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Development of an AAV-Based Gene Therapy for GM1 Gangliosidosis
T4 Using a Transferrin Receptor Antibody—Fused Enzyme with Markedly
Enhanced Therapeutic Efficacy
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Saki Matsushima, Ph.D. (The Jikei University School of Medicine,
HBRE Division of Gene Therapy, Research Center for Medical Sciences, Tokyo,
Japan)

Long-Term Efficacy and Neuroprotection by Systemically Administered,
B4 CNS-Targeting AAV Capsids in Mouse Models of Neuronal Ceroid
Lipofuscinosis (CLN1 and CLN2)
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FRE Tomoki Hirashima (JCR Pharmaceuticals)
B, AAV Capsid Presenting a Miniaturized Anti—Transferrin Receptor

Antibody Enables Broad CNS, Liver-detargeted Biodistribution
FEFAKE |5 H 15 A (&) 09:15-09:30 (BLHfF(H])
FERFA | NEEFEE No. 427




American Society of Gene and Cell Therapy (ASGCT)

BRI & MG T I 1T 2 FEARHMFAR T, RIS FIRR & MIdiaE o5 R & BRIR
JEM A8 U C, REOREFIC D72 D5k, ik, HBEEZRET L2 L2 flims LTS,
www.asgct.org.

JUST-AAV (22T

R E DR~ & NN Y F—Z R ETE DT TER L FB~D~ 7 2 —DfER %

TR SED X 7y RERERE LIz AAV (77 Btk AV R), 2 0Hiio

R, TJCRJ lUltimate destination of organ| [Safeguarding against off-target delivery |
[Transformative technology] DAL TFAAMHOHKE L, Hix REROIBRIZIGHTE

LR E b O YA A OB TR T 7 v h 7+ — L HF I TH %,

1D

TV AY U — A3 - EFOE S FOMERRE ~, YthoFEITB T 5 RETE R
OMEZHE LD T, LRV U —=RIZEENTWHERY (BT OMmEE
To) ICBT DB MITEMRINE ., EFHNT AL ZEZHNET 550 TIEIH Y 8 A,



https://www.asgct.org/

