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Capricor Therapeutics Provides
Regulatory Update on Deramiocel BLA
Following FDA Review of HOPE-3 Topline
Data

* FDA has requested the HOPE-3 clinical study report (CSR) as part of the BLA review
process

* Company expects to submif updates to the BLA in February 2026 fo support continued
FDA review

SAN DIEGO, Jan. 20, 2026 (GLOBE NEWSWIRE) — Capricor Therapeutics (NASDAQ:
CAPR), a biotechnology company developing transformative cell and exosome-based
therapeutics for the treatment of rare diseases, today provided a regulatery update regarding
its Biologics License Application (BLA) for Deramiocel, the Company’s investigational first-in-
class cell therapy for the treatment of Duchenne muscular dystrophy (DMD).

As previously disclosed, the Company providediopline results from its Phase 3 HOPE-3
clinical study to the U.S. Food and Drug Administration (FDA) in late 2025. Following its
review of these data, the FDA has formally requested the full HOPE-3 clinical study report
(CSR) and supporting data to address the Complete Response Letter (CRL). The FDA did
not request any additional clinical studies or new patient data as part of this request.

Preparation of the HOPE-3 CSR is well underway, and the Company plans to submit the
requested materials to the FDA in February 2026. The Company expects that this
submission will address the items outlined in the CRL and support continued review of the
BLA, including the assignment of a new Prescription Drug User Fee Act (PDUFA) target
action date.

“We are actively engaging with the FDA in order to facilitate an efficient review of the HOPE-
3 data that directly address the issues raised in the CRL we received in July 2025. We were
pleased that the FDA requested the HOPE-3 clinical study report, as this is an expected and
appropriate next step following their initial review of the topline data,” said Linda Marban,
Ph.D., Chief Executive Officer of Capricor. “The HOPE-3 results demonstrated statistically
significant and clinically meaningful improvements in both skeletal muscle and cardiac
function—key drivers of disease progression and long-term outcomes in Duchenne. These
findings build on more than a decade of consistent clinical evidence and reinforce our
confidence in Deramiocel's potential. Our near-term priority is to address the FDA's request
and continue working collaboratively so that patients with late-stage DMD, who currently
have very limited treatment options, may gain access to Deramiocel as soon as possible.”

RKEDOHIVI--ESE1-F1IR (hTVUI-)it) &,
VEERDSEMAAER (HOPE-3) D MI'SA/ 7SR HE
DIRRICONT, BRLE

Fl+LIFHOPE-3atBRD#8iEHEE (CSR2) 22025F7RAD
CRL3ADEIZEFLUT, 2026F2A(CIRETSHFE

CNICEHOT. FDAICKBERITOBLA*DBEEN BTN RiAdH

1. BRAREBRN BRIGRE SN EEHMIAER (GEUTHENZ TS /e DFER DL BRI T
BICRYCAF TSR, TETHHIEE (IVRMRIVN) FOERAEZRULEEERRRT -4
2. CSR (Clinical Study Report) : BN T Ufc & S (CEEARRUNGET Lok, 1=k Ud
MREZ —DDIMEE (CHRE U RES

3. CRL(Complete Response Letter) : FDANRTEDERFEANS TIIFARZHERV\EHIRTUIZIS
BICHEEICHUTRITI . AT I IRE@Al

4. BLA (Biologics License Application) : A¥)EE|ARERE
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HOPE-3 Pivotal Phase 3 Trial

Overview
DUCHENNE CLINICAL TRIAL
1:1 (DERAMIOCEL TO PLACEBO) Design & Endpoints
Dere_ln_niocel +* Phase 3: randomized (1:1), double-blind,
150 n_n%m. cells placebo-controlled study
IV Infusion

(quarterly) ¢ N =106 subjects randomized
Y Baseline 12 % Conducted in the United States at 20 clinical
months sites

¢+ Primary efficacy endpoint!: PUL v2.0
Placebo celeta] |
IV infusion skeletal muscle assessment

mMmN-—-—<0O0OZ2> X

S
C
R
E
E
N
I
N
G

(quarterly) %+ Key secondary endpoint!: left ventricular
fraction (LVEF)
cardiac assessment

+» Other secondary endpoints!: mid-level PUL

v.2.0, GST%and LGE’
1. Type-I error controlled
2. GST (Global Statistical Test)
3. LGE (late gadolinium-enhancement) ClinicalTrials.gov ID: NCT05126758 HA s p3-t 14
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- 10FBl ELDOEENHAANSN, REEE, TSEREOMAICENT, H185% N EHITARERE
. 75%0DEENDEHEZEO>TUVE

HOPE-3: Study Demographics

Baseline Demographics

Age (years)

Placebo

((ELYA)

Deramiocel
(n=54)

Ove raII1
(n=106)

N 52 54 106
Mean (SD) 14.6 (2.95) 15.4 (3.10) 15.0 (3.04)
Median 14 15 15
Min, Max 10, 22 10, 22 10, 22
PUL v2.0 entry item score
2,3 23 (44.2 25 (46.3) 48 (45.3)
4,5,6 29 (55.8 29 (53.7) 58 (54.7)
Diagnosed cardiomyopathy?
No 14 (26.9 13 (24.1) 27 (25.5)
Yes 38 (73'1 41 (75'9) /9 (74'5) 'One subject enrolled but dropped out
Baseline LVEF% prior to baseline assessment (n=105)
n 46 45 91 2Updated as of Feb. 2026; subgroup:
Mean (SD) 59.303 (6.108) 55.345 (7.743) 57.346 (7.206) 64 C_Jf 79 patients with centra‘lly
Miedion 59305 55,89 5759 orevedandsaliale rdac
Min, Max 47.395, 73.981 36.537,71.112 36.537, 73.981 months
Ambulatory status
Non-ambulatory 44 (84.6) 46 (85.2) 90 (84.9)
Ambulatory 8 (15.4) 8(14.8) 16 (15.1)

