2022
R&D:REAR : B156

20225F12A15H
BAHEFERINSH

() NIPPON SHINYAKU CO, LTD.



FONEIRBEEDBELSEDORE

* ERDAZARF. HBELTEYFEEA



2022
R&D:REAR : 256

20225F12A15H
BAHEFERINSH

() NIPPON SHINYAKU CO, LTD.



BESARLDERFE ZHE

BREHSEERTA-HICBIFE3 20Ty bFXY
FEOIHEULODEROD 2FEF O EH

BANGE FE 50/ — 1 > kLR A SERK

e, BENRE S ITEEU EAER

BREER

A& DREEEEANREFAY ICEBT 5

TATYT 4T 41
FLWLWEADCH

MDY A XIRHONT, "R TEEANDEESADEDHICERNLHEZEIHL.

G335 Z & THRICAEBL TW<

(03) NIPPON SHINYAKU CO,LTD. 2



Ex b IfT-d o

FITR B EAEZELT
20FE LU EICH 7= B E Y AP
EEV)OZRERE R EFEE
., ENTTYV

—BZ LRIV
AAFTENBHAE L 72
Far v xXH
YA 07 —BEA T,
EEGNERD, ELT7xY/

BEEBEITHIT7FE VR
R BLA,

QEYDEHIZERICES
ot AV FHMNT 4 W EIE T
HWEEOH AHEEREE
HE

—fig% L FINT - =
B A BRI LT . HmoffifizizXEdT S
B A 578 1 3 - e vk Cf S =
1B 1 TR M B 5 1 FEAE A, ey T BRSNATIA YRR,
700 B ETIRFEEES N D I R —N0 FYEELI1GB U EDOFHFELE
Ty N R —BR, —WZ T TFY v L

CAT—viEDI A2 £

29I E SV TEA L L

BB R ARAERET -
RS R B MR R,
(03) NIPPON SHINYAKU CO,LTD. o ; LM TRES R SATHA SRR AL



Bt 5% el FE g

/,.»*““ r/r' -
A SHIE - 9 EF L Bl
1 ? FEHSHRA
y Ryoto
IR A % DER

)

SEaw-lp

HEDANR T 7R THFERRDH It ZBIET

A

(03) NIPPON SHINYAKU CO,LTD. s



WS FERE) DER V) #H

() NIPPON SHINYAKU CO, LTD.



MEERO770—F

[HSRICBAT5HFEZERT S]] 2EVLEEIC,

R % ERm% G ICEH

A=K7y TERMEROE LELZSHEIC, FROAPDAERT —<OD
B malHIicE ), AT 74V DILFTKERDIRNLHARZED 5,
[RERBEEE] L [EXVT+HEE| [F—T M/ R=2 3]
D3D2DT7A—FIZL>TED B,

& 58 PR i) HE AR TR T 1 BEE
. 7
-4/ R=- 3V

(03) NIPPON SHINYAKU CO,LTD. 6



BB DMD /S A 75 4 v & 0

NS-06:5/I\_ICNP-01 5y 53 8% PlII
(£ whiney) Lt
NS-089/NCNP-02 TV a4 6%
NS-050/NCNP-03 IV 50 4%
NS-051/NCNP-04 x5V 51 13%
IVYVABRF¥YyEYS  TUYv A5 8%
IJYUBBREYEYYS T HVYVES 2%

NSIREDDMD/SNL 774 »IC&kVY), £EDMDEZEDA0%Z H/N—TF % Z & H AJEE

(03) NIPPON SHINYAKU CO,LTD. 7



EEER S BEBKR (NS-065/NCNP-01) O

202588 N =
(P2sl68 (201:388) » 5 ;12%54; ! 67@]/ 20’2':1711
DR EIFER) )
502z 5% EH7+0—7 v/ 2032/9
(2025 E& H > D EFREER) 10FE, ~164
30155 - RACER53 P3. —EEKR 77 AR 2024/11
(7 'a—/"JLP3:ER) AR, T4, 4~TRK

302:E% - RACER53-X P33, #—7"v~ 2026/6
(301BaH > D EEFER) 245

ea . P2, A =7
21155 - Galactic53 488, 2001, SERLlE D HITAIRE(S 2023/8

(EATH1) Bl) /ST AEE (126))

*ClinicalTrials.gov® Primary Completion Date

(03) NIPPON SHINYAKU CO,LTD. g



EREREBRD 7 v 7T — b

*NS-065/NCNP-01 P2#k#cix 5 s

*NS-089/NCNP-02 [EETFELES

(03) NIPPON SHINYAKU CO,LTD. 0



EREREBRD 7 v 7T — b

*NS-065/NCNP-01 P2#k#cix 5 s

(03) NIPPON SHINYAKU CO,LTD. 10



NS-065/NCNP-01 P2fiicsizsstez O

[2015ER B L U202 EE DT H A2 ])

BNk 7€ 40 mglkg/iE
645l
~— RIAEIC TGRS
75K EL k5t 40 mglkg/iE Y
251 2151 'Y
Jé_; = (308)

