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Background: Desmoid tumors describe a rare monoclonal, fibroblastic proliferation 

characterized by a variable and often unpredictable clinical course. Surgery is the therapeutic 

mainstay for progressing patients, except if mutilating and associated with considerable function 

loss. For advanced disease different treatment approaches have been investigated and promising 

results could be demonstrated using imatinib. Methods: Therefore, we initiated a phase II trial 

within the GISG evaluating imatinib to induce progression arrest in desmoid tumor patients not 

amenable to surgical resection with R0 intent or accompanied by unacceptable function loss 

(NCT01137916). Major eligibility criteria were a histological confirmed desmoid tumor showing 

progressive disease according to RECIST 1.0 within six months. Patients were treated with a 

planned dose of 800 mg imatinib daily over two years. Primary endpoint was the non-

progression rate after six months of treatment. Eleven out of 37 evaluable patients would be 

necessary to conclude a positive study result. Accrual started in July 2010 in five GISG centers 

and finalized in September 2013. Results: The final analysis for the primary endpoint showed 

that 24 out of 37 evaluable patients were progression-free at six months of imatinib treatment 

and reached the primary endpoint. Response assessment after six months revealed one partial 

response (3 %) and 23 stable diseases (62 %). Out of the 13 patients counted as non-successors, 

ten patients had documented disease progression (27 %). One patient terminated due to toxicity 

and there were two study withdrawals. Conclusion: With a 65 % progression arrest rate at six 

months after start of treatment, imatinib clearly exceeded the primary endpoint in this GISG trial 

encouraging further investigation of imatinib in this histology. Follow-up will continue until the 

end of the two years treatment duration. 