HAR  hUI-Ni 15
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SFmAER (HOPE-3) [CBVWT. EEFHMEIAETH S LAIERESEE (PUL v2.0) H&UEER BRI
BT 06EIRIR (EEBRLER | LVEF) THREIFNAREZHR (p=0.02964&0p=0.041)

HOPE-3: Topline Efficacy Results

Primary Endpoint Met with Statistical Significance Achieved in All Type-1 Error Controlled Secondary Endpoints

PUL 2.0 Total Score - Month 12
Primary Endpoint

4
4

Decline

LS-Mean Percent Change from Baseline (SE)

54% Slowing”
-10 p=0.029""

Deramiocel Placebo

n=54 n=52

*LS-Mean difference = 4.55 percentage
point (1.2 -point difference on the PUL scale)
** Based on prespecified repeated measures
model using percent change from baseline

HOPE-3 Type-1 Error Controlled Endpoints - Deramiocel vs. Placebo

PUL 2.0 Total Score
Primary Endpoint

Left Ventricular Ejection Fraction
Key Secondary Endpoint

PUL 2.0 Mid-level Dimension
Secondary Endpoint

Total Global Statistical Test
Secondary Endpoint

Late Gadolinium Enhancement
Secondary Endpoint

ru
v

Treatment Difference

p-value

L 2

L 4

L 4

&
hd

-2

0

2

Standardized Effect Size (t-statistic)

Favors placebo

Favors deramiocel

106

83

106

103

22

1.2 pts

2.4 9% pts

1.0 pts

2.5 (t-statistic)

-3.0 segments

0.029

0.041

0.008

0.015

0.022

HAF  hUI-Mi 16
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HOPE-3: Topline Cardiac Efficacy Results

Left Ventricular Ejection Fraction

Left Ventricular Ejection Fraction - Month 12
Key Secondary - ITT Population

o))
]

o2}
o

wui
wvi

U
o

LS-Mean Ranked Change from Baseline (SE)

45
91% slowing”
40 p=0.041"
Deramiocel Placebo
n=39 n=44

* LS-mean difference =11.65 ranks (2.4 percentage point difference in LVEF)

** Based on prespecified rank ANCOVA model

LVEF: n reflects the number of patients in the ITT population with centrally reviewed
and evaluable cardiac MRI LVEF assessments at baseline and 12 months (n=83)

HAR  hTUa-LAE 17
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« INFETOEFRSBROBRE—BIIRIFRESUSLVREEIOI7 N Ziftss

HOPE-3: Safety Profile Results

Placebo Deramiocel Overall

Overview (n=52), n (%) (n=53), n (%) (n=105"), n (%)
Any TEAEs 43 (82.7) 50 (94.3) 93 (88.6)
TEAEs related to IP or administration procedure 19 (36.5) 44 (83.0) 63 (60.0)
TEAEs related to IP 16 (30.8) 44 (83.0) 60 (57.1)
TEAEs related to administration procedure 9(17.3) 23 (43.4) 32 (30.5)
TEAEs related to IP or administration procedure by maximum severity

Mild (grade 1) 15 (28.8) 19 (35.8) 34 (32.4)

Moderate (grade 2) 3(5.8) 25 (47.2) 28 (26.7)

Severe (grade 3) 0 0 0

Life-threatening (grade 4) 1(1.9) 0 1(1.0)

Fatal (grade 5) 0 0 0
TEAEs leading to death 0 0 0
Any serious TEAEs 5(9.6) 1(1.9) 6 (5.7)
Serious TEAEs related to IP or administration procedure 1(1.9) 1(1.9) 2(1.9)

1Safety population (n=105)
HAR  pUI-1A 18
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https://ir. regenxbio. com/news—releases,/news-release—detai | s/regenxbio—announces—

regulatory-update—ultra-rare-mps—programs
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B) SEULIOSEETIR WSO, N2 —EEH OERTENE LTHRELTLSlE
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HEEEh, BE. FEFTY.

ik, 2025 1 AICREIZE T HSHETEL BRESL T UTICET 2 SR
BRFEiEH REGENBIO D &ML TLET . Sk, KETFEHTHS NS Pharma, Ine. (=
A—Uy—U—MASTA, #HE Bl =) HFEFT - REFHEEETLIFETT.

REGENXBIO Ine. [S2INT

REGEMXBIO i, BEFEEICLIERODET L - TALDEEFOURELZER/T 4T
S/ 03—GETE. 2009 £EOETLIFE. REGENAEID #3277/ BRES 4 LA ERALV =55
M REFERERSTToTLVET. B Iz OLTIE. ww. regenxbio. com F SRR < 2L

Bk PR 1 20265818298 =L AU)—2 20



https://www.nippon-shinyaku.co.jp/ir/ir_news.php?id=3621

R AR DEZIRR

Evs TRzeEaseny S=By Gih

21




WT1EBIORKDPYIF—

N (1/2) #=:nmonsss coss1114m) noom

MFEmE

C307 (— 355 HERZ B, NES BSHA
NS-065/NCNP-01 S - 301iBRIEEIIFDAN L E1—
P&t (EIRSILED) EVTTY | 30380 T 0ROV TFDANBA D 2026514
§ NS-401 " T - .
= (555£Y927) TIVWYIVUR | SFERIEREMRREREIR A RES 20255128
- c " {2k B 25 I SR 36
ESEN AC'I: 9?4%92 ATAZY Jthns?En & Johnsonlc&k2/MNRObENARIEM S MEREICKT T S 20254128
(NSF725) AEBES
LY3527727 D BTKIEZESIICIEF M I RAHE O BRZ A B Y ) (%
B “ N 3 -
EREN ENRTLF=T) IPAI=D | mmm (ISR (EESE) 2025%9H
- NS-304 =g =g
= LES ) HIRSE | 9T RSESINZA0.05mg 2025438
. RGX-121 B AIZHEE IR
SRR (clemidsogene lanparvovec) FDALDEERAEBRDEEREHR T (YJUZHIL-K—ILR) &=k 2026518 CrE)
= CAP-1002 _ 711V XBEHY A MOT 1 —i0EHEE
FHERH e SEIRER (HOPE-3) hISAYF—YaA% 2025512F OkM)
BFRIHET FABEOEBMEYY /B MBCHUTAR NS IAEDHBTIEER 20254118
GA101 FHHAI
I (AEXYZAXT) O34t NEB LV EERADBRERIO—CEIRECNTS 20254108
S MAEINShoreERD N TS A Vit RFR
ZX008 _ 1—3—E—#h. CDKLSRIEREESRELE
PILESR (FTINSSIEEE) HO—JOVE MABRERIC BT, TEEREOER e 2025%6H
P I sBREAIE NS-245 = NAEHIRE 20255128




