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July 8, 2002

Dockets Management Branch

(HFA-305)

Food and Drug Administration

5630 Fishers Lane-Room 1061

Rockville, MD 20652

Docket Number: 02N-0152

Dear Sir or Madam:

On behalf of the Epilepsy Foundation, we appreciate the opportunity to comment on the 1998 Pediatric Rule and its relationship to the Best Pharmaceuticals for Children Act. The Epilepsy Foundation is the national voluntary health organization that works for people affected by seizures through research, education, advocacy and service. Close to 60 affiliates across the country provide direct services to individuals and families and work with us in developing policy on issues that affect people with epilepsy. Of the 2.3 million people in the U.S with epilepsy, 30 percent are children under the age of 18.  Seizures and epilepsy can occur at any age, but many consider epilepsy primarily a pediatric disorder because of the prevalence in children and because many adults who have epilepsy experienced their first seizure in childhood.

Prior to the implementation of the Pediatric Rule, children were  “therapeutic orphans”  in pharmaceutical care. Ethical, technical, logistical and scientific barriers hampered studying how medicines used in adults might help infants and children by preventing or treating their diseases and disorders. But significant progress has been made over the last five years toward pediatric drug studies and labeling due to the Pediatric Rule. 

Earlier this year, the FDA proposed to suspend the Pediatric Rule. The Epilepsy Foundation opposed that decision and is concerned that this action indicates the vulnerability of this essential protection for children. 

The dual approach of obtaining critical pediatric data through the Best Pharmaceuticals for Children Act (BPCA) and the Pediatric Rule must not be weakened or diluted.  Instead, the BPCA should be viewed as an enhancement to the Pediatric Rule, not as a replacement.  We believe that all components of the 1998 Pediatric Rule must be preserved, since it is a comprehensive approach to securing pediatric studies.

We offer the following comments and recommendations in response to the Federal Register notice for public comments:

· Fundamentally, retiring or relaxing any authorities currently in the Pediatric Rule is inappropriate and would be to the detriment of children. The Rule has proved successful in securing pediatric studies for new drugs coming onto the market and for drugs that are seeking a new labeled indication.  The BPCA is time limited, voluntary and subject to continuation by Congress. Those facts speak to the need to ensure that the Rule remains in its entirety.

· The 1998 Pediatric Rule is the only mechanism that ensures that biological products will be studied and available for children. No provision of the BPCA applies specifically to biological products. 

· It is necessary for the FDA to establish a mechanism for reporting the outcome data of all pediatric studies requested through the BPCA or required by the Pediatric Rule. All studies, even if they do not yield labeling,  should be available in the public domain.

· Because the BPCA is subject to continuation by Congress and future reauthorization is not guaranteed, it is necessary for the FDA to make it clear that the Pediatric Rule applies to all labeled and potential indications as well as to new indications.  If a company submits a supplemental indication to the FDA, it invokes the Rule. It is important that appropriate pediatric studies be conducted for that new use; and if the current label lacks appropriate pediatric use information (e.g. for neonates) the FDA should also include in their requirement for pediatric studies of the new indication, any pediatric studies that may be needed for the currently labeled or potential pediatric indications.

· Appropriate formulations are an essential component of providing medications for the pediatric population. It is a requisite for studies in infants and younger children to develop age appropriate formulations, if necessary. Failure to require needed formulations for specific age populations negates the intent of the BPCA and the Pediatric Rule.

· There are differing criteria for invoking the BPCA or the Pediatric Rule as they relate to requesting pediatric studies.  The BPCA uses a broad “may produce health benefits” standard.  However, the Pediatric Rule states that if the product is likely to be used in a substantial number of pediatric patients or would provide a “meaningful therapeutic benefit to pediatric patients over existing treatments” then drugs and biological products may be required to be studied for safety and effectiveness. We believe that children and adolescents would benefit by having the broader definition of “may produce health benefits” apply to the Pediatric Rule, because that would encompass more drugs and biologic products for their use.

Again, we appreciate the opportunity to provide comments on how the Pediatric Rule and Best Pharmaceuticals for Children Act can be integrated.  It is critically important that all components of the Pediatric Rule be retained to ensure pediatric studies.  

If you have any questions, please do not hesitate to contact me.

Sincerely,

Julie Ward

Senior Director of Government Affairs
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