hEWH -4
7. 9. 17

R REERRZSz RMOEFIEs ERRTNER

BEERSEmMOMBEEEICEHIIER

—AgtEEABEEREAIRN-232T4-354 (FIRM)
2025%F9H17H



HECH 3B EERSRmMmOAR S IHERE N (CIEH
AIBTRBINLBEERS

Hm(32025%F 9 AFRC21mB. TFFZOmBEINMERE (BN
S1&. iPSHIRRRmE. B EERSFRMOAGINMEE
1mE

6mB (2GEmBAGREDEL) 16amH8H

2007 2008 2009 2010 2011 2012 2013 2014 2015 2016 2017 2018 2019 2020 2021 2022 2023 2024 2025

fHskiHE ‘

\ L 53—
* 142 * ryy *N-by—b > ° xEYY yo35>
AGREDEL ® 4+15) ® IvRIY
S htVHS ® 273594 > OpoJqen ® EXJIN
{®* 79-3 >
vatE Sz
ex Vivoili{EFiaE € FpU7 StI2H0LH
€ JLvoy
P
S
............. 111
in vivoiB{EFiaE *AS5FI1Y
BEEED TS N
i SYNSYAT
; ; N
in vivou—{JLAEE ® FYSHN >
.................................................................................................................................................... AT
BAs et s




4

Sk LN BRESNSIPSHIREROBEERSERM

EESEE
ERT7—/REPA

FRI7—X/N\JAR
IS4 MR N1 A/
FEKRE - IR AZPR
IN—F>—R/

k//////////’%m%@xﬁ

\ DAVT R/ RIRAZE
iHeart Japan
AHHIA> [ TREBRZF
/CiRA-F

IEREAREF

Bz AT 5 —/
REPAF
AWINESE1-F1IR/
REPARF

LI i
NS kit

HERE SR _E MR
NKTHHAZ

WY:7it il

WY:7it il
DIMERMRZEA
M/J\ile
AR S £ THIAE

NKHHR2

SR

TTRE R
=AY

AR _ AL

¥ - ETERSEE DA

RE M4 CVRBICHES
BREOAE

FE M4 O ERIEICED
B OAE

HisREL AERYE

/)RR EE

HPV16EZ Mt F=SENA

SREENA

EAFIBYEPRIR

FFEIRTT
e
Phase 1/2

Phase 1

Phase 1/2
HAGBEEE

Phase 1/2
Phase 1/2

Phase 1

Phase 1

Phase 1/1b

T EY ERSEREEATA, HRESEwebsite, FRERERERY A~ (ClinicalTrails.gov, jJRCT) 2025&98 Km0\ BIEER




BEERSRmOREEBHICRHAUSSHME

o TEROBEATEIEUNORBORRPAERDEDR _LICER
o BRIREBROENE N UEEREFRNSEENMBAEL . P BVRS THIGIIBNRIMERSN TS

Fig.1 INRALLEBEICHITDI2EFE (ELIANAKER) 2

< HHAREERE>

—[EloiRs

Bifriamis BEFHIRERTD
T3iBREN E 1 BRER10FEOTEARMU !

<EfzFaE>

*1 HEe .
*2 e
*3 HE .
*4

@ s

BE Emily Whitehead Foundation

Susana Rives et al, EHA 2022, abstract S112
Novartis Zolgensma A= b1 k

Anne M. Connolly et al. MDA 2023, poster P153

ARBDIZE, FCERH3H
ESET SN~ AICENIDST
BTN HER G H*3

Fig.2 SMAERE (FEIRFERERD) (CHITS
EEYAIVA M—> (LT-002;K8%)

v INBALLESROPh2ERERBAIE DS FI10ED
FBLTWS (RE15FIJAO0-)
v _EHRNSeERA, miRET -INMESNTULS

. RSERICBIENMESNIEEBE (T,
RHIRICEZEMME (7. BBFERE) .
BIFR&ZeMI0I7/ IV REN TV

ALL: Acute lymphoblastic leukemia (241> ) VR INIR)

v EBRFIIE D SPh1EKER(TFI106E . Ph3stER (&
W7ENMBLTVWS (BRE1SFEJAO0-)
v NS5 ERIA, miRET-INMESNTVS

o FENREMME (EBEUGEEIRMILAM >0
HIFRUHERIERS) | RIFRzeMI0I74
I RENTWLS

V

SMA: Spinal Muscular Atrophy (B84 AR Z=HEAE)



