH Y, CS3B REBRKR UV CS4 RBROKZHZEHITH T 5 %H
Bk (0~241) L RERBWITRD LNRD -T2,

o PEXV., AFBEGRICBEEERERE COF-RETLME LOBRSITRD b T, BHaEREE
(oW TIHE, BEICHIA CEOEEREARMEROHIZB T, AFREGZICY V7 RO ERDPR

35 BUN, Z VL7 F=VRUBVRAZF L CHRAESN=EHBROBESEMOEE D LIREBDHEIZBUN, Z LT F=VREVRHF
FrCHEME, REZ 2370 T+ it 142) OBECHBEL SN, X—AF A VRIZIEBUN, Z LT F=VRUBVRAEF
CHEEIIRY 737 BIBE L ITH SN T, IRREREZICHEUIBE L RotHEIc, RELEHLERINE,
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HOENTND D, EMAICEREREZIT ) FOEBWMEN 2SN TNDS Z b, IIICEIC
BOTHREEWETIRELEZXD,

BRI, I CEICB W THEREEWEIIAE L ZR 5 L ORGEE DU E TR LI,

7R3.6 THBEEFRAEOCHEEERIZONVT

BEREIL, THRSRERE ZE N ARAI OB U A 7 FHEHE (RMP) ICBWTEERBENY X7 LT
D2 En0, R FREOA FERFRORBIRIIZOWTHIIT 5 X 5 HiEEICRD T,

HEEE L. LT X H5IZFA L7,

o RIRKIEIRFEBIRTO SMA Zxi4e & U7cifpsh i MAEEUR (CTD 5.3.5.2.1: 232SM201 #BR) & BEKGR
FHRFICPR M S AV HIEL O SMA & %4 & U 7 [EIBR G [R5 MAHRAER (CS3B 3R 17 J O CS4 30k 1Y)
(2B D P RE R B E O A H H G300 BLEI G 1%, 232SM201 38R Tl 12% (3/25 fil : ALT 840,
AST MM T v VAR A7 7 2 —8HI (4% 2 #1) ) . CS3B ERTII T v LALERE 2.4%

(14161 : T 27 IF—8EF 16) | KAIRE3.8% (3/80 5 : ALT H4N, AST Hin, fATikne

MRS L5 FFIER (45 161) ) . CS4 RBR Tl Y ¥ LMLERE 2.4% (1/42 1] : ALT B5h0, AST H#0
(& 16)) ) . KHIEE0% (0/84 #) T -7, 232SM201 #kBR Tlx, CS3B iR KL N CS4 RBR DA
FIRE & Ebl U TR RER R O BB S DN B o 72728, 232SM201 R TITEE R FRITRD 5
T, B LI G0 S\ IR E IR EETh o T,

o IRBRIEE B-BRAATR I PR RE IC BT D BRI A (ALT. AST) DR SE?) & 72 o 7o R E OB
IZDOWT, ALT DN EE mE & 70 o 7R OFIGIE, 232SM201 3B TIE 36% (9/25 61l = 1 fi5# 8
Bil, 10 f548 1 FPY) | CS3B #ER TId s v LARUERE 12% (4/34 6] - 1 58 4 61) | AAIEE 15% (11/71
Bl 15 9 5, 31548 1 B, S{5HE 1 B) . CS4FRBRCTIE Y v AALERE 10% (4/42 1] : 1 1548 3 45,
3B . ARFIEES% /8461 1546 Thoto, £io. AST DR G & 78 - I #RH
DOEIGIE, 232SM201 7B TIE 28% (7/25 B = 1 54 6 i, 10 58 1 #1°Y) | CS3B R TILT v &
BLGERE 3% (1729 B« 1 588 1 51) . AFIHE 7% (5/68 1] « 1 548 5 f51]) . CS4 sl Tl v LALE
BE5% (2742 651 - 1 f588 2 B1) | AHIEE 2% (2/84 4] : 1 58 2 f5il) T o7z, 232SM201 HERITIS U
THIRMAAE (ALT, AST) ORE G L 72> - #BRFE OFIGIE, CS3B R A Y CS4 Bk D AA
BEL L TEin o 72 b DD, 232SM201 #BR TR ALz ALT X% AST EF-OZ I3 5L0T
Tt TH Y | 232SM201 HAEROBIZEMM (F 1439 H) X, CS3B Bk (FH 252 H) KON CS4
AER (CF#) 442 B) L0 b EN-o72720, 232SM201 SR TL W < D RFEEAME SN LB X
LA, BHHEICE U THEMT 2 RO b hoTe, ZD7w, HBRMHT ALT KT AST 28
B BB A2 RTINS ZZR N B D L ITHTCE RV EE X D,

o LLBEXD | KA GRHI TR RERE E RS C OB R 2 et EoREIE R < IFHEREE S BEE I SV
TIE. BT SCEO BE AR IEAIEEOEICB W T, EHAICIFEERE 21T 5 § OIEE N
BRENTNDZ END, RAXECBWTHZ2EERZIIRELEEX S,

