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FDA estimates that pediatric studies are needed for approximately 10-15 products per year that
would not otherwise have been studied in children. This figure includes an estimated 10-13 new
drugs and biological products and two already marketed products.

Status of pediatric 1991 | 1992 | 1993 | 1994 | 1995 | 1996 | Total
labeling/studies for NME's
approved in 1991-1996

Total mumber of NME's 30 25 25 22 28 S3 183
approved '

Those with potential use in
children (pediatric studies 16 14 14 15 14 40 113
needed)

Label included some pediatric |

: tion or pediathi 9 4 . 6! S 15 44
s ompie sttt | (s6%) | (%) | Géw) wow | cew | 6 (6o

approval (as a percent of
NME's needing pediatric
studies)

Post-approval pediatric 7 10 102 163 fo? 17 64
studies promised or requested

Pediatric labeling added after 1 0 1 0 0 0 2
approval

REGULATORY STRATEGY

The absence of adequste pediatric labeling continues to pose a significant public health issue.

" New approaches to the problem are needed. Financial incentives may be successful in generating
pediatric labeling for some drugs, but there is no assurance that such incentives will
work since they would leave it up to the manufacturer’s discretion to conduct the
studies. In addition, FDA's experience shows that 3 significant minority of manufacturers
conduct needed pediatric testing without financial incentives. Providing exclusive: marketing
rights to companies that would have conducted pediatric studies without incentivi:s may impose

' In one case, pediatric use information provided for one of twa approved indi:ations. .
?In one case, pediatric data requested for second of two approved indications.

3 In one case, pediatric data requested for additional age groups.
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FDA PROPOSES TO REQUIRE PEDIATRIC DATA
PRIOR TO DRUG AND BIOLOGIC PRODUCT APPROVALS

FDA has proposed a rule to provide physicians with more information on using new drugs
in children.  Published in today's Federal Register, the propgeed rule'wequld require
pediatric-use data for any medicine which may offer improved}treatment fd'c ildren over existing
therapies.

For drugs that are already marketed, this regulation alsp would codlfy yDA's authority to

require, in compelling ci stances, that manufacturers conduct studies to syfpport pediatric-use
labeling for the approvMﬁ !
Despite FDA efforts in recent years, many pres escribed for

children have labeling that states the safety and effectiveness in children has t been established.
Without adequate information, physicians may be reluctant to prescribe certaj drugs for their

pediatric patients, or they ?emnhgmcm.mppmpmu_&amm children may be
exposed to an increased risk o orugs, or they

may be denied access to valuable therapeutic agents.

—Foday's_ proposal would require data that could then be put on a drugjs label to help
pec!atncnans a‘hﬁmage providers make weatment decisions based on scientific
information aimed at their patieft population.

4 "Kids deserve the same pccess to newly developed drugs that their pprents get," said

Donna E. Shalala, secretary of Health and Human Services. "With this proposal, we will have the
power to ensure pediatricians and other health care providers who treat chilfiren have the best
scientific information available on which to base their medical decisions." = o

e RE ATUg 12D<1s donop include pediatric information, health viders are forced to
play a guessing game and may ot properly dose their patients," said Michael A. Friedman, M.D.,
FDA lead deputy commissioner. "Not only does this mean sick kids sometimes donl.gat.helter,
but they also have the potential to get worse as a regylt of ugexpected gdygrse.events.”

The proposed rule would allow post-approval submission of pediatric data if FDA had

safety cohsgms about testing the drug
on children pndrteg

Likewise, the requirement could be watved 1f:

. FDA found that the product was likely to be unsafe or ineffective in pediatric
patients

. that pediatric studies were impossible or highly impractical

. that reasonable efforts to develop a pediatric formulation had failed.

