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1. EXER
1.1 ABROBMRUV—HE

-

T LY RS A

EBE—f4 #+ (International Nonproprietary Name)

delandistrogene moxeparvovec

— % T

1.2

FIUVR Mas Ly BEXEOULRRY

heE. IR ILERE

[ZhE.

ARSI MERE

FalzrIRBHIA N T 40— EEL. LTFOWTN G- T8AICIR S,

<ZhHE.

)
2

®3)

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 VTR W R FE i SR R RS 2 IO o AT 0 5T AAVIhT45TIR D B2 T
bDHZENHERSNTBETHRET D2 L, s, KRR S NI RS 2 R L ST =
BHERICE T A2ERIZOVWTIE, UTFTOU=27H A F2bAFARETH D
https://lwww.pmda.go.jp/review-services/drug-reviews/review-information/cd/0001.html
FRRFER IS AN S T B Ot 5 (i, MTIRIESE) 2o T, 117, BRG]
DHONE 2B L, R OA MR O e 2 08 Ue BT, S B ORR
2175 2 &,

(4) ARG & U BB IZ I L Cu7euy,
1.3 HAERVA=EXIEIERAZLECICAZEZRVAEXIIERAEICEEL-FER
LtoEE
U2 B OV B S 5 1]
W, AE10 kg LA 70 kg RO BFITIT1.33X 1047 Z—4 ) L (vg) /kg &, KETO0 kg

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

x BEOREINOERARDIRSE

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 OREHP (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: BEHEHIAOEEHZO T L F=Y a0 s
1. R—=RXTF7A4 L LT, alvFarsToAf RE1H1ESUIEIR TERE L TWEBREDY

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. R—=2Z2F7A4LLT, BHEBaLVFazxTof FE2E2BEEL TVWHIEFOLE
AEFEGORIENS 7L F=Y r &l mgkg/ HZBINTHRET D (R—2T7 4 v HEIX
fkoe) ., 2B, mHAEaLFaxTaA ReHEELRVAICH]l mgkg/ A 2H54 5, 1H
DERMAEIT6O0mg/ A &35, RihOELG#%60HMIZEMDO 7 L K=Y %1 mg/kg/ H
THkE L, T D%, 2B T TR—R T A4 U HE~OHEZ KRG 5,

3. R—RTFA4LLLT, arFariof REEE5LTWRWEEDOLEA
ARG OEMATND 7V F=Y 1 1.5 mgkg/ H OF5- #4695, 1 HOKKHEIX
60mg/H &%, REDOEEHOHMIZTT L F=Y 1 %1.5mg/kg/H Tk L. D
%, GEMINT TATaA REEEN T 5 £ CHEDOWR A BT 5,

Kb BEHEBICEEERE SR LZBFIIXT 57 L K=Y a oo HaE#Ri"

1. R=ZATAUARICTL F=Y 11 mgkg/HEZBMTHELELTWHEREDES -

o L RN=vuoroBENHEZ mgkg/HNPH2mgky HIZHET S (X—RT7 A U HEIX
) . 1A ORI EIZI20mg/H &9 5, WiT 26, 2MNTT—2T7 1 =
~OWHEE R 5,

2. R=2AT7A OEHEarFarxTal N H2HEE) 7V =Y 1 1 mgke/H%
BINTEE LT EBEEFEOLEE

o HHEzaNFaxTuaA RERELRWVWHOT L F=Y o a5 8% 1 mgkg/ H D
2mgkg/ HIZHET D (R—RA 74 HEITMH) ., 1HORKHEIXI20mg/H &T 5,
WS 2 BRE, 28R TR—RA T A4 VHE~OWEE R 5,

3. AREFEGOUAMAING 7L K=Y 1 1.5 mgkg/ H OG- % Bt LI-BEOHE
T R=ynrrOfE&%1.5mgkg/ HN52.5mgke/ HIZHET 5, 1HDORKHEILI20
mg/H &5, TD#%, 4RENTTAT oA R 5 £ TlilE B 5,