36) MedDRA SMQ AN BI#§ 2 IFkE S — OGRS ICEEN b HR

37) ALT, AST BJIE S NI B Mzt OFEESZME OO LIREE (1 58, 358, 558, 10 58, 20 (Fi8IcX ) OFAEIT ALT,
AST S fE & HIWT SHu, =R T A UBRIZIE ALT, AST 23EE &3 S 3, RS SRICEE L e - GAIc, BEElEs
EE SN,

38) ELUR BRI T R e B R B A IR 1S ALT e OY AST W& ik OFRHES B O O _EIRIED 10 5B O EF B3R 5
A, K3 B ABICIERL L7 ER G IRV T LB EFIEERD S, IBRELEN 51X ALT KOV AST O LR IZF
M CHH SN2 SR IEOKETH 5 &l S,

26

AV TVRIE 12mg NA ATV o Uy RIS SRS



BRI, I WTHTEREEMREIIARE L BEX D L ORGEE O Z TR LI,

7.R4 FEE - FRIZTHONT
FERE T, ¥ESME ILAHEER (CTD 5.3.5.2.1: 232SM201 #&BR) TlE. A% 6 LI F D SMN2 s 1% 2 X
X3 2 —F T HMRIERFEHATO SMA 265 & SN TVLHZ b, SMMN2 B F% 4 2 —LL k
BT 2 EEHRIERFEBATO SMA 2% 53R E&H 5 2 & O@UIMEIC S W THHT % X 5 HFFE TRk,
HEEF I, £7°, 232SM201 RERICE T DR 5UZHON T, LD L H IZHE L7z,
o SMN2 RO 2 B —EITH A AR RO HEE IS ET 5 FER L SN TRY (F6) . SMN2
BT 2 =N W EE T AN ERARIER 2N B & X415 (Neuromuscul Disord 2018; 28: 208-15)
o HAEWRARIZ Y —=U 7 ETEATHREICL Y MNLIBE 1O KK T BPHER S - B SEIR &
FEBLL TOZRVWEFNZ DUV T, R DRI E IS RWIHRAE L2 IR cE oo 7o, BR
JEIRFEBIRTD SMA O SMN2 i fn1- = B —8 D04 & BIEH D SMA ([Z81F 5 SUN2 iz v —
O I61T D AT SR 2 FLBERR T L 7253 S|\/|N2ul:%%4:rt—uhﬁa“éﬂﬁ F1E, SMN2
BIA %22 a =PI XL 3 av— L LT, BIEHZ DO SMA &2 &2 E603ME <, BIRE
WHBLATO SMA LW SN SMN2 BIE 7% 4 2 =L EA T 2EHIOEIG & i LT, FIEk
® SMA &2l &z SUN2 Bin 1% 4 2 B —LL EAT 2 EFIOFIE ;Mf%ybxot (#£22) , 20
B, SMN2 5T 4 2 ©—LL EZ2F T DIEF CIEERAER S EH LW, SUIBIESCE I TO
FERDFBLDT= 8 SMA L2 SN WGEEREZ HILD,

#£22 WAERAZ YV —=2 72 X0 BEECBI S BERIERFEBLETO SMA & RIER O SMA IZBIT 5
SMN2 85T 2 & —8 D 3 Afi

SMN2 i {5+
2 ab—LIF 3ar’— 4avr—LE
BAERRZY—= | K4 (434]) @ 17 (39.5) 10 (23.3) 16 (37.2)
&0 BIRFENT | CKE @ f) D 3(37.5) 3(37.5) 2 (25.0)
W SN ERRIER | BB (7 1§J) o 3 (42.9) 2 (28.6) 2 (28.6)
HBLATD SMA KE DA (58 41) 23 (39.7) 15 (25.9) 20 (34.5)
FERER D SMA AR (3393 f) 9 1233 (36.3) 1627 (48.0) 533 (15.7)

FMER] GZMIERIDEIE)
a) Orphanet J Rare Dis 2021; 16: 153, b) Genet Med 2020; 22: 1296-302, c¢)J Pediatr 2017; 190: 124-9, d) Neuromuscul Disord
2018;28:208-15

o EETREICE D MNLBEE T O RKITE BHHER S AU BEHFIER 2 R L TR WERID 5 5

SMN2 Bn 1 2 B — D MR SNTIERNI BN 4 28— ETho72Z EAMEINTWEHT2H
(Eur J Hum Genet 2008; 16: 930-4, BMC Med Genet2011; 12: 96 %5) | SVMINL &5 T-AMHAEH9°. SUN2

