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Does pre-symptomatic treatment with a GT rescue relevant disease We explored the administration (ICV) of a novel AAV GT in STXBP1 transgenic mice and
symptoms in a mouse model of STXBP1 haploinsufficiency? measured the impact on disease symptoms up to 6 months
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e= CONCLUSIONS

AAV GT administered at PND1 via ICV in STXBP1 haploinsufficient mice enables widespread STXBP1 expression and rescues disease phenotypes,
supporting its potential as a disease modifying therapy

Efficacy of neonatal presymptomatic AAV GT in STXBP1 transgenic mice
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