EN bk Ft > 80 mglkgliB "
645l

RIAEIc THERIRS
778K E) 5t 80 mglkg/E
2451 —> 251

I 458 I 20 B I 192 EfHE

BRER F15A0 £ 21AR AR

[ 2015 I > > 20255 €« ]

(03) NIPPON SHINYAKU CO,LTD. 11



NS-065/NCNP-01 P2fitfnis 555

O

[BRMLDILE EAYEHER R—XS/ LD ZE L : DNHSED LLER)

1.
T *
~~ 0~
2 % !
DT -
AR
= B
v \-% 4+
e INg
Kh\(
- L E
.m -(H'
i .
& ELFFREY
DNHS
10-
~N—274>» 378 40l 73 10938 1578 2058
FLbksier, Bl 16 16 15 14 14 11 13
DNHS, ] 65 31 57 24 24 14 10

*P <0.05; 1P <0.01; £P <0.001.
DNHS, Duchenne Natural History Study (DMD B #AE XS B82) .

(03) NIPPON SHINYAKU CO,LTD.

AbEHY GEE)

0.10+
* K .1: :t
o~ 0.05
8 g 1 T
O 0001 =R
&
’\‘U
w005
N
N &
| i -0.10
<
;Ii:‘l\- -0.15-]
. @ ELbFnter
020 DNHS
R—274» 3758 498 738 10938 1578 20538
ELbZrt 0 16 16 15 14 14 11 14
DNHS, B 65 31 58 28 28 20 12
12



NS-065/NCNP-01 P2fitfnis 5505

[10mETT/S1TaE

10mET/ ST (RE)

0.6

0.4

0.2+

0.0+

-0.24

0.4

-0.64

R=ZAZ4>HhHD
FIREELR (m/f)

-0.8-
-1.04

124

VoY -2 *
% ] =
'\? a® 1 1
A i
b B
I~ B
)
o
# ¢
6,
g ;] @ ELETREY
- DNHS
8,
R—R74» 378408 738 1098 1578 20538
EaL bk Z ot 16 16 15 16 16 14 14
DNHS, 17 65 32 58 28 29 26 16
*P <0.05; 1P <0.01; £P <0.001.
DNHS, Duchenne Natural History Study (DMDBAENEE) ; m, X — bL.

(03) NIPPON SHINYAKU CO,LTD.

R—RFA

O

R—RZAMhDZEAL :DNHSED LEE ]

o LTt
DNHS

37iE8 4958 738 10938 15738 20538

E b Z e, F
DNHS, 1]

16 16 15 16 16 14 14
65 32 59 29 29 27 19

13



NS-065/NCNP-01 P2fiicsizsstez O

[4EzBEER S/ YEER N—R 54D ZE /L :DNHSED LEE]

24 010+ .
e
~ 4
R g T o t
LR , ~ o F 0.00 —L
= dw = NH
m;k s S| -0.054
® DI Ik n
i o b{ K il
2 I H | g 010
= W 2 g
i 6 8 B 015
< & ELbFney < & ELbFaey
o DNHS 020, DNHS
R—274» 378408 738 109;& 157i8 2058 R—2RF4>» 3788 4958 738 1098 1578 2058
EiL b Z oLt 16 16 14 16 16 14 13 EiL bkt e, 16 16 14 16 16 14 13
DNHS, {3 65 33 56 28 30 23 10 DNHS, {3 65 33 57 29 30 26 16

*P <0.05; TP <0.01; £P <0.001.
DNHS, Duchenne Natural History Study (DMD B $AESTEBEE) s m, X — b JL.

(03) NIPPON SHINYAKU CO,LTD. 14



NS-065/NCNP-01 P2k 55158

[EEZRDFED ELHREFR(EHITRERERWUALDER)]

ELNFSNEY B5E

FEFRODF LY . 40 mg/kg/iB(8fl) 80 mg/kg/iE(84) AEt(1660)
BEER, 0 (%) 8 (100) 8 (100) 16 (100)
BRELEAEDOHLIFEER, 6 (%) 0 1(13) 1(6)
BEELEEER, (%) 0 0 0
FILICEST-BEFER, 6 (%) 0 0 0
T, Bl (%) 0 0 0

ELbSnty 558
cov o Catle s BV EUADESOE = O 40 mg/kg/iE (8651) 80 mg/kg/iE (8f5) &5t (1641)
K, 5l (%) 5 (63) 5 (63) 10 (63)
EMREEZ, B (%) 4 (50) 5 (63) 9 (56)
BB ENIRAS, B (%) 4 (50) 2 (25) 6 (38)
2, Bl (%) 2 (25) 4 (50) 6 (38)
ERt, 51 (%) 3 (38) 3 (38) 6 (38)
FEh, B (%) 2 (25) 3 (38) 5 (31)
BRf3, 5 (%) 4 (50) 1(13) 5(31)
57, B (%) 3 (38) 2 (25) 5 (31)
£, 6 (%) 3 (38) 2 (25) 5 (31)
A7V, 6 (%) 3 (38) 1(13) 4 (25)

cFRBRICBVTRL S RESNAEEER (£FI TRER 25%LU LOER) IBWH & O

LIRFERTH > 1
(03) NIPPON SHINYAKU CO,LTD.

