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Indication Target/marker/pathway
Neurology

Down Smoothened (SMO)
syndrome

Summary Licensing status
Mouse studies suggest agonizing SMO could be ~ Unpatented;

useful for treating neurodevelopmental deficits ~ licensing status not
in patients with Down syndrome. In a mouse applicable

model of Down syndrome, cerebellar and
hippocampal development were compromised.
Perinatal treatment with a Smo-agonizing
compound improved cerebellar and hippocampal
development and performance in motor and
learning tasks. Next steps include mouse studies
to identify the brain tissues most directly

affected by SMO agonists and dose-ranging and
teratogenicity studies.
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