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Abstract

Rhabdomyosarcoma is a rare cancer and multi-institutional clinical trials are required to improve prog-
nosis. Clinical information and samples from these trials enable researchers to conduct translational research-
es which are useful to improve prognosis. Novel risk stratification which incorporates PAX3-FOXO1 fusion
gene is introduced in clinical trials of Children’s Oncology Group (COG) and European pediatric Soft Tissue
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Sarcoma Group (EpSSG) after molecular analyses of samples from past clinical trials of these groups. In

JRSII clinical trials of Japan Childhood Cancer Group rhabdomyosarcoma committee, circulating

microRNA quantification is underway as exploratory endpoint and the feasibility of incorporating circulating

microRNA into risk classification will be assessed. Novel therapeutics is required to improve prognosis.

Irinotecan, vinorelbine and mTOR inhibitor are novel agents which are developed through clinical trials of

COG and EpSSG. In Japan, clinical trials of WT1 peptide vaccine is ongoing for high risk rhabdomyosarco-

ma patients in complete remission after standard therapy. Translational researches on rhabdomyosarcoma

will be reviewed from a viewpoint of pediatric oncologist in this manuscript.
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