BRT %2 X3 a 0T 2EFANIZET X THEKRIER 2 BT 5 2 LRl sh b,

. L7”:7530’C\ 232SM201 RBRTlE, SMN2 &5 1% 4 a8 —LI A58, KLBELRFRYUTH

PR S 7= R R BRI B P B PR E IR & F 3 L R W ATREE S W T2 056 B & 9 IR IRSEIR 23 %8

fﬁa“ZoT PEDH 2D MN2 B F42 2 XT3 a—FT2F 255 L Lz, 2d, MN2 BinF% 1
aV—FT5HF, RO DEIESR SMA TH V., T OAMFEHM L EEERBRICHAAND Z
ENNEEL ZE2 SNDHT-ORREIT LD > T,

WIZHFEE 1L, SMN2 j
5 omt

BET A 4 2 —L FAET HEEE
IZOWT, AFO X DT LT,

FERFEHLRTO SMA Z AKF| OG- GITE D
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o SVIN2Efn T2 B — 5 OYREUC B 59, SMA ORFESER OB S RBWC, BRGES = = —
0O EEEMET LTS Z ERMESIN TS (Ann Neurol 2005; 57: 704-12) , SMN2 i fx 1
Z 4 av—Ll EAT 5 540 BIORIESZ D SMA BFED 5 6, SMA RO IE, TH 4 6] (1%) |
O 62 5l (11.6%) M ONRILL |- 474 5] (88.9%) & A &4 TV % (Neuromuscul Disord 2018; 28:
208-15) .

e SMA NBS Multidisciplinary Working Group*”/Z 3V T, 2018 4F HiAER A7V —=2 7128\ T VN1
B ORRIUIERZHL TV DHEE ﬁ#é%%?»zijb%ménSMA BT 2 HH

TBIEDT- %, MN2 B4 2 XX 3ﬂt%ﬁ?ér@ HIZIBRT 5 2 L HERR S, SN2 &
fav% 4 a—HTHEHZHOWNTIL, /“féﬁ“él IIRRIBEIERT 5 & OB TR RN T

(J Neuromuscul Dis. 2018; 5: 145-58) %@?ﬁ\ - RER T — 2 REFEBIE TORBRICHE S X,

SMN2 5 T% 4 a©—FTAEFOIGET LI Y X ACHONCHEET BT, 232SM201 35k 12
BT —ZIZBWT, AFEEGIZLY SMN2 5% 3 a—F 7 2JEHITiX, WHO #EE)~ 1
VAR =V DERPBDO LN TNDZ LD, MN2 B T% 4 2 —FT DEFICBWTHERR
JERFEBATOIRREZITH Z & C, FRERRNIIFRFTE 5B 6N, MN2 B4 4 a8 —F
T2 ERRIERFEBLRTOIEFNZ BN TS, AAHRY R = 2 —a UEENELCHE TROZ &<
TR & BMAS 2 2 L 3 HERE &7z (J Neuromuscul Dis 2020; 7: 97-100)

o B, BCKE 6 MEICEIT A EERIEIRFEBIATO SMA IZXT IR AT 9 7200 SMN2 EiE 1D =
B3 DM (RBRER ORI 3£ 23 DL B0 TH Y, MN2EE T 2 E—HDOHIFRA 72 EH
LHE, 7T 20D X 52 MN2 BIETF& 4 3 U—A T HERIERFIEHATO SMA (23 518
WIXT =P ARRELTEY, #HERINTORVWELDH Y, FEIZBWNTEORFEIH - TEDL
F.OEC MN2 Bin % 4 a2 — 3 DERERFBEBLRTO SMA (233 2 inEfagt it s e i
A RTAVFEIRESNTORWRTH 5,

#23  EERIERIEFRTO SMA (ST DI Z1T 9 12D MN2 Ein+ =2 B — D5t (K E ORBRERE ORI

BEARERIE BB D SMA (2563 5 1G4St
KE — (PRBREIC L O RBREEN R D)
HF & MN2 T2 a8 =3 abt—FT5H &

MN2EETFE2AE—LUITATHIE, b LLIXIMNEBZTE3 a2 —FHL, FL
DOEMN TR EZITZOHO SMA DZK 2% T TWnWbZ &
MN2 EfaF%a 3 a—UTFETSHI &

EE A T7TF R, U= R)