O

15



NS-065/NCNP-01 P2ikfEiz5ibzn * & & G

EIL kT E#fGERS (BRT4AE) SN-EFEOEFHEER .
DMDEMRBEE S LI-HER, B T U EERBE2ERICHE WL

TEIFEBEDHIFA R o, TORD2EBICEVWTHERDETZ E
'\O‘ti'%ﬂﬁﬁ%ﬂ__\ [./7’_:0

EILh St a2 GERES (BEETAE) SN-E2F0RAMIZRF T
HY, BEERIIWITNLEEL/-IZHEETH-1=, T/-. ARE
ICEWTHTEVFIICEST-BESERIZIZONTH - T,

EILbhZILE vz vE3RF v E Y IEENRDMDEE (CHHT 5
BELRBELETHDIEEZ LNT,

(03) NIPPON SHINYAKU CO,LTD.

16



EREREBRD 7 v 7T — b

*NS-089/NCNP-02

(03) NIPPON SHINYAKU CO,LTD.

EI

17



NS-089/NCNP-02%

N— 1 : FEEEEA
UTORERES)

V2

V4

L

80mg/kg X2, n=3

-

40mg/kg X2

Vs

44-04

n=3

44-05

ol

T e 10mg/kg X2, n=3
x| 44-02
44-03
B
1.62mg/kg X2, n=3

¢ EEEERIROT — XN N G
P1/2&8& (First-in-human, F—7"Y I RIVEHER) OFHF M v

N—F 2 REREHN
l/ (N—F1lDEERICEOE, 2HEEER

I

A W S B

presmmmn ——

D EREAR (0): ST e A
}: Egzt& ClinicalTrials.gov Identifier: NCT04129294

BN * B HIEE
. 85417 R . Rel (BEEKRVE - SR PO74VRHAECEORRE

« BASTHIEE EA) RUZBRME o EENHREE ST *

« I Y44
AEx vV IR

MDA, March 2022

B R P B

« TV VAURF YV IR
- EYEHRE

 MAcKiEDHEFR

e Invitro77 v A

* EENBERESTA : NSAA (North Star Ambulatory Assessment), TTSTD (BRD*HDILH LAY ), TTRW (10X — FIVETT/ EH1T).
6MWT (643 1Z:1T). 2MWT (2% #51T). TUG (Timed Up and Go). PUL (Performance of Upper Limb). &= 55T

(03) NIPPON SHINYAKU CO,LTD.

18



NS-089/NCNP-02D ERIEERERD T — XA Q
P1/25 B R DERY

SAMAQT7AVAYNIEOELE o AFvEVIHEROELE
e 30
o i
Ly
1L, +15.79% ® 10 +34.64%
N @ +10.27% N 3% +2056%
Iy hY
N y ¥
:r - ~ B /
i 10 20
N ¥
o B N
2 & | |
X 0 0
n 40mg/kg  40mg/kg 80mg/kg  80mg/ kg 40mg/kg 40mg/kg 80mg/kg  80mg kg
R—254Y 5% ~—2R54y E5& R—254Y BEE ~R—-ZF4y B5E
CRMOATZAVERVNIED A¥yEVITHER MDA, March 2022
Z{LE% (SD) DE{LE%(SD)
40mg/kg(n=3) 10.27 (1.88) 29.56 (8.77)
80mg/kg(n=3) 15.79 (6.44) 34.64 (9.56)

F15(%) 13.03 (5.21) 32.10 (8.71)
. 615'%03&5 (24BR) ICBVWT, TZYVRFYEVIHRREOS I bOT 4 &8
BOBEREMZHER L, £7-. Z2MERVIBREITIRIFTH > 7=,
e NXN— k2 (BEXRTH) T, EEFEEDHE. WEDMERDIED LN,
o ARER T, WEEX (n=6) NP hE, TR NBEABRTL TULWAEW -0, EBHLE
DHFR EDOARFNOBHMEICOWTIZERIBIAIANETH S,

(03) NIPPON SHINYAKU CO,LTD. 19




DMD/~A 7

71 v DREFEIR;

O

_ mmemNE

NS-065/
NCNP-01

NS-089/
NCNP-02

NS-050/
NCNP-03

NS-051/
NCNP-04

T 45

XXy

T/ 55

¥y

H K AGE
P3EHE

HKP2

{5 R

AKP1/2
{5 R

AKP1/2
{5 R

RUERAR
RUERAR

(03) NIPPON SHINYAKU CO,LTD.