W) BOOaLFaxTas REGICEDIERICKG LRWEGAIX, avFaxT oA ROEFR

NG A2 RET 2 2 &,

2. RRDEHHEIERKRE

AL, AAVIhTAZHSR T2 0 7y R VR %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 KL O'MHC 7R — % —/T o —Clsk L, RICEE BRI E &Te) RO ARG 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. ERRAiE
PR EER OF5 5 1% . SRP-9001-101585% . SRP-9001-102385% . SRP-9001-1037%5% K& Y SRP-9001-
301 BRI OV CERE L7,

3.1 HETHY41
3.1.1 SRP-9001-101:E&
SE A DMD B IR E#H (BEREGIEI26]) 26512, RO LEME R OEMEERFT5 &
ZHEE LS M REER A K E o L% T 32 S -,
430~ R DBE LR LT ak— b A &, GEU L8R OBET AR LTS
aR— b B IZ&6M], BEH261 A AN 2 RBREE T - 7228, JiT L THANZ BB LT
akR— b BIZABINBER I NI4T, ARRBRORZRBE L RO BH 2315 & 5102367236
RENTZ LD, ZOBOKRBRA~DBEKIPIE S L7,

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 1ML EICHOTZ> TROBIBREAT A NOEMAENLE L TE
n. BREBROKEYIO 1 FIE—EOHE KEZICHIST 2O OHEBEERZRL) ZHEFE
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 FHMEHEE :~A 7 VA N T g U HUNRTERE (D AX T a sy MNE, BHET OGREE
JEHREE R OB BB L D U A N 7 VI MERRER) DR— R T LD bR
590 HE TOE(LE, NSAARA a7 R ERE B30 EERE (B) . 10m BT/ THRER .,
100 m HT/AETTRE L O 4 BEREE AL D FERI O X— R T A U bR 5% 5 FE T2 L&

D ERITEI O A S Y — = T,

3 NSAAR =1 7L 45k LL EODMD BRI I51T 5 HATHE N & -4l 5 72 12 BI%E S 7= KEREREAI R B2 © db 5 (PLoS
One 2019; 14: 0221097, Neuromuscul Disord 2015; 25: 14-8), 173 H TH . (322 6 [£%] £ 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:%E&

S E ADMDY B B3 (HEREFIEY 4461, £BE2261) Z %51z, REOG RN VL2 2% K
AT EEAME LT 7 B R IREEL L R B N K E] o 20 a% T E i S iz,

FEKR OHEXIIER FEIE, 2S— M IOBSGERE R TIEARM2 X 10" vgkg (A —/3— a1 JUEEHE
qPCRIEIZ X D IE) UL 7 7 R &2 BEEFIRNEE G35 2 & & sz, 0%, RRBRBEGEZIC
WeSE ST S YEQPCRIZEICE S E L e AU F 4 ZICHRE LI L 2 A, 23— FTIE3HOD
He D HE (661126.29 X108 vg/kg, 6f1128.94 X 10 vg/kg, 861121.33 X 10" vg/kg) &5 Iin7-
ZEPHER SN, N— R2TIE, SN M TARMEZERGINTERBEIIT 78R, 778 Ra2HE
SHTZHREIIAML33X 10" vg/kg (ESEHEQPCRIEIC L 0 IE) ZHEIFIRNZGT 5L & &
iz, £z, EMH L OEEFLZO T % BAIZ, DMDIGED 7= HIZ— R T A IS (2
LTCWe—EHEOKROBIBEEAT A NI T, {EBREEEEG ORI A 2> LR o=
BMORIEREATaA K (L F=Y U8R Clmgkg/ H) OFHZBAMG L. 1B E(EEMIZ X
D B OIS BEIC L > TiETH D LB SRR Y | TRBRELL #5260 H Y fkkid 5
i ahi,

Bk S NEEAL SN 7243010 5 BRI ERE U226 (FE6) ZE< 416 CGRERR0%], 7
TR ARER214]) 128 MITARE T T 78RR EE S, REMEMITHRER K OITTEH & S
iz, = UCITTEMBN DRI REM & Stz 2S— MERKT L7239617 (CRERE18%], 7
TR/ AREE2141) /83— R2ZBIT L., 73— F2ATBAT L= 2B 3— R3ICBAT 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 1ML EICHOTZ> TROBIBREAT A NOEMAENLE L TE
D, NX=F1 L2 %BLTEOHE KREZLICHHET H-DOHELEEZER) ZiH
922 LR THRINDEBE,

