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Pt AAVTh745UR D et o B3
AT REZR R
3k LA b SEE AT D BB

BHARSOTMEREIZ B 2 ) EooyEE >

B FHREFICLY, Tav=IRFE A bo 7 0 —BENEE LTV 5 EEICRE
THZ L,

AR E VTS W R FE i SR RS 2 IO o AT 0 5T AAVIhT45TIR A3 B2 ©
bDHZENHERSNTBETHRET D2 L, s, KRR S NI RS 2 R L ST =
WEEIZE T ERICONVTIE, UTFTO V=27 A FOAFAIRETH D ¢
https://www.pmda.go.jp/review-services/drug-reviews/review-information/cd/0001.html
BRI AN S VT A Ot 5 (i, MTIRIESE) (2o T, 117, BRG]
DHONE 2B L, R OA MR O e 2 08 Ue BT, S B ORR
2{15 2 &,

(4) TPEZEXIG L U BB T IEME L Cu7euy,
1.3 HAZERUVAEXEFERAAEZLECICAZRVAEXIIFERAEICEEL-FEA
LtoEE
U2 B OV B S 5 1]
W, AE10 kg LAE70 kg RO BFITIT1.33X 1047 Z—4 ) L (vg) /kg &, KEHTO0 kg

PLEDRBFITIF.31 X108 vg %, 605370512057 2 F THEIIRMICHEI 595, AR5 O 51X
L7RNWZ &, REWOEGEIF TRBICESEHEMNT 5,

x BEOAREINDOERARDIRSE

BAOWEHIA (kg) WHTR 3 T VI B (mL)
10.0-10.4 10 100
10.5-11.4 11 110
11.5-12.4 12 120
12.5-13.4 13 130
13.5-14.4 14 140
14.5-15.4 15 150
15.5-16.4 16 160
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A OREHPH (k) MBI SA TV 58 (mL)
16.5-174 17 170
17.5-18.4 18 180
18.5-19.4 19 190
19.5-20.4 20 200
20.5-214 21 210
21.5-224 22 220
22.5-23.4 23 230
23.5-24.4 24 240
24.5-254 25 250
25.5-26.4 26 260
26.5-27.4 27 270
27.5-284 28 280
28.5-29.4 29 290
29.5-30.4 30 300
30.5-314 31 310
31.5-324 32 320
32.5-334 33 330
33.5-34.4 34 340
34.5-354 35 350
35.5-36.4 36 360
36.5-37.4 37 370
37.5-38.4 38 380
38.5-39.4 39 390
39.5-40.4 40 400
40.5-41.4 41 410
41.5-42.4 42 420
42.5-43.4 43 430
43.5-44.4 44 440
44.5-45.4 45 450
45.5-46.4 46 460
46.5-47.4 47 470
47.5-48.4 48 480
48.5-49.4 49 490
49.5-50.4 50 500
50.5-51.4 51 510
51.5-52.4 52 520
52.5-53.4 53 530
53.5-54.4 54 540
54.5-55.4 55 550
55.5-56.4 56 560
56.5-57.4 57 570
57.5-58.4 58 580
58.5-59.4 59 590
59.5-60.4 60 600
60.5-61.4 61 610
61.5-62.4 62 620
62.5-63.4 63 630
63.5-64.4 64 640
64.5-65.4 65 650
65.5-66.4 66 660
66.5-67.4 67 670
67.5-68.4 68 680
68.5-69.4 69 690
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BAEOKERA (k) WIS T VL e (mL)
69.5L1 | 70 700

<EROHEXIIMFERFIEICEE T 28 EoEEsE >
AKBEGIZ LD AAVIWTAZ T DB RSN BB T H R HH T hn, TRESEBILT
L R=Y v o552 L,

Fa: BEHIAOEEHZO T L F=Y o oEs
. R=RATF7 AL LT, arFarToAf RElH1IESUIBR TR L T BREDY

AN
=

o AWML ORIANL L F=Y %1 mgkg B ZBMTHEESTS (R—2T7 4 ARIX
fke) . 1A ORKHEIZO0mg/H &35, RiOFEG%60H EITEMNO T L =y %
1 mg/kg/ H Ciikfe L, Z D%, 28T TR—RA T A » HAE~OM KRG 5,

2. RN—=RT7A L LT, HEBEaLVFazxT o FEE2BEEL TWHIEFEOLE -
AEFEGORIENS 7L F=Y r &l mgkg HZBINTRET D (R—2T7 14 v HEIX
fhe) . ek, mAEaLTFaAT oA RERGLARVWEICH ]I mgke/HZ#& 575, 1H
D ARKHEIT60mg/ H &35, RiLDOFEEG#60H FIZEMD L K=>""1 %1 mg/kg/ H
Tk L, T D%, 2B T TR—R T A4 VHE~OHEZ KRG 5,

3. R—=RXTFA4LLT, arFariof REEE5ELTWRWEEDOLEA -

o  AREFEGOUAMAING L K=Y 1 1.5mgke/H OG5 %BGT 5, 1HORKHAEIX
60mg/H &%, REDOEEHOHMIZTT L F=Y 1 %1.5mg/kg/H Tk L. D
%, GEMINT TATaA REEEN T 5 £ CHEDOWR A BT 5,

F b BHBRICHFERBBEE WL L BFIXIT 57 L K=Y r > o HEHREY

I R=AFA U HRCT L F=Y 11 mghkg HZBMTHRE L TN EEOLRE

o UL R=vurroBMHEL] mgke/HN5H2mgke/ HIZHET S (XR—2XF 4 U H&EIT
WD . 1HOBKAREIXI20mg/H &F 5, WS HERIE, 2BH T TI—A T 1 ik
~OWHRE HET 5,

2. R=2AF7AromMEarFazxTasf F (E2HKE) 7V F=Y 1 1mgkg/H%
BITHEES LTV EEOLE

o HHEaNFaxTaA RERELRWVWHOT L N=Y o a5 8% 1 mgkg/ H D
2mg/kg/ HIZHET D (R—2 T A HEIFM ., 1HORKHEIXI120mg/A &35,
W9 D%, 2T TR—R T 4 U HE~OWIRZ R 5,

3. AREERGOUAMATNS 7L K=Y 1 1.5 mgkg/ H OG- % Bt LI-BEOHE -

o UL FN=yr OHE%1.5mgkg/HN525mgkeHIZHET S, 1HDRKHEILI20
mg/H &5, TD#%, 4RENTTAT oA R 5 £ TlilE B 5,