P3:ER. REB7+0—7 v 73R TH 25025488, EITHIEE
3R E L7-21138% EEh Th 5,
EAROEMESER AT L. Mk SalEZEwT TH 5,
HKP2ERBIAICAIT CFDAE HEz EOH 2R T, FEERARTE
MUHBEOFERICODWTERL DY, BE=FICLI2EMAFREED
BlEA KD bNTze SEFRICIL, %_%EF‘%& L BEEEIK
TL, SEERNICFDALBEXRS#1TO) FETH D,
HXP1/2:\ BB ICET CFDAL #EE EDH AP T, BIIDE
TEMRBOEREZ KO >N, BEEERTHS, 5
B x5z T L. FDAI —&E'Etlj%if%%

AEREFIAICEIT T, PMDALHRAEDH TS, FDAE .
FEANICpre-INDZEEDH L FETH 5,

fRMECH &2 E L. FRERAREERZ EDH T %,

fRMECH &2 E L. FRERAREERZ EDH T %,

20



R EEICOWT

() NIPPON SHINYAKU CO, LTD.



RERT Y F Y ORISR o

12 DECHIH 2 6 FRDIRRIECT % H D
ECFUERETIC L W EIE L EMREZMR L

MARMEFRICHEm T
miE(b S - (SEhE
%R % B X

PMODFAREA
BiTEZmE

RHRT7VFERABRBIZ.IRITOT7Fe o ARKREELEB L T. 9% . DR
FFHEE.EE) . 22 . FLUYWEEZRET B LD TES, CNITL Y,
DEEBENDZEEEDBERADILD S

(03) NIPPON SHINYAKU CO,LTD. 2



RTF P BRI o

PPMO (RZF FEMEELT Y /KEE)

| I [ '

~_R7FF (CPP) Jyvh—
30ELLTFOT7 I/ Bh o8N TF R EEOCSFOLEYICERE
ThHY ., BEEECHREEZE LA T

ENL7 Y JEE (PMO)
ELF 7. NS-0897: ¥ E3E 4 DPMO

iR E R AR (S & 2 EREE R mm DB RE e E & B AYIC,
DDS# T L CCPPZEILT7 4V /BEBRIEEI T

PPMO®Dt&EI=1T-o-TH Y, EMmLE, REHEERRSE
=HiEL TW3

Y Hh—EB =3 0)) PPMO D& o
ﬁ@%i@_‘[b ) PMOEE?'J ﬁlﬁ'ﬂ%ﬁi 3'5&“,*:5(‘-5%

(=T) @z Bl =7 Bl TP

0 NIPPON SHINYAKU CO, LTD.

23



T EIR AR o
WERXDODPMO (FIEEMEEDESY) 455

ARSI (B — D ITERME) At O

CH, CH,
ii‘m i “ i i m i E; i T/ Y IIFIIEREERDTFEL.

ﬂ ) REREDPMOISIIESIC7E 5
'/ 7

A ERICH G TaEl S BB RERE SRCL. FTL W
ThNfifE PEDORENR - EERENREE) Z2RET S

ECFIEE L

ST
PMO& X

3L 4
PMO D& FEREG R 5 BR

- BIR
T - REAITE .
(Ened)

(FX%h)

nn% EEl-H

(03 NIPPON SHINYAKU O, LTD. 2%



SABEIFIEEEHE (NS-089/NCNP-02) O

T 44

EEE R DECIIA EEEFFDACYIB
| |
|

EEFA L ECFIBOEAEHE TEED R LT 256

FeHA L ECY B2 &ERE T 5

L)

BN &y B UEME
Ngohnd,

NS-089/ AeFlA EESlA ficsls

NCNP-02
+fid5lB
14§81k
( ) (2#&)

ZAXyEVIHE (%)

(03) NIPPON SHINYAKU CO,LTD. 25



42 BEDMDADO77A—FIZTHOWT

() NIPPON SHINYAKU CO, LTD.



BRREE (TI/VYRXFyEVT)

JZ2 A7 414 mRNA

2R 51

52

53

54

FAIY BAEDEWL

&S “

HADY BHED

TV 52 51

T4 53
ZRA¥vy7

(03) NIPPON SHINYAKU CO,LTD.

T

-

/\

)

TR OmMRNA

CommmammsC_D

TE2RD
RN EESE

TV 50ERE (e
L 7zmRNA
L& — e D
> R % L =mRNA A
R@@

O

27



4HRa4EE CAP-1002 O

Y:iilEE B3 liRbisy =8

RmhopEnsT sy y—L @R ICEY, BREX L X -
WRAE « FRHEL DIERCC, Ml T r L ¥ — - Bl DEmz e L.
EENRBECORREEDIET2IF T2 EEZ N5,

CAP-1002 Exosomes Target Tissue

Qg PR
/

"'---..K ot S

wYriL i

B Mk

(03 NIPPON SHINYAKU CO, LTD. WMS, October 2022

28



WHRS4% CAP-1002 : HOPE-25tE + OLEtE: ()

A=1.8 points in CAP-1002 vs. placebo at 12-months

"'é: 70 O -

% 80 p=0.04 E' ’ OLE Baseline

g - g N OLE I\_f!onth12

£ o . p=0.01

§ 20 p=0.01

E * -12

g 1o O—I—CAP-?.GEIE ’ —IiFI b ’ ai-ﬂ--ﬁ .