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 B3,

ERAHEOTMER

o THRHMHIEH : v RAZ LTy MEZKD~YA I/ u TR IR T 4 H R TERBOD /R~
N1 OXR=RAT A4 B5#% 12 ETOELEKL D NSAA BATT D/X— K 1 ORX—RAF A
U5 48 I E TOELE

o REIRMIFHETEHE : JE B & B30 B, 10 m AT/ E1THRER], 100 m 2347/ 84T RER K OY 4 B
BHADEFHON—F 1 OR—R T 4 bR 5% 48 H E TOELE

Y EEEHIEE DN — R T A bR 51248 £ TONSAAR A 27 OL{LRIC O T, HISEEE RS, &8
BREOAEIEHENREZS L E L, A EKERINS%O T, K90%0 8 H /1 2 i3 2 7= D OIERI L LTaE
44 (FRE22610) ERRE LT,

5 XY m  PRUN—RT A DR Y — =

O aBREN I EESH (201947 A2 AET) LARTIE30 B Bk & STy,

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

4+ E ADMD% R (HEREFIE - adk— M1 206, 2dR— b2, aAR— R3Ok — b
K6, 2R— Rhsa:6fl, ad— h5b:2fl) EXRGIC, REOFEIER Ve 2R 52 L
Z B Uiz IE G MIEst BB 03 K [H o Shitie% © 3 S Tz,

TR OB 55, 5 B ORENTOkg R OB A 1T 1.33 X104 vg/kg, 70kglh
EOEAEIT31 X108 vg (Wb EEENEGQPCRIEIC L 0 HIE) ZHEFEIRNZE G T2 L & &
Nz, F7=, SGEMH R OEEELO T2 BAIZ, 28— F~3K 5 TiX, DMDIGED 7=
ICR—=AT A U (AL QW —EHEOROBIBLE AT v A FIZMZ T, K5 0w
H2 S Msl O DBMOBIEREAT A K (7L R=Y VB Tlmgkg/ H) O 5 % Btk
L. AREFEG%60H kT 5 2 & L&z, B, ak— MOAT oA RRIBFEBE TIX, K
S DBEBIEABRTN S, 7V F=Y U #BE TL5 mgkg/ BN EORIBRE AT 0 A Rgh%
BAtG L. AfPE5%60H kG2 2 & & Sz,

Bk S48 (Zid— R 22065, =A— b2 75, @Ak— K3 6ffl. aA— R4 7, 2R
— 15 :81) OEFNIARMBEEG S, LRV RS 4EM K O'FAS & SiL7z, & L CFASH AR
PEFEAT S GEER & Suiz, 20234ETH24H T — X B v A TR Tk — M ~4DOT X TOHBHE
KO am— hSOMFINN— M EFZET Lz,

FEBINETE

o IF—h1: A7 U —=V TR 4Ll B8R T, BMTHEETH U | NSAA AT M 17
#2826 LA DO BIMEHRAE,

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

o IR —h3KRar—h5b: A7 U—= 7 W29 0 HLLEAITAREE, NSAA & A 2728 0,
10 m BITETR AR TH Y . EEOMREZ F i3 % 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 Ik —h4: R V==V FHHT 3L E 4RI T, ST RRER BIERESE,

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 Vo 1879 (Mkx &) 125
BIZEENTND T L—AY 7 NOXRKE L ITEE, R IE (Frier AR EYE
AT T A RS XTE OMIFIZERIZET 250 AEENTWD, ¥, 22— F2 K
W4 Tk, =7 V> 1-17 (WizEde) ICEROH HBF I AEE TH LT,

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 T L— LT 7 FORKE 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—hI~3 KNS5 A7 Y —=FRHiD 12 BRI B> T—ED | HRGETRA
B EAT oA ROBR5E2Z T TCEY ., NoRBRBMP LR CHE TR G E2MET 57T
DEHE (KREEIKHET 270D HEET 2R,