H) ROOaLFarTas REGIZEHERICKIE LRWEEIEL, avF axTaeA FOFR

W& G ZHmEd 252 L,

2. REOHEHEERKE

AL, AAVIWTAZHSR T2 0 7y R R %A L  MHCKT 7 0 & — & —/T =D
FRATSVA0A > by, a RuUgfbe h~A 7 vy A a7 4 VG  WRCERRY 75
=LY T VERYIN G 72 DA TR > OIS, AAV2HKDOITRAEK % A 9 25 815 1

D' MCK A O'MHC 7 B & — & —/T o —Clk L, EICEEG R A 2 Te) ROV CEARE T
DORBAEF| T,
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FEHRERAR DA TR TV D,

KL OGN L » TRILUFBERER S~ A 7 a0 A ha 7 4 0. MRS OBREE %2 7 O
FER- L, Bl OTEEE MR, M2 deE L, RO EZFICZ 2B E LT
W, REIET 2 = XBFHY A br 7 o — (LLF, [DMD)) ORAFRICHL L, EERORK
WEUESE, BRET AN AT 4 AN« =—RIHLTAZ L EHBE LTV A,

3. BERRAiE
PR ERBR OF5 5 1% . SRP-9001-101585% . SRP-9001-102385% . SRP-9001-103745% & T8 SRP-9001-
301 BRI OV CERE L7,

31 HERTH1Y
3.1.1 SRP-9001-101:4 8%
S EN DMD B W ERE (BEEFIE26]) 23500, RihDOZ e OF M EZ a5 2 &
Z B & Uiz IE BRI FRERER A3 K [E O sk CIFHE S Az,
B3I A~ABREORBE BT Ham—FA &, 4L ESHRmORE ERZ LT D
aR—k B IZHE6f, ERH1261Z A AN DR E THh > 7223, JEIT L THANEZRMS LT
aR— b B4R ST, ARBROX G EE L RIER O B 2 x5 &35 102550 23 BY
HBENTZZ DD, TDO%RDOARRBRA~OEFIIFIE Xz,

TN

o 45%LL k8 HEAT D B DMD B,

o VAR T4UEBIZFDOTT V1858 IR WT, T L —Av 7 MER (REXITESE) T
RAARKIE 2 R OB R E2HT DA,

e CKfEAS 1,000 U/L 2> 100 m AT/ E1T O RER] 3 T HIRER] O 80%LL T D EF,

o AR VU—=V7HIO 1AM EICHOTZ> TROBIBREAT A NOEMAENLE L TE
D, BRBROKEYIO 1 FIE—EOHE KEZMICHIET 2O OHBEERZRLS) ZHERE
T5HIENTRINDBAE,

EAY ST
o D a—TEEERHRN 40%ATM 5 O DFIE DIEN & 5 B,
e ELISA IZ X W IE L7~ AAVrh74 X% AAVS OHUANAS 1 : 400 #B D 3,

ERAHEOTMER

o FHMEIEEH :~A 7 uaVA R T 4 U HUNTERE (D RAZ T ay MNE, BREET OREE
FeAREE K O E i WY By EIC X DY A b a7 ¢ UIBHERRHER) DOR— 2T 4 LY AR
590 HE TOE(LE, NSAARA a7 R ERE B30 EERE (B) . 10m BT/ THRER
100 m HT/ TR L O 4 BEREE AL FERI O RX— R T A U bR 5% 5 FE TO L&

D BRI O R 2 Y — = T,

3 NSAAR 21 7 IE 45%LL_ EODMD BRI 351F 5 HATHE N & -4l 5 72 12 BI%E S 7= BEREREAI R B2 ©db 5 (PLoS
One 2019; 14: 0221097, Neuromuscul Disord 2015; 25: 14-8), 173 EH THE . (322 6 [£5%)] £ TIA
FHPH A MBEREM A Z N5, REBIZO~2ORETRa T LS, 345 A TR a7 NE VT EEEIEEE A
BN EERT,
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3.1.2 SRP-9001-102: &%

S E ADMD B B3 (HEREFIEY 4461, £BE2201) Z x5z, REOF RN V22 % K
AT EEBEMNE L7 7 R IR AL — B R EGER 2N K E 02 5% T Eht S 7z,
FEKR OHEXIIER FEIE, 2S— M IOBSGERE R TIEARM2 X 10" vgkg (A —/3— a1 JUEEHE
qPCRIEIZE W HIE) XX 7' 7 B R ZHEFIRNE G325 2 & & aivie, Z20%, R
e S - B HEQPCRIEICH S X L kA~ F ¢ ZICHBE L= & 24 /85— M T3S0
He D HE (661126.29 X108 vg/kg, 6f128.94 X101 vg/kg, 8411121.33 X 10" vg/kg) M5 Iin7-
ZEPHER SN, N— R2TIE, SN M TARMEZERGINTERBEIIT 78R, 778 Ra2HE
SR IIAML33X 10" vg/kg (ESEHEQPCRIEIZ X 0 lIE) ZHEIFIRNZGT 5L & &
iz, iz, EMH LA EFSZO TR % BAIZ, DMDIGED 7= OIZ_— 2T A IS (2 H
LTCWe—EHEOKROBIBREAT A NI T, BRGSO/ A 2> LR o=
BMORIEREAT oA K (L F=Y U8R Clmgkg/ H) OFHZBAMG L. IGBRE(EEMIZ X
D B OWIRNBEIC L > TiETH D LB SRR Y | TRBRELL B 5260 H 19 fkkid 5
i ahi,

ok SNIEEAL SN T243610 5 BRIERE U226 (SREE) ZBR<416] ORERER20%], 7
TR ARE214]) 128 MITARE T T 78RR EE S, REMEMITHRER K OITTEH & S
Nz, & U TITTHEM DA IEMAT R REN & Stz 28— FERKT L239617 REEE18HI],
TR ARBER21H]) 23— R2ATBAT L, 73— F2ATBAT LI22FIR/S— R3IZBAT LTz,

