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AAV
BBB
CNS
CSF
CTN
EC
EMA
ERT
EU
FDA
GHD

Adeno-Associated Virus
Blood-Brain Barrier

Central Nervous System
Cerebrospinal fluid

Clinical Trial Notification
European Commission
European Medicines Agency
Enzyme Replacement Therapy
European Union

Food and Drug Administraion

Growth Hormone Deficiency
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JBC
MPS
NPS
ODD
Ph |
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PRIME

R&D
TBD

Hypoxic ischemic encephalopathy in neonates
Heparan Sulfate

Intravenous Injection

J-Brain Cargo®

Mucopolysaccharidosis

Named Patient Supply

Orphan Drug Designation

Phase |
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Priority Medicines

Research and Development
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