BiR1EBORKD7Z7YIF—bM (2 / 2) 7 AEoRE%R (2025€117148) HEOEH

F¥mE

s i) NEE B, NEE BS0
#AITOSTIR _ - B FRONTEOL AL &S AL ENIERI BT B RAITOS T MR 2025128
HtIRIR - _ ERE(CT RS AREOMR BN LUk WIS IR 2025478 (KE)
GRR R/ NERR) & :
J7ANNSYHIEE 2025498 (KE)
NS-229 _ PRI S R AP I
A—TPYRSvIiE 2025448 (KE)
A-J7ORSYIIEE NS-051/NCNP-04 - FAITIRBEHIAMOTA— 2025598 (KE)
sagR NS-089/NCNP-02 - ERESASIZEMRRIITT -5 (853.5F) RX 20254108
ooFditYy)

23



TIVY YUR : SRR SRR HlaiES (BPDCN) &S]

- ZFEkERz SRR ENAM2IERE (BPDCN) (3. AizEfllatkiEA#ia (pDC) [CHEK
9%. FEARRBHIEMERERS

- U DFIRPRIEKX70%AIET, BHBOBHTIRVHBIEKE

- 1%, ENICBPDCNOERZB I EAIFEET . FRFENRBREFELRL,

B e ClIEFHIRERRIER 7 ~ 130 AL FEARTHD, ILMHIEFEED Eht

AJRER B HIIPRSNTVS Iz, FAlZRBEOEIRBENS BEETN TS

B A
HRES NS-401
— % 9H5%5YIZT GEIEFHEIRR) ¥
oot TILY I ZA®LEEEFE1000ug <=5
RISARGTHACGRHEE | 2025F12H22H Il_lj‘ﬂ
BT SEER P B HARAR A HF2AEE (BPDCN) S
EXF)—=-H)—F
A 40 FOETERENTHN, BAF202143A8IC
HAFTEENE A

24



TIVY YURCONSE (ZEE/ER)

- CD123%EEUTAIDEH
. EEEGBAOSHES/IRICIIZDD, CD123 (IL-3Ra)EHH

Wil EBZRIS

\Y — \ (o} —
AOSFY I AT DIEBRBERF St 72S
l N | DT
1L-3 2 5955727

SEEENUET
RUA =2 Al
\ Fa i RY—

AR R XA r VAT —3Y CHNDAEN -
FXA>

\

575%YIRT (&
IL-3RalcHEET 3.

HJ3FYIRTR. 2IO7Y7ER (DT) ORBHES A%
EML-3[CESRA OB FHRBARE YV I\IETHD.

'95BPDCNifil@ADiEER

DTOREIE RXA D EEIBTE

n. I>RY-LhsHifeE

A#1TU. ADPURIAL

%ﬂbt EF-2z A&
B

tmm

:

L 4
L 2

|
52N ERkICED ADP-UiR—2R

FEEND
RIFR

EF-2 *
Ry — 1 L

Alkharabsheh O, et al. Biomedicines. 2019;7(1):6-14. https://creativecommons.org/licenses/by/4.0/ 25

EF-20 &M
’9)/(’]@5&2&@%

UT. 7INb—32 A%

G1ES ot 18



ENVFIY H0-N)VEMERERDE) )

26



EVFIY ChET

D#ErE

<BRREIUER >

L B

| [E Waj I /D4HEER (2016~20174F)
K[ESE T AHEER (201508% : 2016~20184F)

HLUZOfHeER (2025H5R)

-DMDEREBEDBEAN T, ZANIT1 >IN\ IDFERMEERENIZ.
- AR LR U C— B ORBIEEH TARENRHSN. EFHLEEDNENTRIZENIC,

-J0—-)VVSEMAEEKER (3015H8&) AERSRMAFLU TEMN RHSN TN SIRELER

[ ==

-FEFMIBR THARNMSDIIE EHDER (TTSTAND) SLUEIREHmER

(10mZ1T7HFfE. 4ESPEER R

FFR. 62 EIZ1TIERE. NSAA) ([CBWT,

EILRIILE /Tz’:}ﬁtj’jtﬂ'\h%ﬁ(g% s TR E R EJERHSNAN O,

<#:e - AR5E>
HZ : 2020%

=38 RIS RERAGEHUS. [F4

=5A(CBRFERIE

*5 ZOZOESE LLE(; Hy'?%\ H}i}bﬁ:ﬁﬂl“

X FDAIC301:KBRDF8IEFRES (CSR) LEMEMAHKER (3035K5R) D

JOMINVEREF. R1EE303HEROEFEICONT, FDAICERS

27



s S =t = it B A XN 2024411815808 20244 55200447
]E hu% III *E L \nl%ﬁ ( 3 O 3 ﬁit,%ﬁ) T ! , ‘f 4 (hRISA) REHIES | p.28L0EIB