TN

o 45%LL k8 HEAT D B DMD B,

o VAL T 4 EETDOTT V1858 ICBWT, 7L —AT 7 MER (REXITIEE) T
KA IE 2 R B R A2 HT 5 B,

e CKfEAS 1,000 U/L 2> 100 m AT/ 1T O RER] 23 T HIRERK] 0 95% A D B3,

o AR VU—=V7HIO 1AM EICHOTZ> TROBIBREAT A NOEMAENLE L TE
D, X=F1 EO2%#BLTEOHE KREZICHHET HT-OOHELEEERL) Zi
952 ENnTREINDEBE,

EAY ST
o L a—TESEERHEN 40%AKNM 5O DR IE DN H 5 A,
e ELISA |2 X W liE L7- AAVrh74 OHUEMEAS 1 : 400 D,

ERAHEOTMER

o THEHMHIEH : v AZ LTy MEZKD~YA I/ u PR Na T 4 H R ERBOD/R—
N1 OXR=ZAT A 5% 12 ETOELEL D NSAA BATT O/X— K 1 OX—RA T A
U5 48 I E TOELE

o REIRMIFHEIEHE : JE B & B30 B, 10 m AT/ EFTHRER], 100 m 2347/ 84T RER K OY 4 B
BA D ON—F 1 OR—R T 4 b 5% 48 E TOEL&E

Y EEEIHEH ON— A T A L H D 512480 F TONSAAR 2 217 OL{LRIC O T, HISEERIE RS, &8
BREOAEIEHENRAEZS L E L, A EKETRINS%O T, K90%0 8 H /1 2 el 3 2 7= D DIEGI L LTaE
44 (FRE22610) ERRE LT,

D RS YL P RN AT A DR Y — = T

0 REREN I EESH (201947 A2 AET) LARTIE30 B Bk & STy,

D ORRBEOMINE EELREOT DR A DI L,
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3.1.3 SRP-9001-103:%E&

4+ E ADMD% R (HEREFIE - 2k — M1 206, 2dR— b2, aAR— R3O adk— b
K6Bl, AR — F5a: 66, adm— r5b:2fl) ZXRIT, REOFINER ONZEMEERGFTD 2 &
Z B Uiz IE G MIEst BB 03 K [H o Shitie% © 3 S Tz,

FAVE R OV B3 5151, &5 B ORE D 70 kg R0 DS A EAG1.33 X 10 va/kg, 70kgbh
EOEAEIT31 X108 vg (Wb EEEENEGQPCRIEIC L 0 JIE) ZHEFEIRNZE G+ 2L & &
Niz, £, GBI EOEEFLOT 2 HIZ, 25— M~3KO5TiX, DMDIERD =9
[CR—=Z2 T A VS (AL WV~ EHEOROBIBEE AT v A NI T, AE&ES O]
H2 BB MGl O DBEMOBIEREAT A K (7L R=Y VB Tlmgkg/ H) O 5 % Btk
L. AREFEG%60H kT 5 2 & LSz, B, ak— MOAT oA RRIBFEBE TIX, K
S DBEBIEABRTN S, 7L F=Y U #BE TL5 mgkg/ BN EORIBRE AT 0 A b %
BAtG L. AfPE5%60H kG2 2 & & Sz,

BekIn7-4801 (adm— k1206, AR—F2:76], 2dR— k366, 22dhR—h4: 761, 2k
— 15 :8f1) OEBNIARMNBEG S, LRV R GEM K O'FAS & Si17z, & L CFASH AR
PEFEAT S GEER & Suiz, 20234E7TH24H T — X B v A TR Tk — M ~4DOT X TORBRHE
KO am— hSOMFINN— M EFZET Lz,

FEBINETE

o IF—h1: A7 U —=V TR 4Ll B8R T, BMTHEETH U | NSAA KA T M3 17
#2826 LT DO BIMEHRAE,

o AFR—h2: AV U —=UFHHZ 8L F 18 AT T, HITAHETH VD . NSAA B A a7
15 DL 126 LU 0 B8RS,

o IR —h3KRar—h5b: A7 U —=" 7 W29 0 HLLEAITAREE, NSAA 8 A 27728 0,
10 m BITETR AR TH Y . EEOMREZ FHli 3% Performance Upper Limb (PUL) @ entry
item A2 78 2 DLEDBIERE, SITORREEL o oS, BEINMER IC L VS
NI RGO 72 B O fE BRI Ol (RO bWV A) L EFET D,

o IR —h4: A7V —= W 3L 4R T, BT ARE B RS,

o aR—hS5a: A7 V== KT 4 LA B 9 R T, AMTRRETH V. IR L& EAN Y IR
M2 7RLLUTF CTh 2 BIEEE,

o Ik — b 1~4: R ALK ER F2ZHREIC L D FaiOMEEROREICESE, A7V
— =2 7 HilZ DMD OZWfEE L T\ 5B, B rRaREEICIE, YA e 7 02y
NRIBOREE HT-HTEEZLNTVWS DMD B FOx 2 V1879 (Mkx&Te) 125
BIZEFEENTND T L—AT 7 NOXRRKE L ITEE, R IE (Frir AER) | EYE
AT T A RS XTE OMIFIZERIZET 250N EENTWD, ks, 22— F2 K
W4 T, =7V 1-17 (WzEde) ICEROH HBF I AEE TH DT,

o R— b 5:ERAT AKX OREBG 2R ilc X5 FRiOMBOREIC K SE 27 ) —=
> JHIZ DMD OZW3feE L T\ A EBEE, B REREEICIX, VAT 00 Z 0N
BOREEZ LT EEZ LN TS DMD s fOx=7 V> 1-17 (Hsiz&ie) (2H0m
MITFERIZEFEENTND 7 L— LT 7 FORIE L IFTEME, KKK IE (o AZE8)
IEWERT T A4 ZAENER, 32 OMBEIERICET RN EENTWD, 2B, =7 VY
9-13 MERIZE ENDHRKDOH 5 EBH IR TH D,

o IR—h1I~3 KNS5 A7 Y —= TR0 12 BELL B> T—ED | HRGETRA
B EAT oA ROBR5E2Z T TCEY ., NoRBRBMP LR CHE TR G E2MET 57T
DEHE (KREEIKHET 270D HEET 2R,

S YL SRR R T A DA ) = T
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e ZI/R— k4 :DMD DIBEDT- 8 BEEAT oA FOEBERENEEMNETITIRW LRk
Eﬁgﬁﬁﬂﬁb\xyuwzxaﬁ:@ BEEATOA RE&E5 LTV RWESE,
e ELISA IZ X Y IE L7- AAVth74 OHUAMAN 1 : 400 LLF DB

