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FASEEPE

BFEmE
Research Preclinical Ph1i 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) / ¥%EE. FPI: First Patient In, LPO: Last Patient Out




NS-089/NCNP-02 IZJYY44ARFvIiaE

DMDEF DmRNABISE(
TOY 244D RINE o,

= =
\\ \\ 'l ,'
N \ / /
N \ / ’
\\ \‘ I' ,l
\\ \\ ' l'
\ 1}
DMD#fEFOmRNARIBE (K . NS

/F AP~ T+ G

e 71 m OB
< rov 22280 y 057 |

IOV 244
NS-089/NCNP-02 {ERREF DA X—S K]

I7Y>45RKODMDEESAICNS-089/NCNP-02ZFWTIVY>442Fy
TaFFEL., PREMBREOSI NI ORIRZEIEEED

AF¥y B IHE (%)

100
80 F
| ]
60 F
40
|
20 ™ +
|
0
NS-089,/ EeFIA EIVE
NCNP-02 +E25IB
(E27EH) (2%)

FEFHLERRI T H ST RSB SRR A
25FhDEN ISR ECHI 2R E T S, HF{ED
RIERBOTIZINI T T4 - FOFEIR
AEREE,

DMDE&ESAREOFMET, SAMOT125>
NRIOBORBENEE.

$X % 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




NS-089/NCNP-02DELEEAER YA |~n74>9>}€9§%¥ﬁ§0

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

CRFATAVAVINIBED
#BEE (F19%)

o 6IANDIRE (248R) ICHWVWT, IIVIYIAFYEIIHRRVSANOT1VIVINIBOER
BIghEiERLE. . 22U RUVEIHERIFCHOE.

o ){—h2 (AEETER) T, EEMEREDHER:, EDIARDRBHENT.

o AEER(L, HEREE (n=6) W TFUNMIEREZREL TLRLED. EEMHEEEDHE
5 EDFFDBRNMECOVTIIERJIRFANBETH S,



NS-089/NCNP-02 IVYV>244AFvI Gk 0

RE. Y0-)N)VP2iER#Efm

D ae 7 N—F2: BEMERER (n=20)
< /A7 PUFREAE (h20) >< (= FITOBARBEEBR) >
N— M 1D SHEED6R
Vil SIREELRERRR IR >
> » X mg/kg, 24:8, n=6
Vi \ N
> 80 /K @ w @
V%4 ' wE
60 2"5%/ kg = b2h DFHRD14%

%0 mg/kg Y bl ddid i D

7 REEH X mg/kg, 2438, n=14 >
@ SEEHETIE m @ @

@ S @ ClinicalTrials.gov Identifier: NCT05996003
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NS-050/NCNP-03 IVY>Y50AF+YIiaE 0

REFDAH LU PMDALAERETEICOVWTEEL. Y0-/N)VP1/2:KERD X {iFrh

< R—FLR=¥E (=9) > < N2 AR (n=20) >
(NS-050/NCNP-03X 37 T hhziks) (= FlTOBAMAZE%ER)
R P 1 S BEDIZ
w7 SISO
> X mg/kg, 2438, n—9 u
s y =
1 @ (m)
Y/ _f 80 r;%/kg
V. 40 mg/kg N=F2Hh5FHED114
28
» 1 SIIIIIIIIIIIIIIIIINY
_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
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CAP-1002 fifiaiak

o LEREKHREREE.

O

o AmMSDWENB3IIVY—-L (HFESME) (CKD. BER{EA NV R - S - i EDIRIRL T #
RRIRIVF— -l EMOIBINZR . EEMEEEL DEEEDET2IIFIT5LEAE5NS.