A5FI]8£F-F' RMBIE e E(CRIT TERE L HRE

BEERFRMOTRZBIAMSEE BEERFRMOGHZBEIAMSEE

> FAPIEEZD LRGN > RIETEST
RAChIEDBE RV ERARAERT — 5 (CE D MigEE BEERSRMNEBOIA PRI LEE

SIRERREDEEIRERERDHS T, PhaseliPPhase2. fkiEtERT —
HEERNELOERDOBBREAL > ThIZILKBEEDNHRHMS DR
EMLRLE, ERHERESEZIEZ XIS

> IENME
RaEHIEORMEM TS, BAERMNESEADOIRES
FUBHOM IR ZHBOIED TS . M. FRAERLENERETREZVNELL. BETHPINRRHE.
AM, RESIE, VIR, BEROERICESARBANMDD, A2
{fi#&Hv1,000 AN DB LS0EMA% B A 2BEEESER M A E(C LB IR NSRRI S
HBIENSDREDEELLE

H ORISR AIDH BB U OBRELE



BEERSFREmONER - 9HZEI A LMEEECONT

FiclitgslE(COVWTEBRZF T ORI D5

FH8FEUECRIIFILIRITEES N DINE




Appendix



- &7 6 EFBCEICAIT - T EEE

EfiEtEARORELZOMGICONT (1/2) S NPT

o FTAREANE RV JBETTEORVEEDG S [RIMFTEA N TOEEARICADPIL TELORENELTVS
o INSORBEZIEFAC. RMETELRNOERNMETHIEERD

BEERE J(AEEm

ITEB%& ERRE BROEE S2S0VEE
e @ RSN, S CREEEESD) ARELLTER
BEROEMAHE SEE DI ?571&)\ HROTZ2HOFH LN S RIS BIE TR BB (CEIR M
" - ROSTLE BIRITRBRNEESN TS, BALL TRDSNBNMEE NS
£ e B BEERCHL TREARRPESER0AA NSO, 20—
1f HERREL TEROSNRVNEEH DS
fEiEZNE
I Qﬁ B B TR DIEMIEN S Vs, SERIE I OAMPRENSS
e &is BF'%NWKE@ B TSI TS B A BT BB AN S A TR TS
(AN ECAHEDNS B EEREBEEEOH TR AMOBH. BRAOHISEREBEN DD
. — R EIR/ AR E
- fi%
sE i 3 B BE R R RE R THEEANMR TR THZN, BiE
B CES) CUBBRRERNRSSN TN
- I ORI B H B —OOZme H— QR TH5T - FlFE - XIS 92 DERHLL ED
B SRR E B NSOEME - REAEPCMOL OB EIHRE R THY. 20
FoERE EXERAIFRLETS
SHER

PR BEECIE1-LDT T — T4 -UNLDT (20235F38) —EBIRE



- Sl 6 FEUEICHIFT -
RfiEtEAROBELZOMEICONT (2/2)

o FTAREANE RV JBETTEORVEEDG S [RIMFTEA N TOEEARICADPIL TELORENELTVS

o INSORBEZIEFAC. RMETELRNOERNMETHIEERD

=P

®

=
C

®

%
i
B
i

BAERE  S(AEERS

IEE% B WROBE HESORD
R ® BED R B SR THO THRENISOUER (ECEASMERR)

ROV (CRRE T RIEEITEED (CHDN BENELHE. BEENEIBEESDZER

TS T FEHUICRS

IRIF—

FfmfEiE @

B BEERSRRBLED FERREERD, —DORGCETFFIC

SHFEmD PRSI EEDRFEFNSRDII O TULRIGENZ L)
@ T EERE M S o B S FEFHERE . oM O AR SEMED FEERLDESEEICRS
e SAARINNE B VAT IR TFr—HRBOAVSRK—F—THIENZ VN, ZDFA

MFRRE

T 2RI+ (CERSHSNTLERL)

(ELRE/BEER/PMS) B fEAREHER (FCRONDETZITOEN— AR TH DN, EFRICCROIC
0154 3o B AFERHBNAL

RS @

B I(;@\%%Hﬂﬂ’&;%&:‘fﬁ; | R ERBCREREIESS (BCERERRORE)

BB BB VISIREN  m EEsE=ENRMREN TAS TR ERMOSIKKTZL TV

[RBREN TR0\

PR BEECIE1-LDT T — T4 -UNLDT (20235F38) —EBIRE



