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Dear Sir or Madam: 

As a pediatrician Iwho cares for infants and children every day, I welcome the opportunity to comment on the 
rsiationship between the 1998 Pediatric Rule and the Best Pharmaceuticals for Children Ac;r (P-L. 107-109). As 
a f%&nber of the American Aca&my of Pediatrics [#AP), I know that the AAP has’advocated ‘for appropriate@ 
tested and labeled medications for infants, children and adolescents for over 40 years. Securing safe and 
appropriate dru= yJ for use by children has had a long and laborious history. 
pediatric drug studies and” labeling has been made over tlie last five years. 

Significant progress toward 

A dual approach to obtaining essential pediatric data was instituted in the late 1990’s This approach combines: 
I) incentives for voluntary studies of drug safety and dosing by industry (extended in January 2002 in the Best 
Pharmaceuticals for Children Act [BPCA]); and 2) a regulation requiring pediatric stitdies of new drugs and 
some already marketed drugs, known as the Pediatric Rule. 

In March 2002 the FDA proposed to suspend the Pediatric Rule. While this proposal was reversed, this 
action indicates that children are at risk of losing the ground we have fought so hard to secure for them. 

The Pediatric Rule ensures that children are no longer a therapeutic afterthought by the pharmaceutical 
industry. It is an essential and successful tool in ensuring that children have the quality and quantity of 
drugs they need. All new drugs must be studied for pediatric use at the time a drug comes to market 
unless the FDA grants a waiver. This makes medications for children a certainty, not an option and puts 
children on a levei playing field with adults for the first time. 

I believe that & components of the 1998 Pediatric Rule must be preserved. It is a comprehensive approach to 
s&Wng pediatric studies, FDA,has not’jlet invoked all the provisions of the Pediatric Rule; however, together 
t&y .weave a safety netfor &ildfen:to ‘ensure that children have appropriate”drugs ti&~bl&for’ th&iise:~ I 
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l Ret i r ing o r  re lax ing any  author i t ies current ly in  the Pediat r ic  Ru le  is inappropr ia te  a n d  wou ld  b e  to the 
det r iment  of chi ldren.  It must  a lways b e  kept  in  m ind  that B P C A  is time- l imi ted,  vo luntary a n d  subject  to 
cont inuat ion by  the Congress .  Those  facts speak  direct ly to the n e e d  to ensu re  that the Pediat r ic  Ru le  
rema ins  in p lace  in its entirety. 

l Not ing aga in  that the B P C A  is subject  to cont inuat ion by  Congress  a n d  that future reauthor izat ion is 
uncerta in,  the Pediat r ic  Ru le  shou ld  mir ror  the scope  of the B P C A  a n d  app ly  to al l  l abe led  a n d  potent ia l  
indicat ions as  wel l  as  n e w  indicat ions. If a  company  submits  a  supp lementa l  ind icat ion to the FDA,  it 
invokes the Pediat r ic  Rule.  It is impor tant  that appropr ia te  pediatr ic  studies b e  conduc ted  for that n e w  use;  
a n d  if the current  labe l  lacks appropr ia te  pediatr ic  use  in format ion (e.g., for neona tes )  the F D A  shou ld  a lso 
inc lude in their  requ i rement  for pediatr ic  studies of the n e w  indicat ion, any  pediatr ic  studies that m a y  b e  
n e e d e d  for the current ly l abe led  or  potent ia l  indicat ions. 

l In de termin ing  the process of w h e n  pediatr ic  studies a re  conducted,  the F D A  shou ld  rely o n  the deta i led 
process for request ing  pediatr ic  studies of a l ready  marke ted  d rugs  a n d  secur ing  labe l ing  that is out l ined in 
the B P C A . 

e  It is essent ia l  that the Pediat r ic  Ru le  rema in  in  p lace  because  it is the on ly  mechan i sm that ensures  that 
b io log ica l  products  wil l  b e  s tud ied a n d  ava i lab le  for chi ldren.  N o  prov is ion of B P C A  app l ies  specif ical ly to 
b io log ica l  products  s ince the legis lat ion focuses o n  d rugs  covered  by  the Food,  D rug  a n d  Cosmet ic  Act 
(FDCA)  a n d  the vast major i ty  of b io logics a re  covered  unde r  the Pub l ic  Hea l th  Serv ice  Act. Moreover ,  
s o m e  of the most  innovat ive n e w  therap ies n o w  a n d  in the future a re  b io log ica l  products,  wh ich  a re  not  
covered  unde r  B P C A . 

l Appropr ia te  formulat ions a re  a n  essent ia l  componen t  of p rov id ing  medicat ions for the pediatr ic  popula t ion.  
It is a  requis i te for studies in  infants a n d  younge r  ch i ld ren to deve lop  a g e  appropr ia te  formulat ions,  if 
necessary.  Fa i lure  to requ i re  n e e d e d  formulat ions for specif ic a g e  popu la t ions  nega tes  the intent of the 
B P C A  a n d  the Pediat r ic  Rule.  

l B P C A  limits its re ference to “recommenda t i on” for formulat ion changes  on ly  to studies comple ted  unde r  
publ ic  contract. This prov is ion was  inc luded to acknow ledge  that once  a  formulat ion is deve loped  in the 
study phase,  wh i le  it m a y  b e  necessary  to m a n u facture that formulat ion,  it m a y  not  a lways b e  poss ib le  to 
scale u p  the formulat ion for distr ibut ion to the genera l  publ ic.  

Thank  you  for your  cons iderat ion of these comments .  

Sincerely,  

Assoc iate Professor  a n d  Div is ion Director 
Pediat r ic  Infect ious D isease a n d  Im m u n o l o g y  
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