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Development of an AAV-Based Gene Therapy for GM1 Gangliosidosis Using a
Transferrin Receptor Antibody—Fused Enzyme with Markedly Enhanced Therapeutic
Efficacy (Presentation Number: 391)

Presenter: Saki Matsushima, Ph.D. (The Jikei University School of Medicine, Division of
Gene Therapy, Research Center for Medical Sciences, Tokyo, Japan)
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Long-Term Efficacy and Neuroprotection by Systemically Administered, CNS-Targeting
AAV Capsids in Mouse Models of Neuronal Ceroid Lipofuscinosis (CLN1 and CLN2)

(Poster Number: 3460)

Lead Author: Tomoki Hirashima (JCR Pharmaceuticals)
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AAYV Capsid Presenting a Miniaturized Anti—Transferrin Receptor Antibody Enables

Broad CNS, Liver-detargeted Biodistribution (Presentation Number: 427)
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