@ - 0
g i 2 ==
<i§|‘%’%§%0)$|ﬂ'ﬂ> 0 9 | Class 4
\
6L <H- .8
) n
= 2 ﬁ —] w0
<EEFHER> ° =¥
NSAA - =
0 — O -
<;§5ﬂﬂfﬁ> = I I | I I I I = T T T T T T
961 4 6 8 10 12 14 16 4 6 8 10 12 14 16
FHI(R) il (%)
(PLOS ONE 2019, Muntoni)
<tHHANBRZEE, FMHAHE>

-R—=RX T4 >DONSAART T DEEH|Z AR TE
L s ORI T LB E IR T L DR E MR
- A7 04 FORIT SHAR S JUHBREAE 2B U IR S =/ D X R EREICRRTE

*ARA5M R T O DIRETHD . RICHNREERT YA VB SEFDAL DR EE TRETNET,

28



29




EEmse LIS DGR

¢ JAYFTSIHINEEEIENITR, 2025 EERMBTET OBUERME (NER15%) OB

- TXRPABEFINER. BB - MOREZEEULREICELD. SHIFEZ LFIELE

Rma / FARRS

ENFIY
(A. B%)
(. KE)

7' hSE
EftA2
BY4N
7405775
7-U-4
Ey-v

FIPATVA

FS¥—--92N5A

SFPUR
CAP-1002

deramiocel (CKE)
HEAR{RIXA

TRFPBESING

EZmas

EBEFRCHITD2025FEQ4NAEL - MI1RL=150. B

20244FE
=2 Q3=

16,389

F13TYREEFS A NOT A — AR (3,527)

(12,861)

B 5 S 11623
TS AR S I FE TS 2 ) '

BUR Y S SR AR 3,737

CD20MB DRI/ HEa RS ;805
CD20MBEDIE MY /(I e MR '

RS RREIRBEICAES T At A SRR 384
L J952 - BA M—IEIREECHES T A A SRR '

AT IR AR ]

R R IRE AR p 111
B AR '

AR SRR AR 2,090

1 AT 1B TR 2,179

$EFRLS (ED) Ml 1,932

F13TY BT A NOTA — DB ;

7,132

34,071

104,560

20254 F
Q3=iA

15,877
(3,685)
(12,192)

13,188
4,562

3,950

3,098
3,039
2,624
2,090

1,846
1,753

7,082
36,802
110,194

=R

-512
(+157)
(-669)

+1,564
+824

+144

+1,714
+3,039
-1,486

+0
-333
-179

-49
+2,731
+5,633

RUCE(Z1FHOMZ TFE LRGN 1. 2EFHENNZIEE,

B
-3.1%
(+4.5%)
(-5.2%)

+13.5%
+22.1%

+3.8%

+123.8%

-36.2%

+0.0%
-15.3%
-9.3%

-0.7%
+8.0%
+5.4%

L =10)

20254
mIEFAR*

21,100
(4,800)
(16,300)

17,000
6,500

5,000

4,000
6,300
3,200
2,500

2,200
2,300

9,200
47,000
145,000

*2025%11H14H 20255 EE 2N HAEFRR

20254 E

SEHSIETFAR

21,200
(4,800)
(16,400)

17,300
6,000

5,000

4,200
6,300
3,200
2,500

2,200
2,300

9,000
49,000
147,500

=R

+100

(+100)
+300

-500

+200

-200
+2,000
+2,500

Crlz)
1R

+0.5%

(+0.6%)
+1.8%

-7.7%

+5.0%

-2.2%
+4.3%
+1.7%

30



EE R moc LU DAER

« YTUAY MIERHEIE LB 2 MR ERIRUIECLCLDHBEBBEDOEMEINFREL, SHITFEREZTHIELE

(&5 20;::';(23 (4;_:1;;) 2;2:’;‘23 (4%1;2) 8 e B o =R e
2071 > EE| 10,556 63.0% 10,420 61.5% -135 -1.3% 13,900 14,000 +100 +0.7%
mEBZERTFH 2,576 15.4% 2,546 15.0% -30 -1.2% 3,400 3,400 - -
BIOVUAY B 1,893 11.3% 2,025 12.0% +131 +7.0% 3,500 2,700 -800 -22.9%
EFREmEM 748 4.5% 927 5.5% +178 +23.8% 1,100 1,200 +100 +9.1%
TOth 983 5.8% 1,021 6.0% +37 +3.9% 1,100 1,200 +100 +9.1%

HeEERmSEt 16,759 100.0% 16,941 100.0% +182 +1.1% 23,000 22,500 -500 -2.2%

*2025%F 118148 2025FE E2M4HFREFEK 31



HAIBUARR

(&) 20245
ARHEER
& 283,637
(BN 149,740
(ERBEE) 133,897
=i 283,637
= BEDSL =
RARURSFEEN
RO E O MO 1
I

TDfDERERE (JEFED)

20254
YQ3aEtHIRIR =L
328,108  +44,470
171,523  +21,783
156,584  +22,687
328,108  +44,470
+5,529
+11,369
+6,114
+23,914

20244EE
st
=1 36,297
(REaR) 30,316
(FERENE(R) 5,980
=73 247,340
=i 283,637
= BE-EAX0E =
E2REBRUEOMDETS
N E T =T
FIRFIRE

20254
YHQ3aEtHARIR L

43,911 +7,614
30,408 +92
13,503 +7,522
284,196  +36,856
328,108  +44,470

+2,050

+7,140

+19,805

32



NA4T3514> (1/2)

FASEE PR

555
PII

ER5R

FEoSoHEmh

s

PII

GEA] =]
(—hssa)

NS-065/NCNP-01
(EVRIIEY)

CAP-1002
(deramiocel)

NS-401
(593%YIRT)

RGX-121
(clemidsogene lanparvovec)

ZX008
(FI2INS=UIEEIR)

GA101
(AEXYAYD)

CAP-1002
(deramiocel)

LY3527727
(EWVRTNFZT)