ﬁ‘Ef 0 S SR The Lancet, March 2022 WMS, October 2022

HOPE-2DB : PULRXa7 HOPE-2 DB+OLE : PULX a7

if“‘“?REE % 5 HARE fh R

- i 10 ML - DBHAME : CAP-1002%7=137°' 5t CAP-1002(% I ftise
- BITTEEERRI F% 3y ABIC 4 ERS DIETAEHICHT Y

10m#TIC10B A LD DB - Gap HARE : COVID-19/8» 57 X v S a -
. ERAOEFTESRZH I DE-HRETES = e

BEIEX TLEA L AWL - OLEHAR] : CAP-1002%3h2 A T &

IC2FRIRE

(03) NIPPON SHINYAKU CO,LTD. 29



BETAE (MBI zmYER 0 O
[v47nyzrn74yﬁﬁﬁwﬁg:%_Eﬁoéaﬁﬁ ]

Ic&k 3, ERELGEEER

QzoynyY—-7AE—2—BE
S>HRFE % HEE

DNA IOE—4— Y1903 A M1 SEEF -
| mSRER
MRNA
. @40 R AT 4 VERIIKRE
HINIE SEVEREOEWR Y NI BEORKE
X Iynyy—t70E—%2—I% I4HO0SAMIT4Y
B L CEEFH > DOmMRNAGEE*{BET 3 Y109 AM0714>
( ~ ° . — . 73 —_— N
A7 b HAERERFULDENZRL DD,
ZeEEm LIz 70X bA7 4>
. BIETFaEE )

(03) NIPPON SHINYAKU CO,LTD. 30



3ODBBIHY BB N
o

A7 ER S - B EI% 5 H A] BE ﬂgﬁ$%7§ Y A

(Exon skipping) - REPOZ2MW-BEhoT7—425H 1) - BB E X B E D A
M (oY — - BB TELLOREICHER - ﬂ:\ﬁﬂﬁﬁ IR B D E D
L) 55 I HAIEEED V) HASEH

- BT REEDEBE S A D LPItEEE A DARIK - B DEEZ E AN W
ZUUEMED RS Y

BIRF AR - B TE I TR DEEICH B R - BAEEEEREICLIREEN
(4 7RAY R} e PRI REME D V) - W R CEHEIR S (T ERE
A74Y) TV RF Y BV THRUSN - REEAEY R AT 4 v TEHE
ZXREEICHEK D AIBEEDH Y BN T2ICET 5 H A
_ 3~58: HITRE 10/ : EHFETE 1SR |/l EY R
B EENEHREE T DEREET IR EE /MR HEFE R
| #Z%EEEESZE (Exon skipping) )
A BRTHIEOH | W (T7Y7—4) & )

’Eh?m%(747D/ZFD74/)|

BASADERHNER LR FRIICIEC T &EZEED
HAEHOENHESEZZ TS,

() NIPPON SHINYAKU CO, LTD. 31



HEREBLICEHT 5 EEFR

PAFERICEVLWTIRHEINZERESDICERIZ. Whwd [RELIBR] 284 F
T, SNHoDXEIF, WEICHITBIRAHK, FH. VX7z2FS58F,. EEICZ
LONELIIELIRENLER. BRZ2HBE D HDTEEEICEOSDLCHDTYT,

PEND U R PFEREICIE, —RNGERESUICTHIEORIA, £, E¥AY
BEE V- -—iRNEEAS L VEBNGEFRAPSENE T, YR IOPFERNKE
X, FICHMICEEL-RBLBRICFELEY, HmDY R, FEREICIE, &%
RIES, fFEFoBmatitic L 2ES. BRSBROTTHSGICHIE, HaoReH
BOUICHIRICET 27 L —LPEE ﬁﬂ%%ﬁb@% 2ENF. EIAA DL IRE
HIERESE, BREEIR H[I]%'J’\wftﬁr"] EANDEXICREZS5Z HBRDIE
Mnl, FRMEARICHIETIRELEDPTENETH., TNOICRESNSHDTIE
HY)EEA,

>E -, RRBFARRBICEAL T, BEBLVY—TT14 V7 D)RIBHY., FE
Zml-dRERHZRCIKRR. BEMBEOAFHEE, it 0BRELEIEENET
. TNICRESINZDHDOTIEHY FHA,

»#T LW, FROEEREFEL LB ZOMDTIRL Y, RELIBHRICEFHFH LI
HMIEDPLEEXE LWMEAETH->TH, ThefTIBEREEITIHDOTIILL., RFEZED
HOTRHY FEA,

& NIPPON SHINYAKU CO., LTD.



