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Ganglioside GM1 
(GM1) for Huntington’s 
disease (HD)

Mouse studies suggest the lipid GM1 could be useful for treating HD. 
Previous studies showed that patients with HD and mouse models of HD 
had lower levels of GM1 than healthy controls. In a mouse model of HD, 
intraventricular perfusion of GM1 increased both levels of neurotransmission 
biomarkers and motor function compared with vehicle perfusion. Next steps 
include conducting preclinical toxicology studies and developing a method to 
deliver GM1 in the periphery.
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