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ABSTRACT

SPK-10001 AAV-based microRNA mediates non-allele specific reduction of HTT mRNA through
RNA interference, demonstrating its potential for further preclinical development.
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> High SPK-10001 vector loads used in pilot studies were associated with behavioral (mice) and histopathological (mice and
NHPs) adverse events

> These data support further preclinical development of SPK-10001
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