O YL RN RT A L HDR T Y — = T
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e IR —h4:DMD DIEEDT-H BEEAT oA ROEMESNEELIE TR0 LRk
EE@%ﬁ%%L\X7U%:/7ﬁ:@ BEEAT O A REeE5 L TR WEA,
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, BBRFEMGEES S RICB VT, ak— 2 K04 TiE, =7 V> 1-17 (liEEde) oXE%
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 (FidEETe) OERNRER & HE S 705 S M
EE S IRICESWTRE SR,

ERER R

o IR— bk I~5: .0 a—TEEBEHRN 40%AK0M. X ITOFHAE O B R e M OV SUTIER 2
5B,

e IFR— 2. 3KWN5b: A7 U —=" WD FVC ST HAED 50%A . & OV 3% A
Bhis B 7 HRE

o [RAICEETH D LAl SNT-LUT OBIKREERFENTEO b b BE,
y-INEINET AT 27 —E (GGT) 7 ULN O 2 {5

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

BEUALE VN ULN B (727 LR — VEEREC L A & b A BINA MR <745
HIEERSN L7220

F I EREL 2 18,500/uL 2

> I/RERAS 150,000/uL LI

Y V VYV

A\

ERBEXEOTME B

o THIMHIEH : Yy AKX Ty MELLA~A7aPA a7 0 X X ERBEON—
ATA UPBARMBEE % 12 HE TCOE{bE

o JEENEREDOFHMIIAE ST RMERBEDMAAN DN 2R — b 1,2 XDV 4281F 5, NSAA
A7 R R X B2 REREL 10 m B TAEITIER], 100 m AT/ 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 ESIS AT ODMD B R A (HEEGIEE 12041, SRE60B) Z %5202, AR DA ML
e ERRT 5 2 &%ameLt77ﬁTﬁ%%W%m_Et@w@ﬁﬁmw@Exmmﬁw
DA2MiEk TIME S 172, FER O &SI 5 w*—Mfi$ﬁ1%me@@(E%H
YEQPCRIEIZ L W JIE) UL 7 7 B R E26053 05 12055 ) CTHIEIERIRNZE 545 Z & & S,

— P2 TIE, N—= M TR ZRGSINT-EBEILIT 7R, 77‘?T%?§5‘éﬂﬁ%%ij§uul33
X 10" vg/kgZ 604772 120 22 THEIFFIRNE G- 2 2 L & STz, 7o, EMHILOARSE
FHDO T Z BHIC, DMDIBWED T2 DIZ_R— 2T A W (T LT —E AR oR ORI

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

9 FEHHIEE THDHN—RT A DAL E%52HE TO NSAA AT DELRICONWT, RiREE 7
T RBEO MR 422, MESND KB GHOEAERAELZ3SERE L. FSIFEOBMRMEE S mN5%, &
HH1 % 5990% e % 72D DIEGIEL & LT, BIERE10% L4878 Lz T, BESEFSE 12061 (1EE60%) &
RELT,

0 - FAY, Fk AXVT, BAR, A2 A, EEROKE

W 25— FRONR—ATA DR Y —= > T B,
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U K=Y U Tl mgkg/H) ORH 2B, GBI 5%60 H ML k5 2 & & s
776

BERINTZ131010 5 B BRIMEUEICHRAR U 72261 2 B < 129F1 8N \AE 2 L S v, TEBRELE 2 &% 5
T HANIIRRA 1k L7zafi] OREER2G] (BEFESR) . 77 RERf (RS =R o)) %
B < 12561 OREEEG3HI. 77 B AREE62H]) (TR LT 7 v R BH S, Ve ot S 4E M
K OmITTHER & 7z, £ LT, mITTHEADP AT SR & 7z, 20239 13H 7 —
K J1 > NATZRERT, 73— MZSET L7212561 (RanftEe3fil, 77 wARE626]) @ 55, 991 (&K
snfE49fl, 7T B AREESOB) 38— R2IZBAT L. AREBEO261Z bR < OTENIAR M XL 7 7 B RN
BhE N2, ok, AEBRICEAAN DN BARANEBEISHITH Y, 40 (RELEE, 77 &R
RER 20 1 Z 22 R ERAT SR e OmITTEMICE £z, 7Y O1FIT. 23— M OE/EALRK
THIBIMBER S N7 LaVEMNT R RAER 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 VU —=VZ7IEDO NSAAMRA 3T 3 16 48 29 AJii D B,