AUSY
R
EISTHE - PR E AT -
1215
h7°Ud-Net3t° 1-71A%L
BA
HY-Tit
1215
Y5 LRI A%

[
13-t -t

BA
P REHRASH

1R
h7°U3-N-t3t°1-7192%L

PIAT IR
BAA-31-kRE4t

X272 1—-JUCIEJRCTFz(EClinical Trials.govDiRt &R 7 BFHAS # 50k

SFERIERZ ST R AR A A R

ERE Ara1-l

FAYIVFBIFHFIAMIT 1 —

FA1ITIRBIFHS A bOT 1« — 1L BHAE —

BRI T : 20265

LIS HEARE T BY BSPREBR DR HE{REE
CDKL5RIB%E BRI T : 20265FE
W—TABE % EHEEFIE : 20265
INRYSFEMERTO—-PAEIREY EEEFIE : 20264F
BAEZ DR

SEETUFY o532 HEPE : 20274

FAYIORBFHFI AT~ —

> MViieY > KiE —

B> )R iR —

. %H*Egitl%ﬁ (HOPE-zéit:%ﬁ)
. SEM4HER (HOPE-35HER)

WN =

B&

KE

B&

B
B&

B

KE

B&
B&
B&
BA&

. 2026 1A (CFDAKDERIRERERDEEREdn T (VUZHIL-R—ILR) 2RI

AURES

jRCT2080224893

NCT04060199
NCT034067801
NCT051267582

jRCT2031220023

NCT03566043

jRCT2041230015

jRCT2011210059

NCT05627557

jRCT2071230031

NCT05126758

jRCT2021210026

jRCT2011210061

jRCT2041210150

[RCT2021220024

33


https://jrct.mhlw.go.jp/latest-detail/jRCT2080224893
https://clinicaltrials.gov/study/NCT04060199
https://clinicaltrials.gov/study/NCT03406780
https://clinicaltrials.gov/study/NCT05126758
https://jrct.mhlw.go.jp/latest-detail/jRCT2031220023
https://clinicaltrials.gov/study/NCT03566043
https://jrct.mhlw.go.jp/latest-detail/jRCT2041230015
https://jrct.mhlw.go.jp/latest-detail/jRCT2011210059
https://clinicaltrials.gov/study/NCT05627557
https://jrct.mhlw.go.jp/latest-detail/jRCT2071230031
https://clinicaltrials.gov/study/NCT05126758
https://jrct.mhlw.go.jp/latest-detail/jRCT2021210026
https://jrct.mhlw.go.jp/latest-detail/jRCT2011210061
https://jrct.mhlw.go.jp/latest-detail/jRCT2041210150
https://jrct.mhlw.go.jp/latest-detail/jRCT2021220024

NA1T5

1> (2/2)

[GE] =]

FSERIE (—iE%)

NS-304
(tL*2)8D)

NS-580
(friluglanstat)

PII

NS-089/NCNP-02
(O'oF¥oInt)

NS-229

NS-050/NCNP-03

PI/I ATSN-101

RGX-111

NS-917
(radgocitabine)

PI NS-025

NS-863
NS-245

AUS>

B+t

B+t

Hi5
EISZHRH - #iE B3 -

B+t

3R
EISZFEH - #iE E R -

BA
PMF-t5E° 1-7492%%

=%
U5 189N 114
BA
7 WPkt
Bt
Bt
Bt

X272 1—)UCEIRCTEz(EClinical Trials.govDiHERI& T IFHAZE Z 508

BEITE

FAZE T EhAREE{CAE

FERNIRE
BTERIIZAR % / 181 B BT AEIREE

FASIVIBEFIA DT —

YFEAIRTES T &= 2 1 PO SF IR TE

F1YIORBIFHFSAMOT 14—

GUCY2DEnFXERE
L—-N\-%EXMHEEAE

LAJZHERET B

B #atta Bt ms

BERABIRKE
HREIEIRE

1. 2026 1 HICFDALDEERERERDIEHELR

AFya1-l

slBRIE T : 20256

— bR
— B

BRI T : 20265

SUBRIET : 20265FE

SBRIRT : 2027FE

BRI T : 20274

ERRARBRDRAEREB P

BRI T : 20264

SUBRIRT : 2024FE
SBRIRT : 2024FE
SlBRIE T : 20265

BA&

B
B
B&
KE
B&
KE
B&
KE

XKE

KE

B&

B&
B&
BA&

AERES

jRCT2031210497

jRCT2031210685

jRCT2031230134

jRCT2041250028

NCT05996003

jRCT2031230526

NCT06046222

jRCT2041240060

NCT06053814

NCT03920007

NCT03580083

jRCT2031210452

jRCT2031220474

jRCT2071230038

jRCT2071250086

B (JVZHhL-R-ILR) 2T

34


https://jrct.mhlw.go.jp/latest-detail/jRCT2031210497
https://jrct.mhlw.go.jp/latest-detail/jRCT2031210685
https://jrct.mhlw.go.jp/latest-detail/jRCT2031230134
https://jrct.mhlw.go.jp/latest-detail/jRCT2041250028
https://clinicaltrials.gov/study/NCT05996003
https://jrct.mhlw.go.jp/latest-detail/jRCT2031230526
https://clinicaltrials.gov/study/NCT06046222
https://jrct.mhlw.go.jp/latest-detail/jRCT2041240060
https://clinicaltrials.gov/study/NCT06053814
https://clinicaltrials.gov/study/NCT03920007
https://clinicaltrials.gov/study/NCT03580083
https://jrct.mhlw.go.jp/latest-detail/jRCT2031210452
https://jrct.mhlw.go.jp/latest-detail/jRCT2031220474
https://jrct.mhlw.go.jp/latest-detail/jRCT2071230038
https://jrct.mhlw.go.jp/latest-detail/jRCT2071250086

NS-065/NCNP-01 (EIWNSIEY)

— FAIIRABFHIAMAT 1 —iaEH —

76 B B | B FE5%
KE 5%
90— /\)LP I #kiGeatER

5 72 f& | BB

FA#F| II9YY53AFVESD

B e A | TF1YIVABEHIAMNIT A —

Al G

RS

15 REBELESAMOT 1> DEEZEESE TREDETHIHEIE
TRRARCNEZ A
BVWEEMEN RESNITINITAV ) BEEEN—-AICEEERARIE

£Z154k : DMD(35523,500~5,000 NCI NDEISTHIE. HEFBELIEA3,500A. KE12,500~15,000. A, BRM (32143R) 7,000A. HE53,000A.
55, IIVYYE3AFVELJBIGEE (G DMDEEDHI8%.




