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THE DISTILLERY

Indication Target/marker/pathway

Pulmonary disease

Respiratory Smoothened (SMO)
distress
syndrome

(RDS)

Summary Licensing status
Mouse studies suggest SMO agonists could Unpatented;

help prevent the side effects of glucocorticoid licensing status not
treatment for RDS in newborns. Glucocorticoid  applicable

use for RDS in human neonates increases the risk
of cerebellar underdevelopment. In mice, a small
molecule SMO agonist decreased glucocorticoid-
induced neurotoxicity compared with vehicle.
Next steps include toxicology studies of

SMO agonists in additional animal models of
glucocorticoid-induced brain injury.

GDC-0449, a small molecule SMO antagonist
from Roche’s Genentech Inc. unit and Curis Inc.,
is in Phase II testing for cancer.

Novartis AG’s SMO antagonist LDE225 is in
Phase II and Phase I trials for cancer.

Infinity Pharmaceuticals Inc’s IPI-926 SMO
inhibitor is in Phase II and Phase I trials to treat
cancer.

Eli Lilly and Cos SMO antagonist LY2940680 is
in Phase I trials to treat solid tumors (see Lev’s
story, page X).
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