o A7 V—=VTBEOR EREE BN BN 5 AT O B,

o ARJV—=VJHiO12EBL EIZbZoT—ED 1 BERSETROBBREAT oA RO&
HEZFTRBY, »oRBRYIMT LE CHE TR 2GS 2 T EOBRE (KREZLICHIG
THEOOHEETZERL),

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

FRERAEE
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 =T —F (GGT) 7 ULN O 2 fZi#
> I UEEliKSERES (GLDH) 28 15 U/L
> REUALEVD ULN 8 (7272 LV —VEREIC XL 5 & B 2 #Na s S
LA IBRIN L)
FIfL BRELAY 18,500/ul i
> If/RCERAS 150,000/ul LLF

A\

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

120 )9 R 25E TR 02024410 425 H ST, /S— M ICAR OG- % % 26302 H2 S — b2 T T L ROKE.
BT, £, NN TTTvROBEEEZ T 6260 56, /N— MM ZEFET Licth/S— F22IELRTHZER
Bk Liz2f (O3 28— F2BRAARTO AAVIhTADOHUARMIAL : 40084 1) ZBRO 2604123 3— 2 TAS,
DOPHE2Z T2,
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o RIRIWFHEIEHE : JK B X BNV B/, 10m BAT7/EITRER]. 100 m 47/ 81 THRER] M OY 4 B
BF OB OR—ZAT 4 U bREEGH 2BETOLBE, voAxAX o Tay MECLD
K E5#% R BRSO~ 70 A a7 0 o2 087 BHEE,

3.2 Ax
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 RA2uPR T4 B UNTBRBEON—RAS A U bLABEEHI0E 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 REBGHZI0H OBIERE (%) —_X—ZF A OHEEE (%)

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

*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 (%)

TEBHSRE ORFMIE H 2OV T, NSAAR A =73 | BR Bl & B30 B (FD) . 10 mBA T/ THE
[E (B0, 100 mAMTAEATRAR] () K UMBBEBR- U B5E] (B)) DS—AT A L bR G4S
FETOREE CPOEATERE) 1L, K20 LB THoTZ,
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2 EEHEETMEERDOR—R 54 U bLALEERSEE TOELE (101588, FAS)
AL EG (4f)
NSAA A= 7 R EEE ERYEFE | 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]
,, 5.5+2.65 —0.35+0.82 —0.68+0.69 —9.05+9.84 —127%1.12
BHZIF 50
SOk ) —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]
,, 7.0£231 —0.17+0.81" —0.71+0.72" —8.33+0.74" —0.76+0.96"
P 54524 70 0207 . . :
A ) . —0.53 —8.60 —1.03
(5,9] [—1.1,0.4] [—1.50, —0.10] [—8.9, —7.5] [—1.55,0.31]
,, 7.5+3.42 —0.10+0.74 —0.77+0.72 —10.30%6.30* —1.14%1.36"
P 54534 70 0.05 . .
oAk . } —0.82 —10.50 —0.93
[4,12] [—1.1,0.6] [—1.53,0.10] [—16.5, —3.9] [—2.60, 0.10]
,( 7.02.94 —0.07+0.59 —0.34+0.52 —6.95+6.00 —1.07+1.41
B 5 %44
IR 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%
SR 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]
LB Pl AR S, B PRl [P
* 2 3 DG R
3.2.2 SRP-9001-102:#E&

NS A=A =BT 5 EERHEEE THH VT AY T uy MECL DA 7Y A bR
T4 BRI EFEBDON=ZATA U NS DOEBEIIRIO LB THY | ABEL 7T R
D BT B TRERHIIIC

HR RO b,

R3 v A7aPR b a T4 BRI BRBENOR—R 5L UL REH12BEE TOELE
(10238 S— R, ITTEMH., 2141198 F—FF v F47)

