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Lay Summary:

A drug derived from vitamin A called isotretinoin is being used to treat the pediatric
cancer neuroblastoma. Although the drug can cause cancer cells to change to non-
growing, non-cancerous cells, such a response requires high drug levels. Some patients
have low levels of drug, perhaps because of how it is given to young children, and
perhaps because of genetic factors of patients. During the current study, we found that
patients who are older than 18 months of age survive longer if the levels of the drug and
the drug break-down product are higher. Our study is the largest study showing the
actual relationship between the drug levels and the survival of patients in neuroblastoma.
While we were conducting experiments and analyzing patient data, we also studied on
why some neuroblastoma. We found a new molecule called c-MYC is responsible for the
resistance. In this study, we will study how c-MYC is increased in some neuroblastoma
cells, and how we can treat those neuroblastoma cells to decrease c-MYC so that
isotretinoin can stop neuroblastoma cells from growing. When we successfully complete
the study, we will have a new target for neuroblastoma patients who do not respond to
isotretinoin patients, and we can search for a drug that affects the target.