KA MN2 BnF % 4 2 & —LLEAT 2IEFIT, RADOBRRIERDEH L T biaiRT 5 2
&

7T A SMN2 5T % 2 XL 3 a2 —fF AR IR

A—ALZUT Y

a) WEPRIERFEFRRT O SMA (ST 2RI Z21T 9 12 D MN2 IR+ D 2 B — D5t (BRRERE ORI AR

e SMA OHRBOEEEICHEST LY AJKTE LT, MN2 BT 2 E—5LSMNIN < DD EIEH
K1 (SMIN2 51N ¢.859G>C Z R W TNZ NAIP i {n 1 & O SERFIA &5 1D = B —%%%) 03
4 (AmJ Human Genet 2009; 85: 408-13. J Child Neurol 2015; 30: 429-36 &) S TWAHHL DD, Zi
b OBBHIE T & SMA DOEGKRIER DFELR & OBIEMEICOWTIAE TIE W2 L2 b BITEF
AATRERIE BN S, SMN2 514 4 v —LL A L, fERAMICERIERDS RIS 5 U 27 BNEn
EBIZFET D2 CIXREECTHD L E XD,

39) FERBHEFUATH S CureSMA OXEZ 1T, SMA OFFVMFERZ AT HHKE, BEFEH, BEFEONRES 1541 oMk s
=% T ITN—T,
40) https://www.has-sante.fr/upload/docs/application/pdf/2021-01/spinraza_ 22072020 summary ct18244.pdf
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PLELD SMN2 a1 % 4 =2 B =L EAT 2 ERIERFEBATO SMA (283 D AHIOFHER O
BEMOT =2 IELNTELT, MIBWVTHEEIZB W TYIER OIRERNINTI RS H D
@, SMA NBS Multidisciplinary Working Group* 12817 % FLfi# Tlix SN2 &5 1% 4 2 ©—F 7T HIiE
Bt E T, AIRERIRY BR<IREZBGT 2 Z ERHRIN TS Z L h | BRAREREBFTO
SMA &2l SNTEFIZOWTIE, 4 a =P L2 G T MN2 BE a2 v —HafiliRd 2 2 &7
<, AR ERETHZEDBEUITHDLEE XD,

HtgiX, LT X 512825,

SVINL G5 - 2MERER 9. SUN2 3815 7% 2 UL 3 2 B —F 3 2JEFNC DV Cik, BRARIER &2 8 5
THAREMERE N EEZ B (6, 3 22) | 232SM201 ARBRICEBW T, SMN2 574 2 L3 =
v —HT D EEHEIERFEBLATO SMA 235 & S, BT USRS A®4m/%%@%v4wxﬁ
— > ORI S ARFIOFNENRENTEY (TR2 ) | AAOZEM LB I TWVWD (T.R3
ZH) . ZDD, MN2 BIE 7% 2 XT3 2 ¥—H7T 5K ﬁh%ﬁw@SMA%$ﬁ@&5ﬁ%
LT 5 2 LT RE 2RI,
SUN2 EALT-& 4 =2 B —LLEA T S BRRIEIRFEIATDO SMA (Z-OW TR, 232SM201 iRBRIZIS 1T & 4%
Hxtg e snd . £72, MNL BIETORKIIERZA L, BRIERAZ B L TORWERF O 5
B, MN2 Ba 7 =2 B —ED R S NTERNIRBIN 4 a = EThoc Z ERHESINATWND
Z & 7>% (EurJ Hum Genet 2008; 16: 930-4, BMC Med Genet2011;12: 96 45) | AFl 2 &K 589 L ¢,
EEAIER BB L2 WAL H D, LI -> T, N2 B 1% 4 2 ©—LL AT D ERRIERSE
BT SMA 28\ T, EMR 2R b G 03 LB AR 2B 595 Z LIC L HERNEREH 5
DONBRF R TIIHBTIIRWEEZ 2 5, o, BEMEICOVWTHEER AL B2 K5 72 2
SMN # > /X7 R BUTIIN U7 BN E U D AMREEN R E TE 2N & 2 D,
T, N2 Bl 1% 4 ab—LIEFT2HEFEICREORECTH 5 M KL OIVE SMA % 3JET
% EFz B, BIEREAFRGE L7 IVEL SMA IZBWT IR SMA O L 9 RaREih = —r >0
A ITRE D ST ey (Bur T Neurol 2021; 28: 609-19)
UEaEEX DL MN2EI5 7% 4 2 =L EA T 2 ERIERIEBIRTO SMA IZ DWW CIE, BRRNE
WRBLATD D AR Z £ 5325 O Tidle <. BRIERIEHAZIC, BEOWREIZES U CERMB ARSI
DOBEMEZ W LTI EnT 2 Z L BEEITH D L EX D,
e R & B e B 5 R OIS DUV CUE, BT ik C Difkam & B £ 2 THROEAVITHIBT L 72\,