CAP-1002 (deramiocel)

— FASIIRBFGHIAMAT 1 — 1L BHE AR —

B 56 Bt P

KEl PIIGHER

iR (1310 X8G5S A MOT 1 —I1ILEHAE)

& | H2VUd=)-ESE1-FT1 A D R

HIVI-N-tSE1—FT1 I At LARTEIR IS LN 2 iia

(2022/1 XK[E. 2023/2 ER)

O EHRRMARCKSTIVY - LR

F13IIRBIFHY A MOT 1 — 1L BHAE
FAIIDABIFHSAMNIT 1 —

Al iz | iEa4#H!
15 & | REIDSDWENEIIVY—-AIC LD EREA NV R - SIE - BRiE

{EDEiRL. MBI+ —POibHaDEMOIEIMICED, EEnH
HEVIDMKREZTNE I S LD HATFENS

EEENMTRELD

B FZEOEFICIKRST , 1RILVE

36



NS-401 (#U5FYIRT)

— SFERIERz Sl faskEA Tl e g i e al —

I 76 Bt P

F5okElmH

[ 5 A2 R&

SadisE
2021/3 AFU-ZHLDEA

€ B ¥ 5

CD123%F I MM AMFA

B b E

SFERTERZ B il hais i A A A

Al

G

EE"‘«

15

IL-3&SJ7V7 bSO ORMESEBETHD. CD1232FRT
%b‘/%_‘fgﬂﬂkﬂwﬂ\.ih\ W AFRRZIEICESULHBILTHRE
1

37



RGX-121 (clemidsogene lanparvovec)

— AIZYERE 0 BYaiH -

B 5 B I | KE EAGR

5 72 f& | USIRIANA AL H RhE
2025/1 USIRIANA AL RBES LT BHARZST7I7IC
BT SARTTHRIERH

¢ Bt 7 | 4 20> EE-2- A J7 5 —CiEnFiaEH

B s iE | AJZHERE T BY

Al iz | iE54#H!

15 & | AAVONRI I —IcA A0V EE-2-ANIT75—E (IDS) EEF%
AN ISELRFBRA AR S(CEDPIRMFEMAZCIDS
BIEF2iXZEL, IDSZEESED

1ERD DS T, PHRIEIRZSCEBNDOHRBZGUILEIIRNSS
N3ZEDITFEND

SE\E5HR : LJZHEE (MPS) OEABLITKENDLI0 A AHEEDERZKE. MPSEAN1.538LU1.2. MPS IIHN0.84854£00.29. MPS I 1'0.2384L0°0.34
Epidemiology of Mucopolysaccharidoses Update - PMC

38


https://pmc.ncbi.nlm.nih.gov/articles/PMC7916572/#diagnostics-11-00273-t002

ZX008 (JIYJIN3ZVIEEEIR)

— B CADABERA] —

76 Bt P

(RSINTEIREF) F5%
(VIVIR - HAD—TEIREE) FE5E
(CDKL5XXIE7E) PIIGHER

56 A2 &

1—->—-E-SvI)U NSt h el
2019/3 1—>—-E-Jv)IUxASHLEBEREARIICHITS
HRsciein Rz v

€ B #

{1’ZF I?ﬂl*:/ﬁitlj’&ﬂbit?ﬁﬁdﬁ-HTEﬁﬂiﬂj"S"f J D&Mk

B it fE | RINGENREE, L JYI R HA M—TEfxE¥, CDKL5 RIBHE
Al 2 | O
15 8 | BiFaRBICAIS BB HICH )

fthElEDHBNEIEE (BATANADBEIEAHAZEERLTS)

SE1BR | BARCHIDHEEBEEL. FINVEEEINTI3,000 A LIYVIA-HAS—EIEEEN 4,300 AESNT WS,

39


https://www.nippon-shinyaku.co.jp/rd/words.php
https://www.nippon-shinyaku.co.jp/file/download.php?file_id=6872

GA101 (AEIYVANT)

— V=T ABEEA, NREFFRERIO—CAERREEEA, BREZH#DRVERETUTIMN—TREEH] -

i F& B B | (LN) PIIEHER
(PNS) PIIHBR

(BEZ#DRVWSLE) PIIEER

5 2 f8 | POV REERN ML ERRRFE
2012/11 PHARFBEARLLIDEA

{¢ H t# % | ;iCD20E./70—F )itk
@ I fE | W—TABZ (LN) /MNERRERIO—-CAERRE (PNS)
BHEZHDRVWE2EETYTYM—TA (SLE)

Al 2 | x5!
15 | PO OHERL Bl SR AFENS

SEIFIR : BRCHIIHEBELL N —TRBEXNHI30,000 A NEFFRMERTO-PAEIREENHI9,000 A\ i2E . BIEZAHDRVEFMTUTVM—TANI10,000 AIEELEN TS,

40



LY3527727(ENNIINVF=D)

— Y MUilika ) > NIEia A, 1B >N ERmmEaRal —

56 Bt P

<fthDdBTKEZEA (CIRITER EATHEDOBHE(IREETEDV
> MViliRaY > )CiE> F5%

<f@OBTKHEEZFHCIEREN EAMEDOBFE N (XX STEDE
T4V >N ERInE> 5

<MCL> <CLL> PIHER

b 5 2 &

HARA -3V - RS H T
2024/3 BAFRA—-5MVU-RAELEBRICHITS
P IAT > AR &b

{E & I | A IERBESEBTKEEA
B O iE | YU MUV CRE (MCL) 1B1EUY)(ERm#s (CLL)

il i

il

15 |

MROESHFEEBULI NN EFOSYFF—E (BTK) (C
=UVEIREZRY

S2E18k 1 MCLORJE. B4, HRPOHI208ACIAEENTVS, CLLOBEIRMEEL(E. BUSHET DHISEREREREICLDE, 7,000 AEHEEIND.