CVRBRIENERIEELS SIRK VENX, =2 V2 117 (i Ede) OEREFTHEEL R — b 1~4 TILEkk
E LTV, BBREMGEES S RICB VT, ak— 2 L4 Tk, =7 V> 1-17 (liEEd) 0XE%
AT 5EBFEZAMEE L THREICERINT, IBRERMFEES 5 RICHE> TREESNTZar— k2 0 1 Fflzkk
. aR—M1I~3OBFIL, =7 V2 1-17 (WA ET) OEENGEK Th o 7 IRBREMFHEESF 5 L VAN
BEeIniz, am— M40 7T Ty V2 1-17 (FiE &) OERBRER & HE S 7165 S M
EE S IRICESWTRE SR,

ERERAVEETE

o IR — b 1~5: L a—CTHEERKHEN 40%A0M ., T OB O B R e K O XATIER D H
%R,

o IR—h2, 3NS5 AT U —=2 FHED FVC N FHMED 50%A3m . M OV X3 A& #4540
BB e B,

o [RIKMICEETH D L AR INTLLT OKRMREERLFENRD LD BE,

y-INEINET AT 27 —E (GGT) 7 ULN O 2 {5

7E X Ul KFERESE (GLDH) 28 15 U/L #8

BEUALE N ULN B (727 LA — VEEREC L A & b AN MR <75

HIEERSN L7220

F I EREL 2 18,500/uL 2

> I/ RERAS 150,000/l BL R

Y V VYV

A\

ERBEXEOTME B

o THIMHIEH : AKX Ty MELLA~AZ7aP A a7 0 X X ERBEONR—
ATA UM BARMBEE% 12 HE COE{bE

o JEENEEEDFHMEIAE ST RMERBEDMAAN DN 2R — k1,2 XDV 4 (28T 5, NSAA
A7 R R X B2 REREL 10 m BTAEITIER], 100 m BT/ TREM R O 4 BEREERH- 0
FEH DO R—RAF 4 bR G5% 104 1B E TOEbE

3.1.4 SRP-9001-3013:% k&

4% UL ESISATE ODMD B IR A E (HEEGIES 12061, SRE60B) Z %502, AR DOA ML
BEERGIT 52 L2 BE L7 72 AR5 REE A L S M LGB 239 00 [E 33 ik
DAk TIHME S A7, FER O &SI 5] w*—Mfi$ﬁ1%wa@@(E%H
YEQPCRIEIZ L W JIE) UL 7 7 'R E26053 05 12055 0 CTHIEIERIRNZE 545 Z & & S,

— k2 TIX, X—=FITCARREZEEEINT-BEIT T 78R, 778 R2EEIN-BEITAMLLIS
X 10" vg/kgZ 604772 120 22T THEIFFIRNEG-32 2 L & S, 7o, REMHLOASE
FHDO T E2 BHIC, DMDIBWED T2 DIZ_R— 2T A D (T LT —E AR ofR ORI

BB AT 0 A RIZNAZ T OB EE ORTH 2> 5 EmHE o= o BMOBIBREAT oA K (7

9 FBFEE TdhDHR—RT A DAL GHS2 E TO NSAA A 3 7 OE(LEICHOWT, KGEEE 7
T RBEOMMGIMZEEZ22, HESNDEHEGHEOEERZEZISEWE L, FHIFHOBEMERELETMS%, K
H 1% 5I90% MR T D 72O OFEFIE E LT, BEFEE10%EME Lz LT, BEEFE %1206 (1#£60f) &
BRE LT,

0 RAX— KAV, FE AXVT. BER, RSS2 A, EERUKE

W 27 ) ==V FROR—RTA L HIDOR Y ) —=2 T,
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U K=Y U Tl mgkg/H) ORHZBM L, GBI 5%60 ML ik 5 2 & & s
776

BERINTZ131010 5 B BRAMEUEI AR U 72261 2 B < 12901 8N \AE 2 b S v, TEBRELT 2 % 5
T HRNCIRER A L L4l OREFRG] (FEES) . 77 BARr26 QBRI E o)) %
B < 12561 OREEEG3HI. 77 B AREE62H]) (TR LT 7 v R BH S, Ve ot S 4E M
K OmITTAER & &iviz, £ LT, mITTHEM DA MM T RER & Shviz, 20234F9H13H T —
K J1 > NATZRERT, 73— MZSET L7212561 (RanftEe3fil, 77 wARE626]) @ 55, 991 (&K
eufE4ofl], 7T B AREESOB]) A3 N— R2TBAT L, REBEO2H % bR < 97BN XX 7 7 B AN
BhEINEY, ok, AEBRICEAAN DN BARNEBEIISHITH Y, 40 (RELEE, 778K
BER20) 1322 RVERRIT R REN K OmITTEMICE N7z, £ O1611X, X— M OEIELLRK
THIBIMBER S N7 LaVEMNT R RER K OmITTEMIZITE O b oiz,

Fa IR

o T UK MMUFESOEEN 4 mRLL L 8 BT O AT A RER BYEHRAE,

o [RRAT AL QKRB ETZHMREIC L 2 FATOMRBOREICESEZ, A7 ) —=2 FHiC
DMD OZWihEE L T\ D EE, B rREREEICIE, YA Na T 0 X 7 EDORE
ZHIEHTEEZ LN TVWS DMD BiafDx 7 V2 18-79 (lidkza&te) ICEBICEENT
WHTZ L —AY 7 FOREITEBE, REEKIE (Frtr RAZRER) . EYERT T A A
MR, UEE ORI ERICET 2N LT EEN TV 5,

