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09:15-10:15

Genome Editing Session
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1. “Molecular mechanism of CRISPR and structure-based development
of genome editing tool toward medical applications™
WA B (ERAZ)

2. “Therapeutic potential of genome editing for genetic disorders”
Al W EIREERMEL %—)

3. “Regulatory Aspects of gene therapy by gene editing tool”
WO @3 (B45%RAY  SRIEXY)
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1. “Gene silencing in Huntington's disease”
Sander van Deventer (uniQure)
2. “Advances in ex vivo lentiviral gene therapy for Fabry disease”
Nerissa Kreher (Avrobio)
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“Gene transduced cell manufacturing and cell processing facility”
WA B (2131 AHREH)

13:00-14:00

Novel Newborn Screening for Genetic Diseases
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1. “Newborn screening for lysosomal storage diseases”
Bl RZ EIREERHE L 4—)

2. “Newborn screening for X-linked adrenoleukodystrophy™
HIR B— EIRBERAE L 2—)

3. “Newborn screening for spinal muscular atrophy”
BE AKX (BEEREAS)

14:00-15:00
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1. “Pfizer perspectives on gene therapy
~Now and future to drive transformation for healthier world~"’
B BF (771 ¥—RDAFESH)

2. “Preclinical assessment of valoctogene roxaparvovec (BMN270)”
Gordon Vehar (BioMarin)
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“Regulation of neural crest fate specification for

:
regenerative medicine” {
Ronald J. Parchem (Baylor College of Medicine) E

15:30-15:40
Coffee Break
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1. “AVXS-101 gene replacement therapy in spinal muscular atrophy™
Douglas M. Sproule (Avexis)

2. “Shire’s liver-targeted AAV gene therapy platform

to tackle monogenic rare genetic diseases” <
Friedrich Scheiflinger (Shire) Py

16:40-17:30
Invited Lecture Il
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“Advancing gene therapy strategies for genetic diseases:
ex vivo gene editing of hematopoietic stem cells and

liver-directed gene transfer”
Luigi Naldini (San Raffaele Telethon Institute for Gene Therapy)

Coffee Break

17:40-18:10
Evening Seminar
% KA fh— Eiss - sEERMEE> %)

“Recent advances of lysosomal storage

diseases-Toward to gene therapy”
AN BN GRRERMEFT EREESERKAY)

18:10-18:30
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