ARdnkE

TR

R=2F 4 (%)

423+6.83 (20f)

191128 (2141)

23— ML OP 541208 £ TOELE? (%)

23.82+39.76 (205)

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 Z1R2AOREME (%) —X—AT7 A4 OHIEE (%)
*3 R K HERRI1 %, 2HEA Welch O t MiEHE Rt B2 AWV T v & SMURE, ERE D% B ORI IIEL7)

%ZS%O

TEFEREICEE T 2 FEMIEE TH D NSAARA 2T D/8— M DR_R—RZ T A b 5%
A8 £ TOLALE DL FE R EEORGEEL 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 EEHI$EE TOELE
(102888 %— b1, ITT£MH. 2014E1H19BF—F h v +27)

A 7T AR
SR P AR G 19.843.3 (20) 22633 (214)
i Gr/b, &R (13, 26) (15, 29)
P R I ME AR A 1.62.9 (1941) 1.0+-2.6 (2141)
RGBSR TORICR R, B (3.6 (4.0
FREESE S O RER 22 [95%CL] 0.8 [—1.0,2.7]
p fE* 0.3730

A BAKEMNS%, RERE, . R REFEERROZREMEM, N—2T A D NSAA AT N—
AT A D NSAA A 2T LR OREAEM 2R E L, ooty g & L TS 2 (08 L 72 /8
HIEIRANEET V. ERE DL EMOTFREIFEINGEY %55,

TEBNEEE I BT A RIKEHIEE Th 5. K X EA30 . 10 mB17/E1TER] . 100 m#k
1T/ AT e OMER PSR - 0 B D 28— R 1DOR— 2T A b 54%48 £ TOBLEIL, #5
DODERBYTHoT-,

#5 EBHSETMEEEDN—R5 4 U bR E#R4GE T TOELE
(10238 %— M1, ITTEM. 221FE1HI9EF—FHy v 7)

At 772 AR
- Ry 5.10+2.17 (20f) 3.56+0.65 (21
EELE%(*LJ)Z? D IRFHH] GRS E COLL R —0.21+1.13 (19%1) 044091 (21f1)
- T PO BERE" [95%CL] —0.50 [—1.22,0.23]
— Ry 535+1.14 (20f) 4.83+0.72 (21
}H—_\‘/ 7 3
IOm/gj\i)EﬁE?FHEJ P48 £ COEL & 0.70+1.16 (19%1) 0.01£0.69 (2141)
- AR IO TR ZE" [95%C1] 0.49 [—0.08, 1.06]
— REPEY 61.04+12.71 (2051 53.868.30 (21{)
100 m g;d{)f“mﬁéfﬁaﬁ P 515488 £ OB 8.67£27.98 (19%1) 249752 (21f1)
- AR O RE 22 [95%CI] —2.00 [—13.42,9.43]
N R—RTAf 3.69+1.46 (200 3.10£0.98 (214)
4&%&;;;0%?5 B 5%48 £ TO L bR 0.26+135 (194 0.03£0.87 (21f)
~ AR A P O RERT £ [95%C1] 0.14 [—0.61,0.90]
PR+ AR (R 2

*RGHE, R, RS, 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-9001-1035E&
FTEIMAEH THhH VT ARX T uay MEICEKD~A7a PR a7 0 X T ERBLODA
—ATA IO ARLE#Z12BE TCOBLEITIERDLEBY Thoi-,

K6 A7 TVRIRT 4 EUNIERBINDNR—RATA VPO EARBREZ DB E TOER{LE
(10338 /*— b1, FAS?)

ak— b ZR— b2 ak— b3 aR— b4 a7k — b 3a S 7R— h5b
(2041)) (7451) (6451) (7151) (651) (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
EOEIE (%)

WS e — B B I 51 B RS E O Bk MR W%, TEEVHAEIC B 5 J 3T
liE B 31 2 AREUE DA BAKHEZ Wmil4% & 3E L, W iuh—J7 O BEEFHEE B OREBLHE I I THE
FHNICHEB TH 125 A3 b O — O EERHMRE B ORGURE DA FKAEZ mII5% & L THEMd 5 51,
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*¥) s aR— F~3:2026B4H6R T —F 1y hA T, ad— F4~5: 20238 TH24A08 T —4 1w AT
*3 0 KRG Z1R2BEORIEMR (%) —X—Z2F7 A OREM (%)
*4 : 65 OFER