B, UTOERZAETLEEHIINEKE TH D,

> TV 1-17 (WzaEle) ICEROH DB,

> AVTVL—ARE, A7 L —2EEROERNESAHOLRED S 5 BH,
> TV UASIZEEBILEENTWDIEROD HEE,

o A7 U —=VZJIEDO NSAAMRA 3T 3 16 48 29 AJii D B,

o A7 V—=VTBEOR EREE BN BN 5 AT O B,

o AJV—=VJHiO12EML EIZHbZoT—ED 1 BERSETROBBREAT oA RO&
HE2Z TR, »oRBRYIM+T L E CHE TR 2GS 2 TEOBRE (KREZLICHIG
THEOOHEETZERL),

e ELISA |2 X W lliE L7- AAVIh74 OFUAMDS 1 1 400 A D Bk,

FE BRSO ETE
o D a—TESEEHERMN 40%ATM . ST AE O B PR s K& OY SUTIEIR 23 8 5 iR,
o HRIKMICEHETH D & 72 S LLT ORI AR FE1BO 55 B,
> y-INAEINET AT =TF—F (GGT) # ULN O 2 fZi
> I I UK ERESE (GLDH) 23 15 U/L
> MEUALEYN ULN B (727 L OAR— VREBEREC L 5 & B AR S -
LA IR L)
FIfL BRELAY 18,500/ul i
> If/RCERAS 150,000/ul LLF

A\

EH M OFME B
o FHEIAMIEHE : NSAABR AT DR—RAT A B ARLEEG% 52 8E TOLL&

12 S R25E T D20244E10 A 25 AREALT, 28— P ICAR OB G451 7263H 217 — F2TT T v ROES.
EZIT, £, A FITT TEROBEEZIERHD I B, /A= MEFET Lizth S~ F2B LTI
Bk Lz2f (O3 28— F2BRAARTO AAVIhTADOFURMIA L 40084 1) ZBRO =604 23/ 3— 2 TAS,
DOPHE2Z T2,
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o RIRIWFHEIEE : JK B X BNV B, 10m BAT/AEITRER]. 100 m 4781 THRER] M OY 4 B
BF OB OR—ZAT 4 U bREEGH 2BETOLBE, voAxAX o Tay MECLD
K E5#% 128 EO~Af 7P RA a7 o o2 o7 ERE

3.2 Ai
3.2.1 SRP-9001-1015 5%

YA RTA AT 4 BN TEREL (T AZ T a Y ME, BRHER OGRS KON
TR OIEIZL DTV A a7 ¢ VIEBERHER) OR—R T A4 2 NDERBEEH%I0OH ETO
PILEIL. E1DOEBY TH-oT-,

Fl A2 PR b a T4 B UNTBRBEON—RA5 A U bABEESI0E X TOELET (101308,

FAS)
. o s e eyl . TRt BRI L D
SiE B B VT AR LT a ey FME? FRHE P O g% HEOLBR SR b7 e
Patient 1 38.76 79.84 78.03
Patient 2 13.50 58.76 73.45
Patient 3 47.18 77.95 77.07
Patient 4 182.63 157.82 96.19
A A Y {5 70.52+76.10 93.59+43.86 81.18%+10.19
P (R 42.97 (13.50, 182.63) 78.90 (58.77,157.82) 77.55 (73.45,96.19)

*1 o ARG H OBIERE (%) —_X—ZF A OHIEME (%)

*) . JE DMD BEDOAERBETO A a7 ¢ v 2 Ry ROk A BEEREORIKTOIRA a7 4 v
H NI EREDOESE (%)

*3 . JE DMD BREO/ERBRITO R ha 7 4 v & R0 E O Y@BREEZ 5 A B ERF ORIKTO Y R
ha 7 g N BOREYGIRIE OIS (%)

* o RIEHOREIC LY DA Na T 0 U H R B R LTEBEO, FRHE (VA b a7 g IGPERRME & BRPERR
HEOGED Iextd 2V A ba 7 g VEHEREOEIS (%)

TEBEREDFEMIE HIZOW T, NSAARR A 273 | BR Rl & 230 B (7). 10 mAT/41 Ty
[ (B0) . 100 mAMTAEATREH] (F)) KUMBREES- KR (B)) OS—AT A U DA G#S
FETOL LR CPEARERZE) 1L, R2OLBV THoT,
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F2 EBEMAETMEEE OR—RA T A U DALBRERSEETTOELE (101788, FAS)
AL EG (4f)
NSAA A= 7 R EEE ENYEFE | 10m B T/AEITRE] | 100 m S TE TR | 4BEHEELS- © REH]
) ) ) ()
20.5+3.70 3.68+0.48 4.89+0.48 56.40+8.54 3.47+1.20
NR—RF A 19.0 3.80 4.90 54.55 3.59
[18,26] (3.0, 4.1] [4.33,5.43] [49.3, 67.2] [1.90, 4.80]
y 5.5+2.65 —0.35+0.82 —0.68+0.69 —9.05+9.84 —127%1.12
BHZIF 50
eI ] —0.15 —0.76 —5.10 —1.09
(2, 8] [—1.5,0.4] [—1.30,0.10] [—23.6, —2.4] [—2.80, —0.10]
y 7.0£231 —0.17+0.81" —0.71+0.72" —833+0.74" —0.76+0.96"
B 514524 =0 0207 * n :
I ] . —0.53 —8.60 —1.03
(5,9] [—1.1,0.4] [—1.50, —0.10] [—8.9, —7.5] [—1.55,0.31]
y 7.5+3.42 —0.10+0.74 —0.77+0.72 —10.30%6.30" —1.14%1.36"
B 51434 70 0.05 . .
IR ] ) —0.82 —10.50 —0.93
[4,12] [—1.1,0.6] [—1.53,0.10] [—16.5, —3.9] [—2.60, 0.10]
y 7.02.94 —0.07+0.59 —0.34+0.52 —6.95+6.00 —1.07%+1.41
B 5 %44
e 6.5 —0.15 —0.41 —7.10 —1.19
= [4,11] [—0.7,0.7] [—0.83,0.30] [—13.5, —0.1] [—2.60,0.70]
,( 75+238 1.08+0.43 —0.34+0.37 —4.02+4.64 —0.82+1.14
BH%5%
oL 75 0.90 —0.48 —2.90 —0.74
> (5, 10] [0.8,1.7] [—0.60, 0.20] [—10.6,0.3] [—2.20, 0.40]
B M AR YRS, FE - P [#upE )
* 2 3 DG R
322 SRP-9001-1025t E%

NA F~—J—ZBHET 5 EEFMEE CTHHL VT AX Ty MELLDZ~A /YA bR
T4 BRI EFEBDON=ZTA NS DOEBEIIRIO LB THY, ABEL 7T R
D BT B TRERHIIIC

HR RO b,

3 v A7aPR b aT 4 BRI BRBENDOR—R T b RE#H12BE TOELE
(102382 <— R, ITTEMH., 2214E1H19BF—FH v +47)

