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Clarification of mechanisms for inhibition of retinoblastoma growth by CEP-1347
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Retinoblastoma is the most common pediatric intraocular malignancy. Although
retinoblastoma has become one of the malignant tumors with a good prognosis due to the development

of various treatment methods, the rate of eye preservation in severe cases is still low. In
addition, chemotherapy and radiotherapy involve the risk of secondary cancer development, and novel
therapies that are safe and preserve visual function are strongly needed.
The present study revealed that CEP1347, a drug developed for the Parkinson®s disease, has a potent
growth inhibitory effect on retinoblastoma cells in which p53, a representative tumor suppressor
gene, is wild-type and the MDM4 gene, a p53 suppressor gene, is amplified.
Furthermore, we found that one of the molecular mechanisms of the inhibitory effect of CEP1347 on
retinoblastoma cells is the activation of p53 by suppressing MDM4 expression.
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