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FASEEPE

BFEmE
Research Preclinical Ph1 Ph2 Ph3 Launch

NS-065 Exon FY2024%&tE
NS-089/ Exon 6% FPI: FY2023 .
NCNP-02 44 o LPO: FY2025 Preparation for Ph2 (US, JP)
NS-050/ Exon 49 FPI: FY2023
NCNP-03 | 50 ° | LPO: FY2026 Prep. for Ph1/2 (US, JP)
NS-051/ Exon 13% FPI: FY2023
NCNP-04 51 0 LPO: TBD
Exon 45 Exon
Exon 55 Exon o
) ) ) Futility analysis 2023
CAP-1002 Topline data 20243k

PPMO TBD TBD TBD

Gene

therapy ) ) TBD

PPMO: R7’F FIEEFEIEIL 7 + V) / ¥%E2. FPI: First Patient In, LPO: Last Patient Out
() NIPPON SHINYAKU O, LTD. 7
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I
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|
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NS-089/ BFIA EILE
NCNP-02 +E25B
(ERF)ER) (24)

FEFLHLERRL T H ST EIETEECSIER R IE
25FhDEN ISR ECHI 2R E T S, HF{ED
RIERBOTIZINI—FT12T - FOFEIR
AEREE,

DMDE&ESAREOFMAAT, SAMOT125>
NRIOBORBENEE.

$> % Exon 44 skipping in Duchenne muscular dystrophy:NS-089/NCNP-02, a dual-targeting antisense oligonucleotide
Z#& Naoki Watanabe, Yuichiro Tone, Tetsuya Nagata, Satoru Masuda, Takashi Saito, Norio Motohashi, Kazuchika Takagaki, Yoshitsugu Aoki and Shin‘ichi Takeda

#8#5E Molecular Therapy Nucleic Acids
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PRMAZ7 4RV NRIEOETLE

SAMOT1425YIKIEBED
+15.79% Z{EE% (SD)

20
+10.27% / 40mg/kg(n=3) 10.27 (1.88)

/ 80mg/kg(n=3) 15.79 (6.44)

10 49(%) 13.03 (5.21)
ClinicalTrials.gov identifier NCT4129294

0

40mg/kg 40mg/kg 80mg/kg 80mg/kg
R=RA74» ®BEHR ~R—-RAF74r K5H

30
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o ){I—-h2 (AEETER) T, EEMEREDHES:, NEDARDRBOHENT.

o AEER(L, HEREE (n=6) W TFTUNMIEREZREL TLRVED. EEMHEEEDHE
R EDFFDBRNMECOVTIIERJIRFANBETH S,
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Vi \ N
> 80 /K @ w @
V%4 ' wE
60 2"5%/ kg = b2h DFHRD14%

%0 mg/kg Y bl ddid i D
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@ SEEHETIE m @ @

@ S @ ClinicalTrials.gov Identifier: NCT05996003
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Y/ _f 80 r;%/kg
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28
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_T 28 b X mg/kg, 248, n=11 IE]
V4 10 mg/kg m @ @
(b 1 = / mEAH
@ e (m) mmsmm
1.952%g/kg @ R

ClinicalTrials.gov Identifier: NCT06053814

(53) NIPPON SHINYAKU CO, LTD. 1



CAP-1002 HIRAR N

o LEREKHREREE.

o AmMSDWENB3IIVY—L (HFESME) (CKD. BER{EA NV R - S - i EDIRIRL T #
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mdile T SHPKM-RICL 318

() NIPPON SHINYAKU CO, LTD. - So2s Cober



CAP-1002 HOPE-3iEkdDIJ0O0MIINEIE 0

-20234Q4 HEifEr
-20244FQ4 MNISLOF—4

o A-TSRIERER
I¥LiE 2025% BLAHRGE
SR [ TStk ] n=s8 nd T

O8> EINAR

Jik—bA
ongoing

J/k—bMB - BREHROIE - 448
o, - SRBRHE T, Y>F A ITHCAP-1002I00W1T,
T Py Prior-Approval supplement%Eaz5

o [ERERHERAHAIZOY > EINADFMEERTRIELTVSH, FERICMATHIVI-LEhY>

TA4IOICTR%E™IILT.
e HOPE-3iB#z1/R— A (OYDEIAR) LJR—PB (BOF4IOR) 02O0DHEREL
Ico

o HERTHAUEBLABRBETOATI1-ICDOWT, FDALTYypeBE—F1oJTARULE,
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CAP-1002 HOPE-2:t8% + OLEsHBR 0

Decline in PUL 2.0 (LS Means)

HOPE-2 Gap A=TV3R)
AR HARE (OLE) HARS
CAP-1002 2FBEN
vs.25tR  EwESEL CAP-1002#%5
0-
~ o Original
T~ CAP-1002 Group
Original R
Placebo Group ™ .
101
0 1 1 ) )
Baseline  HOPE-2  OLE OLE OLE

R TH Baseline 1238 2458

5 AR

-HOPE-25i5% : CAP-1002F k(305 tAR23hAEIC 4 Eigs
-GapHifa : RiaEHAR

-OLEHAR : CAP-1002%3hASBIC2FERMIRS

Decline in PUL (LS Means)

OLE 12518
T OLE
OLE(Original 240H
._____P_I_icebo) Group

Original

OLE(Original
Placebo Group L CAP-1002) Group
RN
OLE Baseline
)
Baseline
WMS,October 2023 &hiiZE

The linear mixed model uses all available data.