AdnkE

75 AREE

R=2F 4 (%)

423+6.83 (20f)

191128 (2141)

23— ML OP 541208 £ TOELE? (%)

23.82+39.76 (20451)

0.14+124 (141)

p fiE"

<0.0001

AR A
*1: I DMD BHEOHHAEMAE T OV A hu 7 ¢ o 7 R FREISN T 2 BBREHFORETOTYA e T 4~

Z NI EREDEIS (%)

*2 0 ARG HR2AOREME (%) —X—AT7 A4 OHIEE (%)
*3 R K HERRI1 %, 2HEA Welch O t MiER R B2 AWV T v & SMURIE, ERE D% B ORI IIEL7)

%ZS%O

TEFEREICEE T 2 FEMIEE TH D NSAARA 2T D/8— M DR_R—RZ T A U b 5%
A8 £ TOLALE DL FE R EEOR G L 7T B RBEEORERZE [95%CL] 130.8 [-1.0,2.7] T

bV | HEHAYIC

4),

BRETRDONT KMFEO T 7 BRI 2B IR SN h oo (R
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4 NSAARRIT DR—RTA Vb EEHISEE TOELE
(102388 %— b1, ITT£MH. 2021E1H19B T —F h v +27)

A 7T v AREE
SR P AR G 19.843.3 (20) 22633 (214)
i Gr/b, &R (13, 26) (15, 29)
P R I ME AR A 1.622.9 (1941) 1.0+-2.6 (2141)
RGBSR TORICR R, B (3.6 (4.0
TR S OB 22 [95%CL] 0.8 [—1.0,2.7]
p fE* 0.3730

A BAKEMNS%, RERE, . R REFELRROZREMEM, N—2 T A D NSAA A= T R—
AT A D NSAA A AT LR OREAEM 2R E L, ooty g & L TS 2 (0E L 72 /8
HIEIRANEET V. ERE DL EOFFREIFEINED 255,

TEBIEEEIC BT A RIKEHEEE Th D, K LR X EA30 EERE. 10 mB7/E1TRR . 100 m#k
1T/ AT e OMER PSR - 0 B D 28— M 1DOR— 2T A b 54%48H £ TOELEIL, #5
DODERBYTHoT,

#5 EBHSETMEEEDN—R5 4 U bR E#R4GE T TOELE
(102382 %— M1, ITTEH. 221FE1HI9EF—F By v 7)

At 772 AR
- Ry 5.10+2.17 (204) 3.56£0.65 (21
EELE%(*LJ)Z? D IRFHH] GRS E COL(L R —0.21+1.13 (1941) 0445091 (21
~ AR P O BERT ST [95%C1] —0.50 [—1.22,0.23]
— N—ATA 535+1.14 (2061) 4.83+0.72 (214)
}H—_\‘/ 7 3
IOm/gj\i)EﬁE?FHEJ %48 £ COE(L & 0.70=1.16 (194) 0.010.69 (214)
- AR IO TR ZE" [95%C1] 0.49 [—0.08, 1.06]
— Re— 2T A 61.04=12.71 (20f1) 53.868.30 (2141)
100 m ggﬁﬁ#ﬁaﬁ P 5480 £ COE(L 8.67+27.98 (19f) 2.49+7.52 (214)
- AR Z P O RERT " [95%C1 —2.00 [—13.42,9.43]
sy B NoATA 3.69+1.46 (204) 3.10+0.98 (21f)
4&%%;;%#?5 P %4808 £ COE( B 0.26+1.35 (19f) 0.03+0.87 (21
~ AR A P O RERT £ [95%C1] 0.14 [—0.61,0.90]
T AU

*RGHE, R, R, BGRE LR ROZEMEM, BIKEHEEE ON—X 7 A E, BIKEHEERE ON—2 7 A ME
LRFROZEEM IR L L, 2Esy G & U CERE 2 00 L KENERG T T L

3.2.3 SRP-9001-103:4 E&
FTEIMAEH THhAH VT ARX T ay MEICKD~A7a PR a7 0 XX TERBLOA
—ATA ORGP E#Z12BE TCOBLEIZIERDLERBY Thoi-,

K6 A7 TVRIRT 4 EUNIERBEINDNR—RATA UPDEARBREZ DB E TOE{LE
(10338 ~*— b1, FAS?)

ak— b ZR— b2 ZR— h3 aR— b4 a7k — h5a S 7R— h5b
(2011)) (7451) (6451) (7151) (6f51) (2451)
NR—2F A (%) 0 0 0 0 0 0
G128 FE TOLES (%) 542114257 | 1192+421% | 455314059 | 99.64+5197 | 22.82+21.63 | 23.64+6.93

SR E SRR 7S
*1 : JEDMDEFE OFARREFOTA b7 4 v X RV BREIZHT HIBEEEORKTOTVRA a7 4 v 2 NI HR
EOEE (%)

1 NS A= — B 5 R R A S B KRR E O K YE R W%, TEEIERE I B 5 R
liE B 31 2 AREUE DA BAKHEZ Wmil4% & 3E L, W iuh—J7 O BEEFHEE B OREBLHE I I THE
FHICAEB TH 125 AITIE b O — O EERHMNE B ORGURE DA FKAEZ mII5% & L THEMd 5 5,
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*¥) s aR— h~3:2026E4H6R T —F 1y AT, adk— F4~5: 20238 TH24AR T — 4 1w AT
*3 0 KRG Z1R2BEORIEMR (%) —X—Z2F7 A OREM (%)
*4 : 65 OFER

TEEEARE O FHEE B IZ DWW T, BMTRRERBE DA AN Gz a2k — M, 2K 04TEBIT 5,
NSAARR A =7 PR EEE B30 BEH], 10 mAT/EITHRERE. 100 mARTT/AE1THRE K O BR P B 55 1
B DR— 2T A SR EE#1048E TOEEIL, FTDLEEY ThoT219,