7.RS5 i - AEIZOWT
AT, BRRIEIRZEBIRT O SMA 1281 5 s - HEOHEYIMEIZOWTHRIT 5 X 9 & Ioko T,

&G

X, T XS ICiBH L,

ERASEIRFEBLRT O SMA % x4 & U7 iEghag MAERASR (CTD 5.3.5.2.1: 232SM201 #lk) <id, BE
AR - HETH A ILRAOIRIER O SMA & [FRERO R « FHEZ VT, RFIOFNME, 24
PR OB RE 2 it LTe, 7eds, ARAIOILIRAR L OFLIERILISN O FIER O SMA (231 5 BE&
AL - HRIZOW T, BIEZ O SMA x5 & U EFRILE S MHER (CS3B R AW
CS4 #RBR V) 1ZHB1T 5 A MR OO B AGEF ﬁow(&ﬁéhto

2328M201 ﬁ%ﬁ@%ﬁ%@nﬁu [ZOWT, BRRIERFEBLRT O SMA 1281 2 4% 42 Bl E TOARH#
5&@&W¢$%F77E§iéﬁﬁﬂ~m2H%@%wﬂ®%fﬁ®SMA%ﬁ%&LtC%B
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BR D CSF HAZE b7 7R (CFAa 29 455 A 31 BT TA Y T Wil 12 mg) FAHEE)
LB L TS EREEREAE R LT, Sz R LIZEINE LT, Al X% CSF &EOiEW )L HA
B DOBFE TIXCSF&PDARNWZ LIZEK LT, CSFHAK N 7IRENES Rolo &2 DI
72

o SMN2 Efnf%& 2 XL 3 a B —HT DEHRAEIREBLRTDO SMA Zxi4 L L7z 232SM201 #RBRICES
WTC, IR OFIESL D SMA L RIFRORE - HEAHE L& & FEFMEE THD T4
N BELCSUIMERASTA) DB 2 E TOWIR) T, X TOWRE TEENE O Hiv, 4 610
FER I AN Z B LT b DO KB YIBIN )UI KRR A LB & L TR 1358 0 B/ o
7= (TR2BM) .

o FE7o., 232SM201 RO AVEIZ DWW T, A K OFIR LA OFSER D SMA Z x5 & LT-[H
B AL R 25 AR BUBR (CS3B skl X Y CS4 3R) o ZetE7 m 7 7 A L Ll L TRE S B b9,
Bl et bo ) A7 R Shie o7z (TRIZH) |

o L7ZA-oT, SN2 Bin T2 2 T3 2 B — 3 5 BARIERIEBLATO SMA (25X 2 AH D L -
MEIZOWT, AR ORIER O SMA ORE - AEEFERIZ, ARHF) 12 mg B4 &/0 %, #la
Ht%, 28, 4 BEO9BEICEE L, U4 AORIB TR 2175 Z LI3@EIE&E 25,

o ¥, BUTORMIGEIZKIT 2 EERAARPEEOHIZE W T, FrAERBSOIALIEH R o 8%
AR Z £ 5T 5855100, BEOREZHEEICELET 5 L) ICHEEREZIToCW\DH 7, #H
TR EEMEIIAE LB XD,

BEREIZ, SMN2 BfaF% 2 XT3 2 ©—F 7T D BARIERFEBLATO SMA (T 5 AA O HE - H&EIZHD
W, TR SN ERRBREGE A I E 2 5 LI ORIE# O SMA L RIBEOHE - HEELTHZ LI
K& MBI EEZ 50, Atk - AROBEUYIMIC OV T, HEMmSIcB T 2#ma il E 2 TRk
FNZHIT LW EB 2 D,

7R.6 BUERRFEE ORBEEIZONT

HEEE 1T, AR OB, ENIMNCI T 2BERGRORNEE - 2IFITHR D RIEMR5E % 0O 22 MG
EESE 2D L BRIEIRFEIATO SMA (2B 2 H -2 @20 EIT <, BT _REEEESNEZY
AT NE DD, HARANDEGHFIERIEHETD SMA IZBF 5 AA O HRERIZR2 N L, BUESE
fi s DFIER O SMA Z xt5e & U HAGRFRA (AR, B @ 8 4R, BRI - 7 R (2024
F8 A2 HETOTFE) ) IZBNT, BARIEIRFEIATD SMA IZOWT b BEZITV, SiZmAIZRl 0
T, l&EkE, BARIERFEBRTO SMA O K OHIMEZERIET 2 i LT\ 5,

BRI, BUE SN h O BREIR AL O ) S ERIREIRFE BT O SMA &N A, AFN DL 4t K A %)
PEICEET D FMR 2 LT D Z L IOV TRE ZRMEIT RV E B Z 508, [ERTEHR OMFFEOBE YN
[ZOWTIE, FEMFEIC T Dikam 2 B £ A TRAEMICHBT L2 B2 5,

