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The 8th International Collaborative Forum of Human Gene Therapy for Genetic Diseases

Eﬁﬂ]@%ﬁduﬁﬂ14f¥ﬁ$7j—7A

L 5] RREESERKZEXRE 1 FﬁE 3 Béuﬁ_%(ﬂos 8461 HmBHEXAEHIE 3-25-8)
2 &1 201844 1 A 18 H (%) 10: 00~1800 ..-.'

MEJSOOOF‘?/J‘* ol g1EF

[wEss] B f%;z@mzﬁlzfﬂht/a—d t"
.

— f%fﬁuﬂiﬁ F w‘ﬂxﬁ‘)ﬁ)‘?ﬂmr W57 |

.-_. '.a" .

A LA T -'- e

 FASDEE - RIS
FBOEI 7+ —FLHERE . Bl BZ @ussEsmsty2-)
BB EEHELFREIA—SLRITEER | G B cressmsr sagssENAD)

o YUERIIL . DHEDEEKEDFARIRKTRDME S
Gradual improvements in the motor and cognitive function after gene therapy for patients
with AADC deficiency : 'hNE  ZEMK (maERARNER)
Stem cell gene therapy for primary immune deficiencies in Japan : /NS FHE EunsErmrtr2-)

o YURIIL2. BRERICEDEETFRBAADOBRIK
Development and Application of Stealth RNA Vector : FE E A (18/\rF a4, ELBHEATER
HGF plasmid gene therapy for the treatment of critical limb ischemia : [UEH (7> vz z#tad)
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TaKaRa Bio

o YVRIILS. BAERILEIEEREGEFAROMmEKMTE
bluebird bio, Inc. (Or.GaryFortin) : Interim results from a Phase 2/3 Study of the Efficacy and Safety of Ex Vivo Lenti-D™
Gene Therapy for the Treatment of Cerebral Adrenoleukodystrophy
Orchard Therapeutics (Dr. Jesus Garcia-Segovia) : Primary immunodeficiency (Tentative)
Spark Therapeutics (Dr. Daniel C. Chung) - Investigational Gene Therapy for RPE65-Mediated Inherited Retinal Disease
Pfizer Inc. (Dr.ToruJ.Seo) : Cene Therapy to Drive Transformative Medicine for Intractable Diseases
—Pfizer’s Prospects on Approaches and Challenges Ahead-
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Novel therapeutic approach for the treatment of inherited and metabolic diseases : Bl [RZ @EissESRHEL %)
Current status of gene therapy for inborn error of metabolism : X8 1t GruEsERASEETARHZER)
Gene Therapy for Methylmalonic Acidemia (MMA) and Related Disorders : Lessons from Patients and Mice :
Dr. Charles P. Venditti (National Institutes in Health)
Strategies for Effectively Treating Complex Lysosomal storage Diseases : Dr. Mark Sands (Washington University in St. Louis)
CNS targeted ex vivo gene therapy for mucopolysaccharidoses (Tentative) : Dr. Simon Jones (Manchester University Hospital)
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o FASDE - ZKRE
BRECEFAEFSEER €H R¥ kA
BIEI7+—SLLEERE | KIE T GregssEnAssGETanmED

(ALWEDHLEER) BUREERMELY2— Er2ER VEEESE
E5E . 03-3416-0181, FAX: 03-3416-2222, Email: kosuga-mo@ncchd.go.jp
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