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Indication Target/marker/pathway
Cancer
Cancer Isocitrate dehydrogenase 1

(IDHI)

Summary Licensing status

In vitro studies suggest inhibiting oxidative
metabolism could help treat IDHI-mutant
cancers. In human colon cancer cell lines,
heterozygous expression of a loss-of-function
IDHI mutant resulted in greater metabolic
impairment under hypoxic conditions than
expression of either wild-type IDHI or an
IDH2 mutant. In cultured IDHI mutant-
expressing cells, pharmacological inhibition
of oxidative metabolism resulted in more
potent growth inhibition than that seen in
parental cells. Next steps could include testing
therapeutic candidates that block oxidative
metabolism in animal cancer models.

Agios Pharmaceuticals Inc. has the IDH1
inhibitor AG-120 in Phase I testing to treat
cancer.
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