TEEEARE O FEE B IZ DWW T, BMTRREZRBE DA AN Gz a2k — M, 2K 04ZEBIT 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 U ARG EE#1048E TOEEIL, FTDLEEY Tho72¥,

7 EEMETMEEORX—RX T4 UHOARLELG#1048E TELE (103588, FAS™)
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 (FD) e E%52E TO L E —0.48+1.47 (20f1) 0.35+1.33 (6ff) —0.95+1.23 (6f)
B 5110400 £ TOZH bR —0.03+2.59 (1944]) 2.18£4.20 (441) —
10 m A 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 (20%)) 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 A T/A4T
e (B

NR—=RT A

60.11£12.14 (20f)

67.43+17.64 (74)

110.20£30.00 (544)

5452 F TOE bR

—8.02£9.21 (20)

12.17+14.60 (7f51)

—25.95+16.48 (2f31)

541048 F TORLE

—3.22+17.31 (204)

214242042 (6f)

ABPEBES- D
R ()

NeRT A

3.55+0.96 (20)

3.69+1.27 (74)

7.302.00 (7441)

P55 F TOE bR

—0.79+0.88 (20%))

0.69£1.27 (74)

—2.26%+1.32 (7f5)

541048 F TOBLE

—0.15%£1.38 (194)

1.52+1.64 (6f1)

SEEAE AR E (R 2

1o 3AR— 812022546 AT — 2 1y AT AdR— b2J U4 202357 H24R T — 4 1 b AT

*¥2 0 AR — MIZOWTIL, 3L T DMD FBEICHE L CW5 & S 5H8EHE  (Expert Rev Pharmacoecon Outcomes Res 2010; 10:

385-96) DIDEEl,

3.2.4 SRP-9001-301

ABR

FERHITEE TH D NSAAKRA T D= T A Vi BAR M GHS52H £ TOZLREIZOW

T, B EEMEDOREM 2= [95%CI] 130.65 [—0.45,1.74] TH Y, HHMICHERZEZTHED S
NT. KMEEO 77 v RERCT A EEE IR SN o Tz (8),
#8 NSAAMARITDR—RATA VpbEREES2EE TOE{LE
(301382 5— M1, mITT £, 2023FF9H13EF—F W v FF7)
AL RE 75 R
SO S+ HE U R 7 23.10£3.75 (63f4) 22.82+£3.78 (624)
FaPH (e, R (14, 32) (15.5, 30)
SEE = BE R A 2.52+3.31 (63%1) 1.86£3.18 (614)
Y. \u =3 yj< E=N
BSRs2EE TORLR W G, k) (—8.10) (—s.85)
TR DL O EERFE [95%CL] 0.65 [—0.45, 1.74]
p " 0.2441

* O EKYEMNIS Y%, ¥ GRE, EEY, MiE, REHELESOLZHEER, N—AF A4 VD NSAARA T, X"—2 T4
VDO NSAA AT LRERORZEEMZIERE L, k3t odis & U E 2 08 Lz SKKAERER A2 R

5L

HEEERE ORI HIZ DWW T, K B X EA DK, 10 m AA{7/ETRR-, 100 m A7/ 41T
[ OB BE B 0 BRI DR — A T A )y AR G520 £ TORLEIL, RODEBY ThH-

14)

202F4 68T —X 1y bATHEE T, ad— h5a DT —ZFELN TV,
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7~
EESREMEERE DR—R T A U b ARBRERS2BE TCOEE
(30138 S— M1, mITT £H. 20234F9 13T —Fh v b F7)

AffE (6341) 7T R (6211])

R S 3.52+0.81 (63f4) 3.600.68 (6244)

RLEE gf(fj)ﬁ) ) T B 552 & oL E —0.26%0.95 (6315) 0.39+1.39 (614)

~ kg L O BER 25" [95%Cl] —0.64 [—1.06, —0.23]
10 m T AT RS R—RF A 4.82+0.79 (6314) 4.92+0.73 (6244l)

