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Severe Toxicity in Nonhuman Primates and Piglets Following

High-Dose Intravenous Administration of an Adeno-Associated
Virus Vector Expressing Human SMN
(HUMAN GENE THERAPY, 2018)
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®CNS delivery of AAV in non-human
primates is associated with
neurodegeneration in the dorsal root
ganglia (DRG), which may be a result of
cellular stress due to high DRG
transduction.

MicroRNA-mediated inhibition of transgene expression reduces
dorsal root ganglion toxicity by AAV vectors in primates.
(Sci Transl Med, 2020)
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