41


https://rarediseases.org/rare-diseases/mantle-cell-lymphoma

NS-304 (ELF3/())

— FAZ=EB)AREE({CAESRER] —

I 76 Bt P

(ASO) PIb:Hf&

5 A2 &

SFadisE

€ B ¥ 5

BRI ORTHAIU> (IP) RBAFZIZAR

B b E

=B ARE{EAE (ASO)

5

Al

w7

B

15

REsE{FRARZEOA

SEEH . BRCETIHEMEBIREELIE (ASO) ORIBRIEIITERELIRIFIBAD ALHETESINTUS,

42



NS-580

- FEABEARE. BRI/ BB R IREARR -

76 B IS | (FERIREE) PIbatiR —HFrhiER
(CP/CPPS) PIafli® —B5hiHR

[ 5 AiZ & | HtLRFE

E A | RESRD ORYI50S YESHESR-1
(mPGES-1) PEE

B it iE | FERRE. SRS/ BB BRI R

(CP/CPPS)

il iz | 2O

5 & | RVEAFR DR \WFERIRIESFEHI CIEBIREBEDINE
SRDATFEND

Z2MDEVICP/CPPSREHIEL TRIOZRI> bO—ILH
HIFENS




NS-089 /NCNP-02 (Ofs)ItY)

— FAIIORABIGHS A MOT 1 —iaEHR —

I 76 Bt P

J0-/\)VPII sKER

5 A2 &

SFadisE

€ B ¥ 5

IIYY44RXFYE>YD

B b E

T1SIX3BEH IAMOT 14—

Al

G

RS

15

REBELESAMOT 1> DEEZEESE TEREDETHIHEIE
TRRRCNEZ AT
BVWEEENREBSNSIEINTA ) BEEEN—-AICEEZRK(E

S£EZ|53k : DMDIEZEZ3,500~5,000 AIC1 ADENIESTHAE, HEEBEIIEA3,500 A, KE12,500 ~15,000A. FRi (3=4438) 7,000A, FE53,000 A
55, I7Y>442FvE> ) @I58 E (L. DMDE&EDI6%,

44



NS-229

— WFEEEKIEZ R ME X TERNSFAERESRH] —

I 76 Bt P

J0-/\)LPII sKER

5 A2 R&

SFadisE

€ B ¥ 5

JAK1[HZE

B b E

briREk 2R ME R ERZFIERE (EGPA)

5

Al

qmp

B

15

7IRIAK 1 BBEFRBZB IS
%AK 1:EREDFSCEDE, BLEINTECRZ2EDRIFEN

SEBR | IFEENESRMERMEASELE (EGPA) D2024FE DAL T EIEEATIEREPIENLS, 66961

45


https://www.nanbyou.or.jp/entry/5354

NS-050/NCNP-03

— FAIIVABIFHIANODT 1 oA —

I 76 Bt P

J0-)\)VP I /I KB

5 A2 &

SFadisE

€ B ¥ 5

IVYY50AFvE>YD

B b E

T1SIX3BEH IAMOT 14—

Al

G

RS

15

REBELESAMOT 1> DEEZEESE TEREDETHIHEIE
TRRRCNEZ AT
BVWEEHENRESNIEIITAY JZEEEN—R([CEE R KL

ZZ154 : DMD(F5)E3,500~5,000 A [CI ADEIGTHAE. HEFZEEIEA3,500A. KE12,500~15,000A. BRI (32143%) 7,000 A, FE53,000A,
55, I9Y>Y50A+YESJBIEEE (. DMDEEDHI4%,

46



ATSN-101

—GUCY2D EEFEREL - N-EXERAESFEA —

76 Bt P

KE P I /IKER

5 A2 R&

7 MeF-ESE1-F1 I RN R
CRE) ARFEiE#EsEs
(BX) RAFE- W51 AR2H

€ B # 5

GUCY 2D iS{a-FiaE#l

B i E

GUCY2D EEFERBL-N-%XEEFEAE (LCAL)

Al

= ppl

RS

5

ERGUCY2DIE{EFZAAVSAI I —(CHBIMANTCEEF B
ﬁ'J'C o0, HIERTFICIRE5ITHILTIEERGUCY 2DIEEF 25
e, XZzFFEOHEEZEESES

*ﬁ'lh‘ﬁ( BCNIELCA 1 (ST DR DNOIBRAR S
BERERD

SEEW . LCA (L-N-FXUEBARE) OHEEBERENILATE (BAX)  SHAFE CKE) . GUCY2D B FEREL - N-%XERARCELCAORE — IR E D

UEDT. LCADS L1 BMEEZ B HDEHETEIND

47


https://www.nanbyou.or.jp/entry/4660
https://rarediseases.info.nih.gov/diseases/634/leber-congenital-amaurosis
https://www.sciencedirect.com/science/article/pii/S1350946208000360

RGX-111

— WIZHEE I BYaRH -

B ¥ Es B

J0-)N)VP 1 /I KBR

[ 5 A2 k&

UIIRDANA AL H SRt
2025/1US TRV ANA AL ERBE S LV BEZSTT7I7IC
BT BARTEHRFERH

{E BB ¥ & | a-L-1/ X 0=45 —VPiE{CFaER

B I fE | AJSHEAE I B

=1l 2 | iEadEl

e | AAVORI A —(Ca-L-1 AO0=F—¥ (IDUA) BE{EF&HHMA

MNSELRFEEH iAiES(C LD RMEHMRICIDUAIER
F&XEL, IDUAZEESES

1EIRDDIZS T, PIRFEIRZ ST BADMRGEULIRNSS
N3ZEDITFEND

SZEIEH : AJZHEGE (MPS) OEABLITKENDL0 A AHEDEREKE. MPSEAN1.538LU1.2. MPS IIHN0.84854£00.29. MPS I 1'0.2384£0°0.34
Epidemiology of Mucopolysaccharidoses Update - PMC