® HOPE-2-OLE [c$133 CAP-1002 (&3 24 hARODAEZOFY PUL 2.0 (BT 2.8 KA1V b
THOEDICHU. 24hAREEE= T oz HOPE-2 J’'StREEIZFY 7.7 R41OMETUR.
e CAP-1002 iAE%Z11EEI(T. IKEDETH 64% ERShECcEERUE.

() NIPPON SHINYAKU O, LTD.
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CAP-1002 HREHFIOVWTOUU—Z O

December 11, 2023

Feapricor

Capricor Therapeutics Announces
Continuation of Phase 3 HOPE-3 Trial of
CAP-1002 in Duchenne Muscular
Dystrophy Based on Completion of Interim
Futility Analysis

--Favorable Interim Futility Analysis Results--

--Successful Completion Triggers First Milestone Payment Under U.S. Agreement with
Nippon Shinyaku--

--HOPE-3 (Cohort A) Enrollment Complete; Topline Data Expected in the Fourth Quarter of
2024; Cohort B Enrollment Initiated--

--Company Plans to Request a Meeting with FDA in the First Quarter of 2024 to Further
Discuss Opportunities for Expedited Approval Pathways--

2023/12/11 HFVI-)L#IU-ZLDIR
() NIPPON SHINYAKU O, LTD. E
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NS-87 BUZJABSSHEMAnFEE O

FERTE EFtAX

BRI SASE> . ATJIVES S

R « 1NA7)Hh, 2453582 100 mgRkUAFIJILES > 44 mg
EZ8 SATEESIIINESOEIVEENS @ 1)

e B 100nmOFT AT —ILOZEEEURY - AICE A

AEREREE 2023%FE6H

JAZZttHP Mechanism of Delivery
https://vyxeospro.com/mechanism-of-delivery
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JAZZttHP Mechanism of Delivery
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NS-87¢7+3FEDLLER (EstP3tER)

NS-87 7+380% (5+2)

g =M DAY 1 ElBhietiat e DAY 1 1553 R siEes
1 fi% DAY 2 1593 Fl maeE
0 .
&’% DAY 3 [N e Al DAY 3 1553 R ReE
= DAY 4 J i+
o L S DAY 5 Izttt = DAY 5 ;
\ It DAY 6
il / DAY 7
8 J
i L/ Byl DAY 1 EICEE it DAY 1 1553 R T
L~ %ﬁg DAY 2 155 R SRERE
JAZZ#HP VYXEOS prepar@tion and_administrati_on Mf? DAY 3 90%FE?E%H’RI*—H:§J% DAY 3 FEﬁ
https://vyxeospro.com/dosing-ordering/preparation %9_;?— DAY 4
Hﬁ,;t DAY 5
? =l DAY 1 BB hitiat e DAY 1 1593 R EaeE
215 DAY2 §l 5 WEEZCEv::
g}% pav 3 BZUEV TN Davs | -
!L/{% DAY 4
’ DAY 5

() NIPPON SHINYAKU O, LTD. 2



NS-87 #E5MP3itER o
WREE : 60~75mOFKAEZUAIAML 30941
Xt BB EE 7 + 3E&EE (349382 100 mg/m2 + 9UJ)LES> 60 mg/m2)

[(EEMIER : 451 (0S) ) NS-87 7+ 3B
(n=153) (n=156)
100% ,T—HEIEIIi
SH1FHAR
_ (FhofB) 9.561nH 5.955H8
1FE4EFR 41.5 % 27.6 %
P J\F'—REE 0.69
igi o log rank p=0.003
HA L — NS-87
20%
L |
7 + 3FE
(0%
NS-87 | 153 122 92 74 G2 A6 34 21 16 11 o 1
7+ 3 1?6_|110| 'ﬂT. _5PI '4F- -Sﬂ. .20. .12. _ 7 . 2 — % ' (]

0 3 & 9 12 15 18 21 24 27 30 33 36

— “ \S ME J Clin Oncol. 2018 Sep 10;36(26):2684-2692
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December 11, 2023
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Capricor Therapeutics Announces
Continuation of Phase 3 HOPE-3 Trial of
CAP-1002 in Duchenne Muscular
Dystrophy Based on Completion of Interim
Futility Analysis

--Favorable Interim Futility Analysis Results--

--Successful Completion Triggers First Milestone Payment Under U.S. Agreement with
Nippon Shinyaku--

--HOPE-3 (Cohort A) Enrollment Complete; Topline Data Expected in the Fourth Quarter of
2024; Cohort B Enrollment Initiated--

--Company Plans to Request a Meeting with FDA in the First Quarter of 2024 to Further
Discuss Opportunities for Expedited Approval Pathways--
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