FDA invites written comments'on the proposal from the public and industry, which may be
submitted to the Dockets Management Branch, HFA-305, Food and Drug Administration, 12410
Parklawn Drive, Room 1-23, Rockville, MD 20857. The closing date for comments is Date,

1997. All comments received will be reviewed and considered by the agency in developing the
final rule.
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PEDIATRIC LABELING Qs and As

1. Why are you doing this now?

Despite eftorts in recent years to address this issue, most drugs still lack adequate pediatric
labeling.

2. Can't you achieve the same effect through voluntary compliance?
That has been the primary approach taken thus far. However, voluntary efforts have not

substantially increased the number of products entering the marketplace with adequate pediatric
labeling.

3. Have children been at risk in the past?

The lack of adequate pediatric labeling has resulted in the use of many products that have only
been tested for adults, causing an increased risk of inappropriate and unexpected adverse effects.

Also, sometimes useful drugs not have been used in children because their effects in kids were
uncertain..

4. How many drugs that are commonly used in children lack this data?

FDA estimates that one-half of the drugs approved in the past five years that had potential
usefulness in kids had no pediatric labeling at the time of approval.

5. What kinds of drugs are commonly missing this pediatric data?

Drugs such as anti-asthmatics, steroids, drugs to treat gastrointestinal problems, strong pain
medications, antidepressants, and antihypertensives commonly lack appropriate pediatric labeling.

6. What do doctors do when they don't have this information?

Many physicians rely on referenced pediatric handbooks for dosing and use information. Others

are reluctant to prescnbe certain products to children without adequate pediatric labeling on the
product.

7. What drugs now have the best pediatric data?
Vaccines and antibiotics are the most adequately labeled drugs for children.
8. Why haven't companies provided this information in the past?

Some companies do provide this information, however, pediatric labeling has not been required
until now. Lack of familiarity with pediatric studies, need for a pediatric formulation, and cost
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may account for the lack of adequate pediatric information.
9. How much will this cost drug manufacturers?

The costs of pediatric studies will be less than 1% of the total costs of developing a drug. FDA

estimates that the total annual industry costs will be less than $20 million per year (for a multi-
billion dollar industry).

10. Will drug prices increase as a result of this regulation?

Because the cost of pediatric studies to manufacturers is expected to be small, it is anticipated that
i there will be little or no price increases to patients

11. Does this regulation cover all drugs?

’ It covers all drugs that are widely used in, or important to, children.
12. Will this requirement hold up drug approvals?

No, the proposal allows for postapproval submission of pediatric data if concerns about pediatric
testing arise prior to approval. Additionally, the requirement may be waived in certain cases.

13. How will these waivers work and won’t they make the regulation meaningless?

The waivers are only intended to be used in those cases in which the drug would not be widely
used and would not represent a meaningful benefit over existing treatment or where the study(les)
are impossible or highly impractical or pose undue risks to pediatric patients.

14. Why doesn't it cover medical devices? Do we not have this kind of problem with medical
device pediatric data?

Once the agency gains experience in requiring pediatric studies for drugs and biologics, it may
decide to require them for devices.

15. What kind of improvement can we expect in our childrens' health as a result of this
regulation?

We expect safer and more effective medicines for children. The primary benefits expected are the
reductions in avoidable adverse drug reactions and under or over treatments that would result

from better informing health care practitioners about whether, and in what dosages, a given drug
was safe and effective for use in children.

16. When will this regulation go into effect?

There is a 90 day period for comment on the proposed rule after which the agency will evaluate
and respond to the comments and publish a final rule. The final rule will take effect 2 years after
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issuance for new drugs. For drugs already on the market, 3 months after issuance, the agency in
compelling circumstances may request that pediatric studies be imitiated.

17. What kind of "legal action" can FDA take to force companies to provide this data on
approved drugs?

FDA can go to court and ask the court to require the company to comply with the regulations. If
the company does not comply, the court can impose penalties.

-

18. Would pediatnc study participants' lives be at risk without having all the adult data from the
start?

Pediatric participants are not enrolled in studies until enough data on the drug have been obrtained
so that the risk to the pediatnic participants is low



