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ARTICLE

A retrospective, multinational, multicenter study on the natural history of infantile-onset Pompe
disease. Journal of Pediatrics, 2006, 148, 671-676.e2.

Minimizing Patient Burden Through the Use of Historical Subject-Level Data in Innovative
Confirmatory Clinical Trials: Review of Methods and Opportunities. Therapeutic Innovation and
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Reducing Patient Burden in Clinical Trials Through the Use of Historical Controls: Appropriate
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