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9:00~9:15  Opening Remarks (BI&&) FHE EE (@ 13eERnIEamEcFasEIA—o0 YERE)
NEERE ERBHECREGTAE I AL RESBH)

9:15~10:15  Gene therapy for blood and immune diseases Chairs: K32 B (tBARES IR - MEHES)
(3% - B &R EBEDEETFAR) AWl B EIRBERAREYT— REEEHTRE)
1) Development of in vivo gene therapy for hematopoietic stem cells with a targeted delivery system
MHE Bt CKERIEEMER REAZERZHREA)
2) Newly Discovered and Engineered CRISPR-Associated Nucleases as a Robust, Efficient, Allele- and Target-Specific Editing Tool
David Baram (EmendoBio, Inc., USA)

Gene and cell therapy for muscle diseases Chair: BA SR (Huwe $RERFT I — BEHRA BETRRARARE)
(FRBDERF - #RRAE)
1) Challenges of AAV Gene Therapy Development for Duchenne Muscular Dystrophy
Francesco Muntoni (Dubowitz Neuromuscular Centre, University College London Great Ormond Street Institute of Child Health, UK)
2) Mesenchymal stromal cells immune-modulatory activity in preclinical and clinical studies: potential to combine with gene therapies for enhanced efficacy
Silviu Itescu (Mesoblast Ltd., Australia)

Development of next-generation viral vectors Chair: #1a 1E— (BAERAR BREEFLE)
CRERIAIANRT T — D)
Developing autonomous parvovirus capsids for gene therapy applications
Robert M. Kotin (Carbon Biosciences, Inc. / University of Massachusetts Chan Medical School, USA)

12:00~1250 SFayEz=r>— Chairs: fEE B (BAERAY S FHREARMA LY I— BEEZHRE)
Takara Bio Inc. MHE B CREEIEHERRR RAAZERZHRA)
Toward molecular cures for the first molecular disease, cell and gene therapies for sickle cell disease
John F. Tisdale (Cellular and Molecular Therapeutics Branch, National Heart, Lung, and Blood Institute, National Institutes of Health, USA)

12:55~13:55  Gene therapy for central nervous system and sensory organ diseases Chairs:2H FEi (ARASASLSESRFRE BEREE)
(PR - RRBRBOBEFEE) RHE RIS (EBArESHRRS)
TILREICTDEREHBIEETREEREEDER
B8 B MRacIavs7/ 4Rat VC Gene Therapy)

14:00~15:20 PIIRX—UE=F— Chair: 18]Il = ERAYERFHRA BET MRAREYT— HFEEEZHH)
1) Reducing the Risk Associated with Manufacturing Adeno Associated Virus (AAV)
Clive Glover (Pall Corporation) Pall Corporation (HAR—)Ut#kX=1t)
2) Scalable Downstream Processes for New Modalities E®F' U7+ ZFLICTISTDRT—STIVIFTJONY SIS T—J0OER
E2AKREE (Cytiva) Cytiva (ZO—/)\)VS4A 7B I AF2./0I—-XI v\ UHAE1)
3) Technical introduction of AAV vector production workflow AAVRZDS—E4ET—J JO—([CRTBEAMD RN
#F BT -7 vIr—PAIITA TV SATFI/OI-XI v UHRR ) Thermo Fisher Scientific (U—EJ74 VI v—HA LT« T V)

15:25~19:40 Genetic Counseling Chair: /M 1878 (RERERENAY #AENZRRE T — BETARTRES)
GE&EzhooEUZT)
B FARICYIT ERNIIEUIT
TE KRR F=HR ESLI1-F1OMRRM)

15:45~16:45 Gene therapy for inborn errors of metabolism Chairs: X1E +1 (mogssERASESSEESH)
(EXURHEEDEEFAER) Bl B GEERKAR F/LERR)
1) Lentiviral Haematopoietic Stem and Progenitor Cell Gene Therapy for Metachromatic Leukodystrophy (MLD): updates on clinical
outcome and future perspectives
Francesca Fumagalli (Pediatric Inmunohematology Unit and Department of Neurology of San Raffaele Hospital / San Raffaele Telethon Institute for Gene Therapy (SR-TIGET) , Italy)
2) Results from ongoing gene therapy clinical trials in patients with Glycogen Storage Disease Type la (GSDla), Ornithine Transcarbamylase (OTC)
Deficiency, and Mucopolysaccharidosis Type llla (MPS llla) and development updates in Wilson Disease and CDKL5 Deficiency Disorder (CDD)
Eric Crombez (Ultragenyx, USA)

16:50~1750 - Special Lecture Chair: [l BE (REAFENSHRN EET ARAREYI— D FEGEEFSH)
(H5RIEE)
Beyond “One disease at a time” : Therapeutic platforms for rare monogenic disease
Philip J. Brooks (Division of Rare Diseases Research Innovation, National Center for Advancing Translational Sciences, National Institutes of Health, USA)

17:50~18:00 Closing Remarks (FI&#&1%) HF B RUEDEABPECFRILESYE BER/ ARAFAZRESRARHERER FARES)
HE RIS (S4EERBHECHRERTAR I A —SL YERSE SIHAPESRES)
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