o P2iER (HOPE-2:tB®) T, LHitEE (BUF. PUL) RUMEREIC T 3BEIENRHS5
N, OLEHERT EDIRI RMEFFHRI 5 2R,

o MEP3HER (HOPE-3iti%) Z&EfEh. 20234F8A(CT ONIINEEIELE,

=JiIE>
CAP-1002
PRt S il A
meE
IOYY—-A
BRI AT
AhfHAa

=eEiRED

=R

=MmEHE

=STTPRM—S AL FI18TE

WMS, October
2023

12



CAP-1002 HOPE-3iEkdDIJ0O0MIINEIE 0

-20234Q4 HEifEr
-20244FQ4 MNISLOF—4

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

O8> EINAR

Jik—bA
ongoing

J/k—bMB - BREHRGIE - 448
o, - SRBRHE T #, Y>F A ITHCAP-1002I00WT,
T Py Prior-Approval supplement%Eaz5

o ARABARAZOYIEIADMESRTEIELTVWAD, FHFEImZTHIVI-)IEhY>
F4IdIc TRV,

e HOPE-3iE&%1/R—bMA (OYENAR) &dK—PB (UOF74I0HE) 02O0HEREL
o

o HERTHAUEBLABRGBETOATI1-ICDOWT, FDALTypeBE—F12JTARULE,
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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-1002Fk(30'5tAR23hAHEIC 4 Eigs
-GapHifa : RiaEHAR

-OLEHAR : CAP-1002%3hASBIC2FERIRS

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 &htiZE

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
THHOEDICHU. 24hAREEE= b oz HOPE-2 J’'StREEIZFY 7.7 R41OMETUER.
e CAP-1002 j&E%Z11EEHI(T. IKEBDETH 64% ERShECEERUE.
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CAP-1002 HREHFIOVWTOUU—Z O

December 11, 2023

Fea pricor

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 HFUI-)LAUY—REOIRE
15
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P III
P III
P III
P III
P II
P II

P II

P II
P II
P II #fig

PI/II

PI

PI
P I
P I

NS-87

(daunorubicin /

cytarabine)
ZX008

(TIN5 AEREIE)

ZX008

(1IN IAEREE)

GA101
(AL* 2R°YT")
GA101
(AL 2WR°YT")
GA101
(AE* 2R°NT™)
NS-018
(ilginatinib)
NS-304
(WZ>7Ae)
NS-304
(%A
NS-580
NS-580

NS-229
NS-401
(tagraxofusp)
NS-917

(radgocitabine)

NS-161
NS-025
NS-863

MR A

RS

bR - mARE

ImARPRE
WPRERRER

FhR - MAVKRE

MR A
MR’ A
RIEMRE
WHPRERIR R
BRI

BURTZ LRI R IR

LR BAN—JE&EE
CDKL5RASIE
W—T2ABHK
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E5MTIITYA-TZ

BREFRIELE
FAZEIEEDAmAEA LAE
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FEAELE
BMERITZAR S/ 1B B AR TR EIREE
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B¥-#atS Mt EREtame
RIEMRE
HAPRERIR R
ERAHRIRE

BA R J7X

Y1-TAIMAT 4L

BRFEIRIE 19—t -
(IBY" " 12992%t)
BRFeiRsE « 1-5-t" %t
(IBY* 3" 12992%1)

BA  PHRERASHT
BA  PHARERASIT

BA : POHRERART

Bt
B

Bt

Bt
Bt
Bt
B MY-I1

BA

7 VAT IR ST

B
Bt
Bt

Bt
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H[E : hHREERN ST
H[E : pHRFEREAT
HE : hHRERA ST
Bt
Bt
HE : 7R att

Bt
Bt
Bt

B#

Bt

B
Bt
Bt

FY2023 5%
FY2023 &R RIA

FY2023 H:F
FY2023 #&RRIA

FY2025 iR T
TELSHAA : 2026 LB
TERSHEA : 2026 LA
BIGHLAR : 20265 A%
LPO: FY2024 (TBD)

FY2024 BRI T

FY2025 BRI&T

FY2023 itB&i&T
FY2024 ER¥ET
FY2025 ERI&T

FY2026 BRI&T

FY2025 :RERIRT
FY2023 HE&IET
FY2023 RER#ET
FY2024 RER#RT
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NS-87 BUZJABSSHEMAnFEE O

TERTEE | EFEAR

BRI SASE> . ATJIVES S

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

e B 100nmOF AT —ILOZEEEURY - AICE A

GO G 2023F6H

' ¢
} ,,‘ ‘:;.

