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fMIEMEAYJUST-AAV: n=2, AAV9: n=1
The 32nd Annual Congress of the European Society of Gene and Cell Therapy (ESGCT2025) GOI: H2B-HA, 2.7E13 VG/kg, 4 weeks after admin 1>
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GOI: GFP, 1.0E13 VG/kg, n=4, 2 weeks after admin
The 32nd Annual Congress of the European Society of Gene and Cell Therapy (ESGCT2025) 1. Tabebordbar M, et al., Cell. 2021; 184(19): 4919-4938. e22.
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The 32nd Annual Congress of the European Society of Gene and Cell Therapy (ESGCT2025)

Barcode study (AAV pool was injected)
5.0E12 VG/Kkg iv per each AAV, n=1, 2 weeks after admin 16
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Blood-brain barrier

Contract development and manufacturing organization
Central nervous system

Green fluorescent protein

Growth hormone deficiency

Gene of interest

Intravenous injection

J-Brain Cargo®

Middle East, North Africa and Turkey
Mucopolysaccharidosis

messenger RNA

Named patient supply

Phase |

Phase Il

Phase Ill

Research and development

Viral genome

Year to date
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