)

B 552 & oL E

—0.34+0.69 (63)

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

N—ATAL >

60.67%+15.55 (63f)

63.0117.01 (59f)

#5452 £ TOE R

—6.65+14.54 (5931)

—4.18%+18.46 (57f1)

®) R HOEEE ORER 22T [95%CI] —3.29 [—8.28,1.70]
e S S 3.17£1.01 (63%) 3.37£1.09 (61)
4&'3%%%@%?‘5 P45 F TOB(LE —0.41+0.85 (6241) —0.12+1.28 (60%1)
TG DI E DO FERIZE" [95%CT] —0.36 [—0.71, —0.01]
SEEE R =
* o P HRE B, R, BEREERRROREER, A7V —=2 T O NSAA MAa7 | RIUGHEER O~X—2Z
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 MECKDAARMFEGHBER SO~ 7 a A va 7 4 X7 EIEHW
ONE R (%) 13, ASEEL76]T34.29+41.04, 77 B REE146] TIZRFITOTH -7,

3.3 =&

BT AREREFICB VT, B A2IC X220 MR I TWD, £, IFHEEREENIE L

TG AEORNTEEFERTA N3R35 &,

3.3.1  SRP-9001-101itE&
ﬁ$$%iW]ﬁhwwEﬂLJWuh_mw%mt$% O MEM ERGE G4BT

#= EH3B), BAaEE A, JE9 . COVID-19, ALE Jiéfhr\ FEJEGE, kA 2051] Ch -

7o EIWERNZ3G (WEr:, friEse Lﬂ%Sfﬂ BRG], L, BEAE, JRTA1E]D) (TR0 D

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

3.3.2 SRP-9001-1025#E&
SR W T, BEFESRIT41/414] (100%) . BIVEAIX37/4161 (90.2%) |
FIZRD ONT=AEFZEORIERIZEIOROEIOLERBY ThoT-,

RO BTz, 20%L

15 4k DMD BEOHAERRETOC A a7 4 v X L 8 BB T 2B BEORIKTOU A ha 7 4 v
2N BEREOEIS (%), FEISNRSONZEBE OGS,
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#10 20%LU RS ON-AEES (10285 28, et EHd)

AN G- S =25 (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 =28 (4141))
2EIEH 37 (90.2)
M - 28 (68.3)
BRI 21 (51.2)
B 17 (41.5)
REER TR 11 (26.8)
—TNEINVNT L RT =5 —BHENN 11 (26.8)

MedDRA ver.24.1
Bl (%)

FECITRED b olz, EELRAFEFRITON OBRE B2l MO RAEAE2 ], BT
FRIE/RBRE B 37, FFHRE/ASAAEE, b7 > X7 I 7 —¥ B&H. gk, L% HIT) IZRRD
Biv, 4B (BB RAEAE2 B, TR E/BRGHARE, 727 I 7 —¥ kA7) I3EERA & &h
7‘\_0

3.3.3  SRP-9001-103:%E&

BRMEICOWT, AEFRZIIEHNGERO b, BIERIZ=A— FITI8204] (90.0%), =7k
— 2T5/761) (71.4%) . =24— F3T5/6f (83.3%)., =2A— 4 T6/7%] (85.7%), =1A— R5T8/8
Bl (100%) IZFEH BTz, WTIVDDRETI0%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 —F v b4 7)

ak— k1 aR— k2 a7 — k3 a7"— K4 akR— 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
YA L R Y 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)
ra A= 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 WThrD s — b T30% EIZ3BD S -EIER
(10338, ZEMMITAREM, 2023E7TH24EBF—F vy h47)

— b1 oR— h2 ZR— h3 aR— 4 ZR— RS
(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— B20Z2f (S Efh 2, (D Mant) . Ak — F5a 16 (SR 2R) ) 88 b,
RIER &l S =23, WTFnoFERGEIE L,

3.3.4  SRP-9001-301:%E&

N—= FUZHRBWT, AEFFRIIARMLEET62/6341 (98.4%). 77 BAREETS57/62451 (91.9%) (278D
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