&

S -
| T
L7 Ul o,
.\

JAZZttHP Mechanism of Delivery
https://vyxeospro.com/mechanism-of-delivery
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NS-87DISE o

® SHSEVENIINES VS 1DEILLTERELEURY—-LARE,
o URY—-LADFFEREICEEL. RISREIERTFT S,

o HIMAHHARICHRDAZEN, MEEATURY—-LADNDEFEEINT
BRI MU EHDNEFRIET S,

B M7l fa(CHRDiA 7

AT B Ehpk D i

JAZZttHP Mechanism of Delivery
https://vyxeospro.com/mechanism-of-delivery 2!



NS-87 D% 5 k5] - Rl

NS-87¢7+3FEDLLER (EstP3tER)
7+3%&% (5+2)

JAZZ#HP VYXEOS preparation and administration
https://vyxeospro.com/dosing-ordering/preparation

(S9Ad-)

¥ St > ok 5

.

/

REINENGEND)

¥ S > ok 5

(TR

LA )
B SR 8 o

904 RIE#IRAIR 5
904 RIE#IRAIR S

904> RIBEARAIIE S

9043 RIE#IRAIR S

9043 RIE#IRAIR S

905> RIBEATAI S

905> RIBEATAI S

NS-87

DAY 2
DAY 3
DAY 4
DAY 5
DAY 6
DAY 7

DAY 1
DAY 2
DAY 3
DAY 4
DAY 5

DAY 1
DAY 2
DAY 3
DAY 4
DAY 5

1553 Ml sUEEdE
1553 Ml sUEERE
1553 Ml sUEERE

1573l =iEaRE
1573 il =iEaRE

153l =iEaRE
1573 Rl =iREERE

O
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NS-87 B5P3sER

HREBE : 60~75F%DAKaE=IAVAML 3094

O

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_HEFﬂ
SH1FHAR
oo (FhfE) 9.561nH 5.955H8
1FE4EFR 41.5 % 27.6 %
P J\F—REE 0.69
g?i 400 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 1
7+3 s _ 10 77 56 43 31 20 2 7 3 2 0
0 3 ] o 12 15 18 21 24 27 20 33 26

I MENSORARE ()

J Clin Oncol. 2018 Sep 10;36(26):2684-2692
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NS-87 EPIP1/2:tERiHE N

FHA> BIEE JFEIR

e | BUAVAMLEEEIISRICNS-87DRMENE,
REMRUEMIEERE TS,

HFBEEE | HURIAML

SixRiE 20198H ~ 202110H

o ZtthRAEUEEIAP1 /28R, 50 ([Cazztth EnEL it
P3ERDAFRICEDE, REFAICRISARFEHRERUL
o FFAMKIRAERmMIEENSH.
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FFEAZRE BT
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\ MPGES-1E=(C&D. PGE,E & EIRMICIAET 3 \

PI3F R0
B nsams
LTOTARFI TS 2M
PGH, EAR S
[T meoes:1 /\ e
PGE,DEEENDHPAE TRERADZNRIIL)
=SVWEZEH 53
= AR PGL,. EDMDIORZIS OS>
RARBREERNEH

(FERRE AR DIETEHDBIER)
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NSAIDs

/D
B oam (P © Par D
NS-580I3%. mPGES-1[HZE(C&LD.

