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Indication Target/marker/pathway
Neurology
Huntington’s ~ Huntingtin (HTT); ataxin 3

disease (HD) (ATXN3)

Summary

In vitro and mouse studies identified peptoids
that bind polyglutamate repeats and could
help treat HD. A screen of 60,000 peptoids,
which are oligomers of N-substituted glycines,
identified a lead peptoid that bound to HTT
and ATXN3 proteins carrying expanded
polyglutamate repeats. In a mouse model of
HD, brain infusion of the peptoid decreased
HTT aggregation and improved motor
performance compared with vehicle control.
Next steps include increasing peptoid blood
brain barrier permeability.
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