48


https://pmc.ncbi.nlm.nih.gov/articles/PMC7916572/#diagnostics-11-00273-t002

NS-917 (radgocitabine)

- B -HaEREEiEEamRaERA —

I 76 Bt P

P I 5B

b 5 Az R&

SEadisE
2017/3 FIWVFI531T7—XFKAEtLEIDEA

€ B ¥ 5

RaHningl e R 5xifikaie A

B b E

B - HataEatetEams

5

Al

G

B

15

B O SHENAIEXRRSFRA DX A
BRERNGREICELS. BLVANEEZRE2RY
(SEECEIR5HIEE, ERRMHILERESOIFMBEFHSMENEN)

SZ15k | BARCHITPAMLOIEERBREERIHILH6F ALHEEZNTVS (ADM2019) . ZD55, BRE - -HEEOREEISEIEE

49



NS-025
- iﬁﬁﬁﬁ.miﬁ%ﬁ“ -

[l 5 s B | P I GUBR

5 i i& | H4LEAFE

€ P8 # 5 | IEBR

B i iE | sbhkARIR S

il iz | ##0O#H!




NS-863
— RRAHIRIERIE A —

I 76 Bt P

P I 5B

5 A2 &

BBIF

€ B ¥ 5

JEBR

B b E

MAERAHIRIKE

Al 2

w7

51



NS-245
— IR EGEA] —

[l 5 s B | P I GUBR

5 i i& | H4LEAFE

€ P8 # 5 | IEBR

B b E | SSETHRE

il iz | ##0O#H!




T93RREUICBI T HERFIR

>AERICBVWTUHREHRENIENBSTICIRIER, WOWSI RE@UVIFHRIZSHT I CNS5DXER. RIEICH
F5RiAH. TRl YUAIZHSIEE. RENICINS DX ELIERRHIRETHLTER, FHRTIBESINMHR
HICEDCEDTY,

> ENSYRATOARERIEICE, —iRRBRFBSV(CHIZEDIRNR. £Fl. SERBEE LV O E—iZRE
RS LV EENRZFFRANZTINTT  UATOARHERER, HCHRICBEHEVE REUVRIRICFELIT .
HmOYRY AHERIEICIS, HThES, T DRSS FES. BRARROFTTT K50 (CHIE, Hm
DREEBRSV(CEHRICEAT IV —LAVPERE. MBI S DFGRENS. EAADE RIS EEREIE.
EREHEIA MIFIADHER. BRADOERICRZELS X SBRFOEMRS, MEmAFECIHEd 5RERE

 HEINITTD CNSIIRESNSEDOTIIHDFEA
z, ARBRARRICALTE, BESLVN—ITT1IDOUAINHD, TELZFHITRIEEENERCRR,

[FAROAFEEAMEEDFRESRENZTINIITH . CNICSRESTNSEDOTRHHIE A,

> #ULVIEER, BROLRBELIEDMDOFEIRLD, RBEUIRHRICEHEUFNENEILWMESTH 2
T6. TN21T5RRZRIF6DTRBL FHEZR/IBD T HHIEA.

(3) NIPPON SHINYAKU €O, LTD.



	スライド 1: 2025年度 第3四半期 決算説明会
	スライド 2
	スライド 3: 2025年度第3四半期の業績と 2025年度の業績見通し
	スライド 4
	スライド 5: 2025年度 Q3（4-12月）概要
	スライド 6: 医薬品売上収益の内訳
	スライド 7: ビルテプソの売上
	スライド 8: 機能食品売上収益の内訳
	スライド 9: 営業利益
	スライド 10: 業績予想の修正
	スライド 11: 予想損益計算書（連結）
	スライド 12: CAP-1002（deramiocel）　アップデート
	スライド 13: CAP-1002 (deramiocel) アップデート
	スライド 14: CAP-1002 (deramiocel) HOPE-3：試験デザイン
	スライド 15: CAP-1002 (deramiocel) HOPE-3 Topline Data：試験参加者概要
	スライド 16: CAP-1002 (deramiocel) HOPE-3 Topline Data：有効性
	スライド 17: CAP-1002 (deramiocel) HOPE-3 Topline Data：有効性
	スライド 18: CAP-1002 (deramiocel) HOPE-3 Topline Data：安全性
	スライド 19: RGX-121（clemidsogene lanparvovec）　アップデート
	スライド 20: RGX-121（clemidsogene lanparvovec）アップデート
	スライド 21: 研究開発の進捗状況
	スライド 22: 直近1年間のR&Dアップデート（1/2）
	スライド 23: 直近1年間のR&Dアップデート（2/2）
	スライド 24
	スライド 25
	スライド 26: ビルテプソ グローバル第Ⅲ相試験の動向
	スライド 27
	スライド 28: ＜対象患者の年齢＞ 　 6歳以上 　 ＜主要評価項目＞ 　 NSAA 　 ＜投与期間＞ 　 96週
	スライド 29: 参考資料
	スライド 30: 医薬品売上収益の内訳
	スライド 31: 機能食品売上収益の内訳
	スライド 32: 財政状況
	スライド 33: パイプライン（1/2）
	スライド 34: パイプライン（2/2）
	スライド 35
	スライド 36
	スライド 37
	スライド 38
	スライド 39
	スライド 40
	スライド 41
	スライド 42
	スライド 43
	スライド 44
	スライド 45
	スライド 46
	スライド 47
	スライド 48
	スライド 49
	スライド 50
	スライド 51
	スライド 52
	スライド 53