, >4
PGE, B £ & BIRNCIAET BTN

5. i5fE. MAEIEAIEITRL, /& NS-580
R OIRJEHIFIZNRBHAFTES,
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NS-580 FEMIEGEP2aitik N

BRFYAY | T2V, CEER. SRR, SIRE, BATRRILR

FERFMMIAE | VAS (Visual analog scale) Z{b=

AiEmps % 1H1EERIGEORS
' 1@ : 75tk 100 mg. 300 mg

_ 15041
BEGIE " (100 mg#t. 300 mgB# : &6061. FSEAEE : 3061)

P2asiBR(CC. NS-5800DiEm*hRZHRBUL.
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NS-580 FEMIRAEP2baHAR

BRRTYA> A ME. ZEEIR. ZHEEHEE. TIRGEE, M TAHR LR

FRFEIER | VASZEILE

% | 1H2M0BRICGROKRS

RiZR&E 1[EFE : F5t7R, 50 mg. 100 mg. 150 mg

BIEREGIEN 37261 (50 mg&¥. 100 mg2%. 150 mgat. J5tAhEE)

BIERZA w2nm) RIS SR (24:8m) BB cam)

1 93%] |
— 934 Hi=
_1.
_1.

934l 513724
PE : JS5tR 936 |
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FFEEs P P2asiix

FFEARE SPaEE:
RS ETORYI 52DV ESRkEERR-1
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B SR AR R /(S B RAE (R EE
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Q =% FRBOEMR

\\‘Hﬁiﬁ(ﬁﬂ) e RS L stz e o~
\gEB | k(R EEWReMEF B8R, EFE k. P.18. 2010 &

BREREIE. kg4 2RELNORmAN6HAREDS531A8 (I D.
HERK - 1EHEREFRE 2 D DETE RN, WA (FHRFECE TV,

AA : BIEBEES 2000 A (BRABEDS%) * ZHIEEETN60T A
- B - BHEACONNA%
*International Journal of Urology,Oct.13.10,2006 32
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NS-229 IFEIRMESRMERENTEE O

4
BRI BHEE. rg o FESIRITS TN E A PISHIEE
IWEF—EE K (EGPA)

2015F 1 HICEREE SN, [REA
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NS-229 IFEIRMESRMERENTEE O

GC : J)IaNFI(R

IVCY : #&E3/0KRAT7=R
MEP : X RUXYD

MTX : ANV FY =B

AZA : PHYFATVUY

EGPADZEh
¢
BREB A ETR
BE | | | EETHL
GCE AR Gem
| mEFR+5
GC+IVCY
/
HRA+43 - FIR
NV Y/
MEP#+H
BRI EmR
}

GC (+MTX, AZA, MEP)

ANCABSEME K21 R51>2023LD—EPcizE

® EGPATIERREA ., BAFH#IIECHIITNFIA REERLTOBERIER,

® NS-229(XEGPADBRIEIRICEADB I FIVRZEZAEIZCET. JNIAINFIAREESE
¥abhDD, EGPAERETAICIL{ERTRIGEL R EETE,
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NS-229 IFEIRMESRMERENTEE O

Th1/Th17

THREE

EGPATI3THiAZ. BFfika. tFELEKR EDXTETEMENTE L., BMSFICEN DTS,
NS-229(358 D RIAK1IHEFAZBLTVS,

JAK1BEEZBL TRABRY A ML 220 FIVUREZIFIL, THIRE, BHilE, iFELIRR EDB ML
ZHIFIL. FRIRDEEICORIFSB.

JAK1ZEIREY T, JAK2BHE(IC L S MMERARADIER [KHIFIETN TS,
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NS-229 IFEIRMESRMERENTEE O

IFEEEKITZ R ME R MERNIFIEAE (EGPA) J|EZXIRELUZ NS-229 OBERMELZE

AR AR T —EER. S LML, ToUABHER (25 148)
N NS-229 ETSUREHLET 3.
R—=2T5A B (CHEREH T ACENIDTF. NS-229F 235tz 593,

FERMMEFHMERE %5 28 BRICERIRRE (OGC 4.0) *(CHHHWEREOES

FERSMHHIRE BEFR. BIEHORER

%5 28 BEICERIRRE (OGC 7.5) *(CHHHEEREOES

BIRRAMERIRE | mx = brcomin
WERE #3455
1SR 288

* (OGC X) : BVASEENZMEXDFEENE2FFMISAI7H0T, 532091V FI1 ROEDN X mg/BUTOIREDOTE
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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--

2023/12/11 HJVUI—)LAUN— DR
() NIPPON SHINYAKU CO, LTD.
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