fEREAR K, D ET

O BAR#HE

BAHMEKRASHT

R&D A=

2022 12 B 15 H



e 2L Y ., AREEREROFHTIIVET,

BHFHTCIITNET, LALCEBEVWLZLETS,

AR Z0EES. R, MIRARBROSETIIVEY,

=ESETT, £ALLBEVWLLET,

A% —FBEAD. BE%. BESE - YRTFFEU T BLYORKTIEIVWET,
Bk Bk TT, EALKBEWLET,

AR TN Tl R, LALLKBEVLLETS,

B X ARLOEEEE R HE (W

BRERSEERTI-HICEBIF33>0aIy AV B

FENREULOBFROS ZFEBO LT
SEAGE E S &s0/8— 1 P UL ASER
T EE. B EHICEELEAER

REES
A2 DREEESENTEFRYICET S

TATFVYT4T4
FLLWEEADS

FIEOY A XICROIT, RATHEEVOBESADOLHICEFHNLFTREZRIML.

B3 & THRACEBL TV

(3) NIPPON SHINYAKU CO, LTD. 2

hH  BARE AROFHTIITVET, OIS, T o, BRFEOMARAREICH T HEZS
ZRHASE WL EET,



LHDTAT YT AT 41F, BIENISIREICESZEFT [HLLWEEZDCS] EwWwHZe&ThY., Z
NIFTHEHLLERETCTEROHIMBOIRMEAZBEL TREESTHD [ ANLDREELENLLETTE
YICEENT %] 2&TY,

ZDlH, HERENRICLV D, BEIALZDIREERERICEADEVWSBVERL,
BHMGEOY A XTIEAL MR TH-TWE2—ADEYDEESAZBITZ7DIC. 1mETDH
Z<, 1HTHRELL, MIEAXRZEH TLET-LWEEXTEBYEY, BRELT, FEH 1 REU

LOFEMO EHEERLICWEEZET,

b IFrb N

e A E AT
20ELL FiChT- A ELY AN,
EENOREERS L EE

(=07
z—-E —EE LT L
b 0 pxwmsannELL
"'Eﬁﬂ--.‘k' FavzwrE
YA a7 — ST,
EFEMEED, TATFTNS
BEIHTETFEYR
EEERAL

DEYDEHICTERICES

A FEH TR WEET
éﬂ@ﬁ@)?ﬁ; HMMEREE

IFEFE

—HE L F s @ - =
AZSFEREHAELL . =7 HRofExEzmXK{LT S

I S . 6 FE 5 - .~ ; —

1B AL TR 1 S (S A, vy =) RFENSNA T4 EZREIE,

70xEL FelRFeEnd S o—rin
FowsAza—8.

Y ey,  FTHIRELEOHUE

ead—vitros4eryz £

ZHicES-TEA LT

@ﬁiﬁﬁﬁﬁ?'m

2MEHEEL nFEARAL

() NIPPON SHINYAKU CO, LTD. ) LM FRE S E AT FA S ATRI A 3

ZrtlE, 100 FULICHTz > THEFAREDBIEA —H—E LTHROHDHEILYICERYEAT
FWY E L7

ZOMICEE EIF - Yt osaaig, [20 L EIChH 7z Y B AR 72 BRI IC & 2 FTHE
] . A FENT A VEECEE~ERNICHKE T 2 F v L > UtEm] | [ERMEEZ &K
T 27-ODENEBNETALI FTATHA LTI A FOBRYERA] THEEEXTT,
InhHdH, BELFEAZRARERAT 2 2L T, MEMZEBERL/ZHRERICERYEATE



Wi X9,

5 B S B N

55 Lad i PE . -
g BHHSHEHEA

qu

R E DB R

HRDANR T 7B THEEERDH It ZzHET

(3) NIPPON SHINYAKU CO, LTD. :

LHOWERERBKICOEEL T, FTHT 2 4M8EETHD IBRER] . [MERARH . T#E
fmemORE] . RARL ICBVWT, BRHEE, BA, AKX TA TV A IR T A2 b
D=FHETRE— FRZE > THIRHFEZ2HEL TV ETT,

AT, 5%H 70—V THELEINDIELZFERL., BEIAICRBTS7-H100 KE. BN,
PEGETCOEEZER - HEL, HREOALRT THOB CHEEEREDH I HZEHIELTEWY
£9,

KB, HROANIVZAT T OB TCHEEEREDDHHEHICRD-HIIRL T ENTELRWNWET DR
Biizadi s L RERESOEARNAERYHAICOWTEHIEBEL YERBIETWEE2Ed 0



T, EXXLALLBEVWNLET,

HAEEEOT70—F Q0

HRISEAT2HEZRIRT S| 25VEEIC,

FRbH 2 EERZ#RENICEIH

AE—F7y FERYHEOB LERAIL, BRHIWRT — <O
BHENAAIRICEY., XM T7S5A Vo HAHZ_RFREED B,
[(REBEBER| L0 [EXVT 18 [F—FvM/R=2 3]
037900 7 F B —Fle o E 5,

