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Disease models

Induced pluripotent 
stem (iPS) cell model for 
Timothy syndrome

A study in cell culture suggests patient-derived iPS cells could help 
identify therapies for Timothy syndrome, a form of autism spectrum 
disorder. Neuronal precursor cells derived from iPS cells from patients 
with Timothy syndrome displayed abnormal gene expression including 
higher levels of the dopamine-synthesizing enzyme tyrosine hydroxylase 
(TH) compared with neurons derived from healthy control iPS cells. 
In the precursors, the racemic form of roscovitine, an inhibitor with 
multiple targets, decreased TH expression compared with vehicle. Next 
steps could include screening for additional compounds that modify 
Timothy syndrome–associated biomarkers. 
Cyclacel Pharmaceuticals Inc. has Seliciclib (R-roscovitine) in Phase II 
testing for non–small cell lung cancer (NSCLC) and nasopharyngeal 
cancer.
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