£7 BEEWEETIEE ORX—RX T A VDR 5%1048E TELE (10338, FAST)

a7R— R a7R— 2 a7R—
20) (7451) (7451)
NSAA A T7*2 | R—RA 51 22.1£3.0 (20%1) 20.7+3.4 (71) 129+2.1 (741)
Fe 545258 F COEL R 4.0+3.5 (20f1) —0.1%t6.6 (74) 6.0+t1.8 (741)
F 5110400 £ TOZH b 3.6+4.3 (2061) —2.7+72 (6f4) —
R ERE ERNY R—=2FA 4.17+1.43 (20%1) 5.87+2.05 (7)) 5.17+£1.02 (6)
e (D) BeE452F TOLE —0.48+1.47 (2041) 0.35+1.33 (6f4) —0.95+1.23 (6%)
B 5110400 £ TOZH bR —0.03+2.59 (194]) 2.18£4.20 (441) —
10 m B T/AEAT NR—=2F A 5.11+0.82 (204)) 5.54+1.00 (74) 7.55+1.29 (6f)
e (B Be 544520 F OB b —0.77+0.84 (204]) 0.97+1.08 (7)) —1.60+t1.20 (6%1)
B 51410400 £ TOZH bR —0.11%+1.42 (20%1) 227+1.95 (6f) —
100 m BAT/HEST | X—RAT A 60.11+12.14 (20%1) 67.43+17.64 (74) 110.20+30.00 (5%1)
e (B Be 544520 F OB b —8.02+9.21 (204) 12.17+14.60 (7431]) —25.95+16.48 (%)
BeH%1048 E OB L& —3.22+17.31 (20%1) 21.42+2042 (6f5)) —
ABPEBES- D NR—RFA 3.551+0.96 (2041) 3.69+1.27 (74) 7.30+£2.00 (745)
e (B BeH4%52iF OB b —0.79+0.88 (20%]) 0.69+1.27 (74) —2.26+1.32 (743))
Be5%1048 E cOE L& —0.15+1.38 (194)) 1.52+1.64 (6f1) —
SR fiE A R

1 ak— M 20224607 —F By AT akR— F2RUY : 20234FTA24H T — 2 1y NA 7
*¥2 0 AR — MIZOWTIL, 3L F O DMD FBEICHE LT\ 5 & 7L 5H8TEHE (Expert Rev Pharmacoecon Outcomes Res 2010; 10:
385-96) DHDAEF,

3.24 SRP-9001-30135%E&

TFHIHIEH TH D, NSAARA T D_R—RA T A L InD AR G#%520 £ TOZELEIZOW
T, AEEE R EEMEOREM ZE [95%Cl] 1£0.65 [—0.45,1.74] TH Y | MEHICHEERZEZTRD D
T, REBEO T 7 2 ARREHI T BB R S e o7 (38),

#8 NSAAMBARITDR—RATA VpbEREES2EE TOE{LE
(3013882 5— M1, mITT £, 2023FF9H13EF—F W v FF7)

A 75 R
P P £ R (R 2 23.10+3.75 (631) 22.82+3.78 (6244
P (b, X (14,32) (15.5, 30)
P AR B ERE R 2 2.52+3.31 (634) 1.86+3.18 (614)
RGBSR CoRieh @G, iR (—5.10) (5.55)
TG B IE DO REMZE [95%Cl] 0.65 [—0.45,1.74]
p fiE" 0.2441

* O EKYEMNIS Y%, ¥ GRE, EEY, MiE, REHELESOLZHEER, N—AF A4 VD NSAARA T, X"—2 54
VDO NSAA AT LRERORZEEMZIERE L, k3t odis & U E 2 08 Lz SKKAERER A2 R
5L

HEEERE ORI HIZ DWW T, R B X EA VKL 10 m A{7/ETRR, 100 m A7/ THE
[ OB BE B 0 BRI DR — A T A ) ARG 520 £ TORLEIL, RIDEBY ThH-

W 2004F4A6H T — 2 H v hATHREAT, adk— hsa DF —Z 3B LN TR,
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7~
EESREMEERE DR—R T A U b ARBRERS2BE TCOEE
(30138 % — M1, mITT £H. 20234F9 1385 — &% h v b F7)
AffE (6341) 7T R (6241)
R S 3.52+0.81 (63f4) 3.60+0.68 (6244)
RLEE gf(fj)ﬁ) ) T B 552 & oL E —0.26+0.95 (634]) 0.39+1.39 (614)
~ kg L O BER 25" [95%Cl] —0.64 [—1.06, —0.23]
o NR—RF A 4.82+0.79 (634) 4.92+0.73 (6241)
10m 52;@75%% B 552 & oL E —0.34+0.69 (634]) 0.09+1.03 (614)

AR I O RER 22" [95%Cl]

—0.42 [—0.

71, —0.13]

100 m 231 7/E1 7 RERE

R—ATA v

60.67%+15.55 (63f)

63.0117.01 (59f)

#5452 £ TOE R

—6.65+14.54 (5931)

—4.18%+18.46 (57f1)

) TR DB ORI ZET [95%CL] —3.29 [—8.28,1.70]
e NR—=RFA 3.17+1.01 (63f) 3.37+1.09 (6141)
4&&%%;)@ R fil P 5% 520 £ TOEAL B —0.41+0.85 (62f4i]) —0.12+1.28 (60f)
TR DB O FEREZE [95%CL] —0.36 [—0.71, —0.01]
S AT (R 2
B, Fl, RRL BB ERSOREER, A7V —=v RO NSAA WA 7T BIREHIEE O~—2 F
A VE, BIRGHEEE ON—2A T A AMEE RO BEAERZIE R E L, o3t oiE & U B EEE L

T KEREREGIRET IV

VAKX T 0y MECEDAARMFEGBIBER SO~ 7 a A va 7 4 X7 EIEH
OINE R (%) 13, ASLEE76]T34.29+41.04, 77 B REE146] TIZRHITOTH -7,

33 ZT&EM
BT ARREEEIZBW T, 2RI LA E2HINHER I TWD, £7-, IFEREREE N RKBL L
f_ EORINMIMEIEF AT A REasRd4 52 &,
3.3.1 SRP-9001-1013%E&
ﬁiiﬁiW]ﬁh%w%ﬂnjmuh_mbgmt$% MR EAGER A4, TR
FEFR3IG), BB ER, €Y. COVID-19, ALE iéff\ﬁﬁﬁﬁ\%m%ﬂﬂﬁ&o

7o EIWERNZ3G (WEr:, friEse Lﬂ%ﬂﬂ BRG], L BEAE, JRITA1E]) (IR0 D

ﬂf\_o %E&UE““ fcﬁﬁ%%% JER 78P) %ﬂiﬁﬁ") 711_0

3.3.2 SRP-9001-102:# E&
SR W T, BEFESRIT41/414] (100%) . BIVEAIX37/4161 (90.2%) |
FIZRD SN EEFZLEORIERIZEIOROEIIOLERBY ThoT-,