7% 8 oR I R TXY T 4 BB

N 7
F—TA/R=v a3V

0 NIPPON SHINYAKU CO, LTD. 6
=E HolcHE LT MREARBLUORIETT, TNTIE, A oiBAIETWLLTET,

MREFOT7O—FTHY £92. [HRISEATI2HEZART ] 260VEELELFEFL T
BFRODEZEmERBRICEIHL TWELWEEZTHY T,

AE—=FR7y TERINERDE LEASHEICL T, FRHIMET —~OEFHRALRIHICE Y /31
TI7AVDILFTHEH DN AEEEDTEY £33, [BEEHRE] L0 [EXY 7 1 BE&] |
[ F—T A/ R=>av] ZO=Z2077A—F2HWTEDLTWE T,



& DMD/~ A 7°j4 UEBRS 0

Pl

NS-D!?S.-"I\_ICNP-DI — 8%
(£ whane) 1]
NS-089/NCNP-02 IHV v as 6%
NS-050/NCNP-03 IHV»50 4%
NS-051/NCNP-04 THY vl 13%
IHVVASAR gV | T HV v 4AS 8%
IHVYESAR Y K¥YS | T HYVY5S 2%

NSIRBEDDMD/ NS4 754 ~ic& Y. EDMDEZEDHIL0%%E Hh/3—F % T & HAJEE

(3) NIPPON SHINYAKU CO, LTD.
ZZIEDMD DA T T4 v aFHETEY £7,

T B3WERD NS-065, EILbZIILEYyTHY FTH, TNIHEEELT, T2V > 44 %5
HR&ELANS-089, T2V >bh0Aw#XWKRE L7-NS-050, =251 &85 E L7 NS-051, =74
YA HIRELIZHD, TV B ERMRELIZHD, T Wb DEEDHTEY £9,

FBESADEETTH. DMDEESADSIBLDEL NI Lt UIE 8%, TV Y Y 4 HEREED
6%, T2V 50 REEIL 4%, TV I HREEN 13% T, T7 V¥ 45 JFREED 8%,
TUY VOB WNREEN 2%EHR->THEYEFT, DMUMD XA T 74 DL TORBEBZLEHTHIL
T, 2DMD BED 40%% h/\—F B Z & HalgEE 0 ) £,

ZmBEOEBIRRICOTEL TL, BIEIERPAIETWELLEET,



ZESE R 5 B ES KR (NS-065/NCNP-01) 0

2025058 . i

; : . |P2, A= e
(P2t (20138%) »i 2178, 164 20?1/11
O REAFE) :
502t 5% EHl7xr0—7v 7 2032/9
(20278 D b D EFFKEER) 105E, ~1604
30155 - RACER53 P3. ZEER /7R oz
(7' 8 —/3LP3RER) 488, 145, 4~THEK
302:;45 - RACER53-X  P3, #—7» S
(301EEH »> D REFER) 24

_ . P2, #—7v
fig?f%'%'“"“’?’ 4838, 200, SERLLE D HITATHES 2023/8

B) /178 (1241)
*ClinicalTrials.gov @ Primary Completion Date
0 NIPPON SHINYAKU GO, LTD. 8

9. NS-065. EILFTILEYyDOBREOESIRRTH Y F9,

—&F A 202 RER. P2 RBOMEHRESHARICAY £d, INIE 2021 FE 1L BICETLTHY £
T, TOR/EICOEEL UL, T, BASETWLLEELET,

NN, 202 REEH O DGR SR TH B 502 RBEAH Y £, RO+ —T v THER
T, 10 EFEBo 740 —7 v 752TWET,

ZDORH 301 BB, I PIHRT. —EERO 7 7 ANBHARE ALY £9, HMIE 48 B
T, 4B ABADL TRODEBEEIAZIV MY —L T, BEOL ZAIEHRICEATEY £,

ZDRH 302 HERT. 301 HERH o DI GHERE LY £,

—&HTH 211 AR T, TNIFETHZRRE LA-EHAREAY 9, —EHROHTAREEIAU
S, —EBDOHTTEDEBESALEDIBHRE LY £7,



NS-065/NCNP-01 P2iizsstiz O

[20138E8 5 L TU2025 B8 D T H 1]

Eb |k 5 b+ 40 mgikgiE
M i
— REZCTRERS
7ok E L b 73 40 mglkghE A
26 > 26 a4
SF=E G0a)

g2

EL b 5L+ 80 makghl R
661

. RS CEERS
FIHeR A | 7 A2 80 mgikghE
251 g 28
l 4 18FH I 208 l 192 B

kL F1HIRE E2HAR L2
( 20158 )i > > 2025 % < < )
(3) NIPPON SHINYAKU CO, LTD. 11

EFE LT, BEARBOT7 Yy 7T —MIBYLWEBWET,
9. NS-065. EILFTILErD P2 ik 5RBOERELY 9,
22T, 201 AR 202 B TH A VI OWTEFHLTHEY 9,

201 ABRTlE, 40 VT L/FATZ7LBLV80 IV TL/FOTT7LTIREZITLWE LT,
BODE A, ABELET—MOBEIAFREETIC, 77FRETHREITVWE L, 22
TREMZHR LB, 77 EROBHEIAICHLA0HZWVWEE0 I VI FL/FATTLDOENL
Tt rairGnizLE LT, #NA 201 HBRE ALY £9,