8. HEMRIC X H/KRRHIFEEICIRM T & ERHTIR 5 S IR R OB Ol
8.1 HEAMEMMAERRICK T 55 O

41) AFNEHE-BAAA 15, 29, 64, 183 KUY 302 H HIZEI} 5 CSF A b 7 7IRIE (EHMHEEUERE) (X, TN 3.9612.33, 5.58=+
349, 6.68+4.42, 6.72+2.72 KN 11.2+6.92 ng/mL TH - 7=,
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BfE, HEEKT THY, TOMELOEEOHWHIFARE 2) THET D,

8.2 GCP EHIFAER R ITHT HH4E D HIWT
BE, AEFEH CTHY . T ORE K OEOHMIIEERE 2) THIET D,

9. FERE () EREFICET SREFHE

TRt S E RS, A H OBAIERFEIATO SMA (T3 5 GRS, BO LR T
A PEBTEAD EREMITHFRTREL B A D, Adi BIZERARIERFEIATO SMA (ZH81) % IaHREIRIK
D—D2EEWT LD THY | IKNERD DD LB R D, ETHMIT. A, Latk, B6E - 2R,
Mk - MELRORGERTER OMFTFEEOBEOMFIZONW T, SOITRHDPLELE XD,

B ek TOMB 2B £ 2 TRICRIBEDR 20 LB T & 2561003, K E 2 4GB L TELX A 20
EBERD,

Uk
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FEHE (2

Sf44E2 H10 A

i B

(AR 52 4] A2 T YT 12 mg

[— fix 4] O % e all U R VN

[ 55 2] NAF Tz Dy o pkett
[FHFEEEA H] B34 8 A20H

(W35 5]
Bl LB,

1. BEANRE

B M O D% OMIEICE T 2FEOMKIE, UUTo LB Tho, B, AHEMWHEOHEME
B, ALBEICOWTOEMEENS OB LHEICHESE . TERERESRAOEEICE T 25N
BEOIMICEAT D) (CEAK204 12 A 25 HAHT 205 8 5) OHEICK Y, 4 L

1.1 ARHIZONT
AT, BRIRIERFEELATO SMA (264 2 AF DO AIMEIZH>WT, st DAERER (CTD 5.3.5.2.1:

232SM201 #BR) A AESE A, BLFO X IZBE 72 (FEHRE (1) TR2ZH) |

o 232SM201 FBRITIEEMIERT HEER & L C I S 4v, FEha rTREMEDBLA N G EBRE EUIR b Tz
HLOD, 232SM201 RER T, T X CTOMBRF IRV CHEMIM T GRf&REM A i 30.7~54.7 B A)
DAEFNBO LN TEY, £/, MN2 BB 1% 2 2 E—FT 5T X TOWBRE DIE A, 80%H3 %
Dt [ ANTHL ] 2R L, SMN2EE 1% 3 a8 —F7 5T _XTOWEBRETIL [ ATHL &
ERLTWD, 2B, BREOHFRICBWT, SMN2#EE %22 a2t —F75 [ SMA BED O L
BB LT 24 W AMEBZ TEGFTEHEEIE 10% & HEE S TS (Neurology 2014; 83:
810-7) .

o F7o. 232SM201 HER TAKINE G- S - pRE  (BRARERFEEATO SMA) O% 1L, Z O St
ik (RAIRE G ORIER D SMA) TIHEMR TE CWRWEE~v A VA h—C DD | LA | %
B L TV,

o 5T, 232SM201 FBR TAAINK G S L RE (BRAREIRFEBLATD SMA) & BEAGR HFERFIC 52
H & U7z [E R [F] 45 TR 3R (CS3B akBR K (N CS4 5 BR) TAKI N #E G- S - iBRE GEIE D SMA)
BT DEH~ A VA b= DHERIZIBW T, BBARERIEIATO SMA T, BIEH® D SMA & ik
L T HINE-2 E#)~ A /LA b —2 T B 2Rk Lo gdiRe XX WHO E#~ A LA h—2 T [—
ANTHL | ZER LTEBRE OB RNE VDR 5TV 5,

o ULEZEREGWITHIBIT S & ARMEORBIZIRR 23S 5 6 OO BRRIERFEBLATO SMA IZEB1T DA
FIOADET RSN TND &HT LT,

o 72k, 232SM201 FRBRBHAARE ST D AFRD SMA (295 2l M ONAH L 2 I £ 2 7= i ] hedk
EEETDHEYHABRICAARNEHAAND Z EIXRECH -7 2 L IXFE T X HIER D SMA %
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XfG & U T [EIBR IR IARERER IS 36 1) D B AR NS O EME K O BT AR & R & 2
D BTV, BRERIERFEBLRTO SMA (25X 2 FHIVERR O 8 B K ORISR R 5T
% Z & AFRD SMA DBZMIHEAEIZ OV THAELGETNED N TND Z L HEET LH L (TRIZH)
232SM201 FERALAE D © B AR N OF ZME KR O 22 50 2 HEEE OBBITER TE 5,

o 22 L. HARANDEKIERIEERTO SMA (231 5 ARANOF GBI /N2 &b BARNDERKAE
RIEHATDO SMA 1T B 2R OEIMEIC SN TIE, BEERFBERATICB VT &t & IFHRIE
TLOMEND D,

