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ABSTRACT
Comparative effectiveness research (CER) in the pediatric population lags behind such research in adults.  This is particularly true in pediatric dermatology, a specialty that cares for many rare diseases.  Many, if not most, of the clinical trials being performed in pediatric dermatology are pharmaceutical sponsored and often address common skin disorders such as acne and atopic dermatitis.  While many such studies are done and the FDA has rigorous requirements of the pharmaceutical companies, it does not require comparison to alternative therapies, and few true CER studies are done in the specialty.  In addition, there are many FDA regulatory changes written to protect children by requiring safety and efficacy data on drugs used in this population.  Despite this, studies in pediatric dermatology comparing the clinical efficacy and cost-effectiveness of alternate therapies or procedures are lacking.  This may be partially due to lack of funding and support.
The work done by the Hemangioma Investigator Group (HIG) will be presented as a framework for effective collaboration and research.  The HIG was formed in 1999 by a group of pediatric dermatologists with similar interests in infantile hemangiomas (IH), and since its formation, has published 17 scientific papers.  Prior to their work, little prospective research had been done on IH.  The group initially performed a multicenter prospective study of more than 1000 patients with IH to define the demographic and clinical features of affected children.  Next, the children with complicated subtypes of IH including large facial, multifocal and lumbosacral hemangiomas were further studied.  After identifying and defining these at risk groups, clinical trials were designed.  Of note, members of the HIG received an NIH Challenge grant to develop outcome measures, a severity scale and quality-of-life instrument for use in these trials.  Clinical trials being performed by group members for complicated infantile hemangiomas include a Phase II clinical trial assessing the efficacy and safety of oral prednisolone vs. vincristine and a planned multi-institutional Phase III clinical trial to determine the safety and efficacy of combination therapy of prednisolone plus propranolol vs. propranolol alone for complicated infantile hemangiomas.  In addition, many group members are involved in the phase II/III multicenter collaborative prospective trial comparing propranolol to placebo.   
