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15th International Collaborative Forum of Human Gene Therapy for Genetic Disease

~EEEREOMIGZ HiG L T~

2025/=51E124)H (=)

)\ E R e
[ sum B=#: 5000/ 2% 201000 /@

BRESENATE BAERFHE T IS8 nF AR %&Tﬁ)

09354
9:00-9:10 Opening Remarks IVFE_ 1T (5515 EUBRE FREESERAY BE T AR
INEFIFHESE (ARBE EURBSERMREYY—)
9:10-9:40 session 1 (23 ST A
Gene Therapy for Neurological disorder (###E&EICH T DiEETFEE)
Gene therapy for AADC deficiency Paul Whu-Liang Hwu (National Taiwan University)
9:40-10:40 session 2 EEfR : A —¥F A E—

Gene Editing and mRNA Therapeutics GHE{GF#RSEE mMRNA E38)
1) Invivo genome editing treatment for monogenic diseases
K% B (BAERAE)
2) mRNA Therapeutics (EFJ/L7 %)
@ mRNA Platform Introduction Patrick Finn (VP, Rare Research & Preclinical Development, Moderna, Inc.) WEB
@ Development of mRNA therapeutics for propionic acidemia and methylmalonic acidemia
1% Kaku Saito (Senior Director, Clinical Development, Moderna Japan Co., Ltd.)

10:40-11:40 session 3 EER :tHE ERiE @O R—
Gene Therapy for Inherited Retinal Dystrophy GEGEHEIREREICH T SilETFa5)
1) Startup-driven development of gene therapy for vision restoration using optogenetics
BRH GF (EREAREFER)
2) Social implementation of gene therapy for inherited retinal dystrophy in Japan
R I GRREmEIS—)
11:40-11:50 ¥
11:50-12:40 session 4 (HfgEt=+—1) BB BT RESE
Luncheon Seminar [Takara Bio Inc.] : AAV mediated Gene Therapy for Congenital Deafness GEEMEIICHT S AAV AV Y—ZRVEIBEFAR)
Development of AAV Gene Therapy Targeting GJB2 Related Hearing Loss by Capsid and Promoter Modification
WE  HF (RRZAFERIENERIFEHEE)
12:40-12:50 IA%8 / ENR
12:50-13:50 session 5 EEfR : HBO F B R
Ex vivo Gene Therapy for Inborn Error of Metabolism (5%&EXAMBERIEICH T D ex vivo iliinTFaH)
1) Hematopoietic stem cell gene therapy for mucopolysaccharidosis type II
ISH 5¥X CRRZRaERIAY BIETAREREs)
2) Atidarsagene Autotemcel (Hematopoietic Stem Cell Gene Therapy) Preserves Cognitive and Motor Development in
Metachromatic Leukodystrophy with up to 12 Years Follow-up
Kent Christopherson (Executive Director and Head, Global Medical Affairs, Orchard Therapeutics)
wmAF) 4t
13:50-14:50 session 6 EER : A8 +i  fEsiTinsE
In vivo Gene Therapy for Inborn Error of Metabolism (GEXR{HEREICHT S in vivo iBETFAR)
1) Results from ongoing gene therapy clinical trials in patients with rare diseases: MPS IIla, GSDIa,
OTC Deficiency, and Wilson Disease Eric Crombez — (Ultragenyx Pharmaceutical Inc. Novato, California United States)
2) Complete normalisation of GM1 ganglioside storage through AAV expressing a blood-brain
barrier-penetrating enzyme in mice B B RREESERKAY BMETARETIIER)
14:50-15:00  #ff - (K8
15:00-15:50 session 7 (¥{EtE=+—2) EER : VAREE
Sweets Seminar [Vector Builder Japan Inc.] : Trial of Gene Therapy for Inborn Error of Copper Metabolism (S{S#HEREICHT 3BEFABRDRS)
1) Potent Gene Therapy development for Menkes Disease: Preclinical Data and First-in-Human Study.
Miho Matakatsu (VectorBuilder Inc., VectorBuilder Japan Inc.)
2) Accelerating Gene Therapy Development with VectorBuilder.
Miho Matakatsu (vectorBuilder Inc., VectorBuilder Japan Inc.)
15:50-16:50 session 8 ER:/0MR - EHA EE
Gene Therapy for neuromuscular disorder (M$EEFIREICH T SiBEETFEE)
1) Roche's reflection on preparing for a future with gene therapy in Duchenne muscular dystrophy
Alex Murphy (O aitERERBIRIENE) WEB
2) Clinical development of Onasemnogene abeparvovec and Voretigen neparvovec
(FAFEL/ T PRINVRR S IRUFFD RINIVIRAN D DEREREIFE)
M {2 (Ken Tsuchida) Pk ##E (Saori Ito)
(JINIWT 1« R 7—HASEE WERF - BETARERRER)
(Novartis Pharma K.K Neuroscience & GTx Clinical Development)
16:50-17:40 session 9 (H{Et=J—3) EER ik 18
Afternoon Seminar [Sanofi] : Genetic Counseling GE{EHAO U H)
BEEFAROEULDIAN —EBHERKRICHFVRSEENHIC—
Guiding the Path of Gene Therapy -Supporting Patients and Families-
fElE EF (Natsuko Inagaki)
CGREERIAF EEIBATRIFSE Tokyo Medical University, Department of Cardiology
RRERAFHEREE #EF2RET 9 — Tokyo Medical University Hospital, Clinical Genetics Center)
17:40-18:30 session 10 $55IE8H EER : AR A
Special Lecture by Professor Luigi Naldini (I3—0Ov /GBE{EGEFHAFFESIEER Naldini 38IC Xk S55158E)
Prof. Luigi Naldini
18:30-18:40 Closing Remarks F T B— (AEGETFHEARYIEEER)
MR 12 CREIE 16 ESBERE DEEANSREHBERS)
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