UL EoMEOEENIT, EMERICR SN, £2, EMEZAEL LU TOREAN RSN (&R
BOBBMEEICOWTIE, (1.5 EEGY 27 FHHE () 12250 DEER) |
o 232SM201 RERT/RE N2, SN2 EE 1% 2 2 E—FT 5T X COWBREDEN %, 80%1F D
= NTH) ZER L, SIN2BIE T4 3 a8 —FT 5T X TOHRE T I~ A TH) L
AERIE. BANOT =X EEENR L OO, SMA O HIRGHEN D ORBOEEEEZEET D
EUFABRE RITERMICKREREROD DL BD LB X D,
o 22 L. ERARSERFEBLATO SMA (231 5 HARANDOEGREERMN /22 & h | BUEIRFEZFIA I
TREMER OENMEE R T DLERD 5,

1.2 BEHEIZONT

BEIL, ABIOREMEICONT, LFTO X3 IcE 2 GEE®RE (1) 7R3 M) |

o AR SRR AR O . BRRIEIRFEBLATD SMA TR 2 AR 5B W Tl o e 4
PEEDY 27 IRB SN TN EEN D, %%m@%-%%&ﬂ%@&%@tmTfﬁE:ﬁ
%éné:&%%%k#ni ERAIEIRFEBLRT D SMA (KT 2 ARF D2 M DU THFZ AT RE

. B SCEIC B W TH - RIEEREI XA E L ZZ D L OHE %@ﬁ%%T%T ETH D,

o 722l BARADHKERIEBATD SMA 2T 2 ARKOEABREBRIZ /RN & n, BERGEH

BWTHI &Rt T ZEMHRENET D2LERD D,

VL EOBHEO¥IWNT, HMERRICSF SN,

1.3 ERERRNLERHT R UBhEE « ZIFRIC2OWNT

X, AF DR ETIZOWT, R INTERRBRAESE 2 E 2 5 & RANTEERAER

BT SMA IZxT HIEFRINE DO —2I272 5 E B 2 7= GRERS (1) 7TR1 W) |

Flo, BRI, DRE - HIRICOVWT, BITO XS IZE R (FEHRE (1) 7R4SH) |

o SMIN1 Efn F-2MEREE . SUN2 Ein 1% 2 XL 3 a B —F T DEFICOWTIE, BEEER 255
T HAMREMERE E B 2 B, WM TTAHRER (CTD 5.3.5.2.1:232SM201 #Bk) (2350 T, SN2 &
L% 2 L 3 a B —f 3 2ERIERIEELRTO SMA 23%f4 & i, %tXi@%ﬁA@%Ny%

ROEF~ A LA b — 2 DFHIEN S KB DOAEREINRENTEB Y  AFOLEE LR SN TWD
%@kw\&ngﬁ%%zﬂis:t—ﬁ#é%fﬁ%%ﬁmwSMA%xﬁmﬁﬁﬁﬁkﬁé
R BT 220,

o SMN2EETFZ 4 abt —Ll EAT AERIERFEBLRTO SMA (2O T, 232SM201 #BRIZH 1T 5%
Hxtg b and, £z, MNL B TFOREKTERZA L, BRIERZ I L TOZRVEFD 9
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H. N2 B 73 BB HER SNTIEGITIRMN 4 a8 = EThoTe Z EAmEINTND
Z &7 5 (Eur J Hum Genet 2008; 16: 930-4, BMC Med Genet 2011; 12: 96 %) | AHFIDO 5 04 (2
DD BT BRIEIRFEEL L R WAREMER B D, Eo, BRARIERSHBL L2 LT, SMN2 &
fnf% 4 a8 =L EETH2FITEICREOHRITH 5 MK NIVE SMA #%IiET 5 LB 2 Hihvd,
[ 7% SMA B CIZEE O BHIER = = — o L OEMWERIAE Y gD 3 B F CEEO R,
é%6ﬁﬂﬁﬁﬁﬁ@¥ﬁ@%mui%%%?éikﬁﬁ%éﬂfﬁé%mNmﬁm%67m¢m)
— 7 FIER BRI L2 IVEL SMA 1285\ C 1A SMA @ X 9 72 2d8 7 iE#) = = — . » ORI
BTV (Eur J Neurol 2021;28: 609-19) , £72, ZAVEIZHOWTHiEFL AL LD X 57k
F 72 SMN & >R 7 R BUTHEEIN L 7= BN A4 U2 /RN TR E CTE 2V, L3> T, SMN2 i#
fat% 4 a—LIL AT 2ERIEREHERTO SMA (23 LT, EHAZRBEEN & 505 0 B 72 AR K %
5252 LI X DERMBERN D 5 OB R CIEIRE TIE e,