RO BTz, 20%L

15 JE DMD BE O ERRET OV A hu 7 ¢ o & Sy RS S BB BE ORI TOYA f a7 4
2R EREDOEE (%), FRBEBSNE DN EBE OGSz,
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#F10 20%LU RS ON-AEES (10285 28, et EHd)

AN G SN 2m (4141)

PHEHRG 41 (100)
GBI 29 (70.7)
I - 29 (70.7)
=Rl 23 (56.1)
VU fEe Ja 23 (56.1)
BT X DK 20 (48.8)
COVID-19 19 (46.3)
Zy R 18 (43.9)
N 18 (43.9)
IR 16 (39.0)
RGN 15 (36.6)
FEEL 14 (34.1)
ES B H i 13 (31.7)
YA L AR Y 13 (31.7)
SHH 12 (29.3)
RAfiim 11 (26.8)
T 11 (26.8)
y— TNE IV NTG AT =T — BN 11 (26.8)
BEIR H 1 10 (24.4)
A L AVEE IR 10 (24.4)
B 10 (24.4)
97 9 (22.0)
B RE VR AR 9 (22.0)
MedDRA ver.24.1

B (%)

#11 20%LL EICEDON-BHERA (102388 2. MM srREm)

A G S =20 (4141))
2EIEH 37 (90.2)
M - 28 (68.3)
BRI 21 (51.2)
L 17 (41.5)
e 11 (26.8)
—TNEINVNT L RT =5 —BHENN 11 (26.8)

MedDRA ver.24.1
Bl (%)

FELITRRD D IRip o T, EERAEFFERITON CRBRE-H4r26l, BTk a4 1‘%1’*}( r”ﬂ
FRIE/RBRE B 37, FFHRE/ASAAEE, 7 > X7 I —¥ L& Rk, LH?E ) ISR
Biv, 4B (BRSO RAEAE2 B, IR E/BRRUHARE, 7 A7 I 7 —¥ EA) I3EWERA & &h
7‘\_0

3.3.3 SRP-9001-103:# B&

BRMEICOWT, AEFRZIIEFNGERO 6N, BIERIZ=A— F1T18200] (90.0%), =7k
— 2T5/761] (71.4%) . =24— F3T5/6f (83.3%)., =2A— F4T6/7%] (85.7%), =1A— K5T8/8
Bl (100%) IZFEH BTz, WTIVDPDRETI0%LL EIZRD LN HERESR, WTNUORET30%
PLEIZRO GNEHWERIZENENRREORIZO LEBY ThoTz,
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#F12 VWD ai— FTI0%U LIRS b - FEES
(10335, MM IRER, 2023872485 — &y b4 7)

apR— k1 aR— K2 akR— 3 ak— h4 a7 — k5

(2041) (761) (6f1) (761) (8#31)
PHEHRG 20 (100) 7 (100) 6 (100) 7 (100) 8 (100)
M - 11 (55.0) 3 (42.9) 3 (50.0) 4 (57.1) 7 (87.5)
N 8 (40.0) 5 (71.4) 3 (50.0) 0 7 (87.5)
REER R 5 (25.0) 1 (14.3) 1 (16.7) 1 (14.3) 3 (37.5)
A 6 (30.0) 0 0 3 (42.9) 1 (12.5)
FEEL 6 (30.0) 0 0 1 (14.3) 2 (25.0)
COVID-19 6 (30.0) 3 (42.9) 0 4 (57.1) 0
GBI 3 (15.0) 0 1 (16.7) 5 (71.4) 2 (25.0)
A7l 3 (15.0) 0 1 (16.7) 4 (57.1) 0
A L A 2 (10.0) 1 (14.3) 0 3 (42.9) 0
Hkye 1 (5.0) 0 0 3 (42.9) 0
TE X ERBLK R EESE RN 9 (45.0) 1 (14.3) 2 (33.3) 1 (14.3) 2 (25.0)
ke AR= T8N 6 (30.0) 0 0 0 2 (25.0)
JFEESE E5 0 0 0 3 (42.9) 0
RIS 10 (50.0) 1 (14.3) 1 (16.7) 3 (42.9) 0
FIEpE 3 (15.0) 2 (28.6) 1 (16.7) 0 4 (50.0)

MedDRA ver.24.1
FHIE (%)

#F13 WThrDas— b T30% EIZ3RD b -EIVER
(10338, ZEMMITAREM, 20234E7TH24EBF—F vy h47)

— b1 ZR— h2 ZR— h3 aR— 4 ZR— k5
(2041) (761) (6f1) (761) (8%1))
2RIEA 18 (90.0) 5 (71.4) 5 (83.3) 6 (85.7) 8 (100)
M - (55.0) 3 (42.9) 3 (50.0) 3 (42.9) 7 (87.5)
N 8 (40.0) 4 (57.1) 3 (50.0) 0 7 (87.5)
TN H I ERRLK SR EESE RN 9 (45.0) 1 (14.3) 2 (33.3) 1 (14.3) 2 (25.0)
JFEESE E5 0 0 0 3 (42.9) 0
BB 9 (45.0) 0 1 (16.7) 3 (42.9) 0

MedDRA ver.24.1
BB (%)

FECITRED DR T BB RAEFFZRIISH (A — FU22Bl (& - 7 27 2 F—RIE,
W) . = As— h2IZ26 (e Efh 2, (D MENL) . Ak — R 5a 16 (SRR e 2R) ) 588 b,
RIER &l S =23, WTFnoFERGEIE L,

3.34 SRP-9001-30135%E&

N—= FUZHRBWT, AEFFRIIARMLEET62/6341 (98.4%). 77 BAREETS7/6265 (91.9%) (278D
BiILTe, WTNDDOEETI0%L, EICRO bNTZAFEFRIIRI4O LB ThoTo, BWEMAIZ, K
nn e C48/63%1 (76.2%) . 77 BARRET17/6261 (27.4%) IZRD LTz, WTIDDORETI0%LL |
IZRO LNTZEERIZRISO B ThoTe,
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F14 WVWTROOBEETI0%U LIZFRD bW B EER
(3013883 — b1, REEMITXRER. 202349 1387 —4% v b4 7)
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