201 SRER DI 5B A 202 SHEETH Y . 192 B, 4 FEA D LBRA-BERBETOEL
7=e ZTORERIZCOWTHRENAELET,



NS-065/NCNP-01 P2fksissites O

[ROLDIIE ENYRE A—XF1MoDEIL : DNHSED ELEL)

2 - 010
[ i . t +
— 04 — . 0054
R s f il 2
% e +
i L2 H Dy 000
&% bt =
= N -
44 5
R Iﬁ = Fg an
J" TE L & Tg 010
30 ¢ j ¢ g
1 Y ek ones o [ & EAFTiLEy
DNHS ONHES
0.20-
SN—AFA a7l g0l 73l 1098 157 2058 A=Z94¥ 37# 49 73l 10918 15738 2058
FibFaes 15 10515 14 14 11 11 ErbInee i g 6 15 14 14 11 14
PNHS, ¥ 65 now " n 14 10 owHs, 7 65 3 58 IR b1 0 12
*P=0.05; TF =0.01; 37 =0.001. ~
DNHS, Duchenne Matural History Study (DMD B #ZEHEE) |
(3) NIPPON SHINYAKU CO, LTD. 12

ZIHhBH, ZOLEBOEESEEEDER LY FT,

FWELNEL T ILE U EREET, BEWVWEIBREOT—XERY T, ZNIERIHDILE E
MYIZDOWTHREBRE ALY EAAMNYE, BANEECRILT—22BWHEEETEHRLEZDDOT
EIR

BTwiruwikoasr Fd L5010, 2EMCHOVED LBEDOERARE SN, Z DK 2 FILi
B, DL TA->THY £3A. Natural History ELEE L T, #FERIAR SN TEY £9,



NS-065/NCNP-01 P2t 53 O

(1OmFET/ HTHEE R—XF1 MM ZE{L :DNHSED L8R ]

I na t
. ™ [ +
~ 24 <
R : - :
14 | "
2 1. He - ;
" %._ A p ol e® .ol T
-l - BN e Wi i
; 024 4
4 dm o Iy AW
\ nE ad w2 g
- "
! g et -2
U= ol Ia g 0
{ 5 by
w0 <o
£ fi- B i
= & EREIRE E 10- @ EAFIAt
g ONHS ‘Q_ i) DNHS
“=Z T4 a7ilaol 71l 100 1574 20518 E : “=AF4r 37 agl 738 1098 157i8 20538
E kT, 16 16 15 16 16 14 14 £k | .:f'l»-t':'.__"'-'. 16 16 15 16 16 14 14
onHs, B 65 2 58 28 29 26 s DNHS, 5 2 s 29 9 277 19

*P=0.05; TF =0.01; 37 =0.001.
DNHS, Duchenne Natural History Study (DMDB#EIEE) im, X — kil

(3) NIPPON SHINYAKU CO, LTD. 13
KA. 10 X — PAETTHY £7,

ERIAME, AANRE T, PRYVRILT—2%23loAECREHLA-b0ERY £9, RKIC, L
AlDF WVENKREEE, TOEEWED Natural History o 7 —% &7 ) £37,



NS-065/NCNP-01 P2t 53 O

[AEXREER R YRR XR—RX5/ b M ZE{L : DNHSED LEEX]

Eonl )
2 HO—
]
e o
a®
= N 2
- H
0t nE
i iy
)
i fad
& ;
b g ® EAbFAe
- DS
N—RTFA¥ 378 40 73M 109if 1573 205i8
Bl b i e, 16 16 14 16 16 14 13
DNHS, F 65 3356 8 30 23 10

*P=0.05; tF =0.01; 37 =0.001.
DNH$, Duchenne Natural History Study (DMDB#EIMEE) im, X — kil

(3) NIPPON SHINYAKU CO, LTD.

ZDRH, AERDEERDRY OFBRELY £,

ABRREERY (RE)

R=25L»Hhad
FHERELE (mE)

Bk S, H
DNHS, B

005 t
000
00,06

010
015
& EAFFaer
ONHS
0.20
A—AFAr 37 40 738 109 157 2053
16 16 14 16 16 14 13
65 33 57 9 &) 6 16

14

AL, HRHAEET, RiF) ZoRBICEWTHLEL NI VRSB TIINE, FDE,

HIFoERERT I ENTETHY £95,

10



NS-065/NCNP-01 P2#isi% 5588 0

(FEBRDFEEH  FLHEBR(EHITRERBYLULDER)]
EAFSAEy S5
EEEROEEY 40 mg/kg/B(85) 80 mglkg/E(86) EH(1661)

BEEER, 6 (%) 8 (100) ' 8 (100) 16 (100)
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