o UDEEEEZDLE. MN2EIET% 4 28 —LL EAT D EERAERIEBLIRTO SMA 22\ T, BEEIE
WHRBRI O AR 2 & G-T 5D TIER <, BRIERIEBIZIC, BEORREIZIE U CTEMDARAR S
DOREEE W LTI EZ AT 5 2 L3 Th 5,

UL EOMEOHEIENT, EMEZRICRFF SN, /o, EMZENS, TR RSN,

o SMN2 EInfF%& 4 a =L EATHREGIORZEIL, BRERZ 2 S 720 3FGE L CH|E (T
BMEQRNVE) THhdrEE2ZLND, DPETHDHN SMA JFAN TR T TR Z2 R L@ e
(Neuromuscul Disord 2018; 28: 208-15) 23&% 0 | 4 22— 9 DJEH] T IR 2 R~ JIEFIDS 5% 5 =

CIFHEETALEEH D OO, AFNLEMN MENE G NLETH Y . EMEGROZEED
AHTH S,

*  SMN2 EETF% 4 a B —FF DM T ERRIERFEEAD DIRRE AT 52 L 2HEREL TV D
SMA NBS Multidisciplinary Working Group @ FLf#I%, BIRES CHfER =T VAR H D LIFF 2T,
HHRE R a PRI > T DI T,

s ZODH, MN2EIET% 4 2 =Ll EAT DEAIERIEBLRTO SMA (2O TE, BRRIERIEBLAT
MOARKNEFRET 2O TITR L BAREREBZIC, BFOREBIZLN U CTEMBARAR G O LB
ZHIET LT BIRIRZBRGT 5 2 LMY THh 5,

o 2L, SUN2EE 1% 4 2 B —LL AT B ERRIERREBLRTO SMA IZ2OW T, RANC X HIBEOH
MWERDH D & O T v ZANREEMEE LG AT T EFROBEINEIZ DWW THEET HUNENH D,

*  SMN2 Bz f%& 4 a =Ll EAT HEHRIERIEBLRTDO SMA ([ZBIL T, BRRIER2NFEEL L /21T K
FIBE G- DM B2 ET DB, RO SMA ORZWIEEIC BT 2 R BRI AR e 2
ZIZTH LI LT, [EA - BEOR THIRICEZRNBETRNVE I LT X,

UL b2 E 2 I3, IR SCEITIRIT 54008 - RICBEET 2 EEICB W T T OEENE 21T > 72
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AAV Adeno-associated virus 7T T A LA
ALT Alanine aminotransferase TI=T I N TAT 2T —8
AST Aspartate aminotransferase TARGE VBT I ) T AT 27—
CHOP-INTEND Children’s hospital of philgdelphia .
infant test of neuromuscular disorders
CL Clearance JIUT TR
CLest Clearance from CSF to plasma B BEIR D> S IMIE~DOBITI VT T A
CL, Clearance from plasma MeENSD 7 VT Z A
Cinax Maximum Concentration e
CSF Cerebrospinal Fluid b B R
CTD Common technical document aFy T = KX AR
ELISA Enzyme-linked Immunosorbent BT HE AT W 5 E s
Assay
HFMSE Hammersmith functional motor —
scale-expanded
HINE-2 Hammersmith infant neurological -
examination module 2
HLGT High level group terms L7 N— T
Hyb-ECL Hybridaization ATV HEAB— a3 VR IIE
Electrochemiluminescence
MedDRA Medical Dictionary for Regulatory | ICH [EFSE S EZE
Activities
2’-MOE 2’-O-(2-methoxyethyl) 2°-0- (2-RA hF T xF))
mRNA Messenger Ribonucleic Acid At V¥ —RNA
SMA Spinal Muscular Atrophy HREMERD ZEHEE
SMN Survival Motor Neuron —
SVIN1 Survival Motor Neuron 1 —
SMIN2 Survival Motor Neuron 2 —
SOC System organ class EEIPNGE
Veste Volume of distribution of central CSF | JEFBEE DO 23— N A ¥ MIBIT A 59FF
compartment g
Ve Volume of distribution of central | MAFEO F.0o= 2 /3— kN X > MZBIT B 0940 5 FH
plasma compartment
WHO World health organization SRR BE
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