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One Hundred Seventh Congress
of the
United States of America
Bagun and held at the City of Washington on Wednesday,
the thirg day of January, two thousand and one
Art Ast

To amend the Federat Food, Drug, and Cosmetic Act o improve the safely and effinacy of
pharmgoeutivale for chiidren.

Be # enaciad by the Senale ang House of Repressotalives of the United Stales of Americs
in Congrass assembied,

SECTION 1. SHORT TITLE.
This &ct may be cited as the "Best Pharmaceuticals for Chifdren Act,

SEC. 2. PEDIATRIU STUDIES OF ALREADY -MARKETED DRUGS,
Section S05A of the Federsl Food, Drug, and Cosmetic Act (371 U.8.0. 385a) is smended-

{1} by siriking subsaction{b); and

{2} In subsecton (¢
{A) by inserting affer “the Secratary’ the following: “detarmings
et information tedating o e use of an approved drug in e
pediatric papulation may produce health bensfits in that
pogwigtion and’; s

{8} by siriking “cosiceming s drog lentified in the Bst desoribed
i subsactio (BY.

SEC. 3. RESEARCH FUND FOR THE STUDY OF DRUGS.
Pari B of fitle IV of the Public Health Sarvice Act (42 U 8.C. 284 ¢t s8q.} is amended—

{1} by radesignating the second seclion 403G, relating 1o clinical research (42
L85, 284K), as section 4086,

{23 by redesignating the second section 4080, relating fo enhancement
awards (42:U.8.C. 2841}, gs sedtion 408H; and

{3} by adding at the end the following:

SEC, 408 PROGRAM FOR PEDIATRIC STUDIES OF DRUGS.
{a) LIST OF DRUGS FOR WHICH PEDIATRIC STUDIES ARE NEEDED-
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Begt Pharmaceuticals for Children Act

1) IN GERERAL- Not later than one year afier the date of enactment of this
suction, the Recretary, acling through the Director of the National institutes of
Heaith and iy consuitation with the Dommissioner of Fooid and Drugs angd
experts in pediatric research, shall davelop, priorilize, and publish an annyal
fiat of wwoved drugs for which~

(A3} there is an approved application under section BR&() of
the Federal Faod, Drug, and Cosmetlc &t (21 U.S.C. 3580

(i) there is 2 submitted application that could be approved
under the oriteria of section 5051 of the Feders! Food, Drug,
and Cosmetic Act (21 U.S.C. 385840

"fhiy thete I8 no patent protection or market exclusivity
protection under the Feders! Food, Druy, and Cosmatic Aot {21
UE.C 301 et seq.) or

v there s a referral for Inclusion on e list under section
SOBAGNAHT) of the Federal Food, Drug, and Cosmelic Act {21
U.8.C. 358a(d)diC)) and

(8} inthe case of 3 drug refered to in clause d3, (), or (i} of
subparagraph (A}, gdditional studiss are needed 10 gssass the
safely and effectiveness of the uss of the drug o the pediatdn
population,

(2} COMNSIDERATION OF AVAILABLE INFORMATION- In develaping and
privntizing the list under paragraph {1}, the Secrelary shall consider, for ench
drug oy the st~

YA rthe availabiily of information conterning the safs and
sffsctive use of the drag in the pediatic population

By whether addifiong infiormation 1S needsd;

{Giwhether new pedialiic studies concerning the drug may
produce hesith benefils in the pediglric population; and

{1 whether reformutation of the drug is necessary.

) DONTRAGTS FOR PEDIATRIC STUDIES- The Secrsiary shall award contracts fo
sniities that have the expertise 1o conduct pediatvic clinleal rials {inchuding qualified
universities, hospitals, laboratones, contract ressarch organizations, faderally fundeyd
rograrns-such as pediagtic pharmasology rasearch unils, other public or privats
insiftutions, or individuals) 10 enable the enties o conduct pediatric studies Soncarning
one ormore drugs identified in the list described in subsection &)

o) PROCESS FOR CONTRACTS AND LABELING CHANGES-
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1 WRITTEN REQUEST TO HOLDERS OF APPROVED APPLICATIONS
FOR DRUGS LACKING EXCLUSIVITY- The Commissioner of Food and
Drugs, in consyitation with the Director of the Mations! iIngtitutes of Health,
may ssue g writlen requssd fwhich shall Inchude s imefranie for negotiations
for an agreesnant) for pediatric studies Sonceming a drugidentified in the fist
described i subsection (a} 1 {A) (except clause liv) te gl holdars of an
approved application for the drug under section 508 of the Federal Food,
Drug, and Cosmetic Aot Such s wrilten request shall be mude in o manngs
eguivatent to the manner in which & written request is niade under subsection
{a) oy ) of sention S05A of the Federal Food, Dirug, and Cosmatic At
including with respect fo infurmation provided o the pedintric atdies to be
sorsductad pursuant o the reguest
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Hest Pharmacenticals for Children Aet Page 3 of
(23 REQUEBTS FOR CONTRACT PROPOSALS- I the Conwniasionar of

Food ang Drugs does not receive 8 rasponse (o 3 wiitten request issusd

under paragraph (1) within 30 days of the date on which g request was

issued, or f 2 referral desonbed in subsection {(a)(1)A)v) is made, the

Sacratary, acting through the Director of e Nationa! Institutes of Health and

in consultation with the Commissioner of Food ang Drugs, shall publish &

raquest for conlract proposals o conduct the pediatric studies described in

this written requsst.

{3} PISQUALIFICATION- A holder that receives a first nght of refusal shall
not e entitled 1o respond o a reguest for contract proposals under
paragraph 2},

(4) GUIDANCE- Not later than 270 days after the date of enaciment of this
saction, the Comnissioner of Food and Drugs shall gromuigate guidance to
estalilih the process for-the subimiasion of responses to weitlen requests
under paragraph {1},

£5) SONTRACTS- A contract under this section may be awarded only if g
proposal for the conlragt s submitied (o the Secratary in such form and
migier, and containing such agresments, assuranves, and information as
the Secretary delermines to be necessary o carry out this section.

(B8} REPORTING OF STUDIES-

A) IN GENERAL- On completion of a pediatric studyin
ancordance with & conlract awarded under this section, a report
corerning the study shalf be submitied to'the Direstor of the
Mationagl Institutes-of Health and the Commissioner of Footd and
Lrugs. The report shal inchude sl dam ganarated in connaction
with the study.

B} AVALLABILITY OF REPORTS- Each repott submitied
under subgaragragh (A shall be considered 10 be in the public
domain {subject & section S0SAMIEXDY) of the Federal Food,
Drug, and Cosmelic Aot {21 U.S.C. 388a(d¥4¥D ) and shall be
assigned & docket number by the Commissionsr of Food and
[rugs. An intsresied person may submit wrilten conwnenis
concering such pediatic studies 1o the Commissioner of Food
andd Drugs, and the wiillen comiments shall became part of the
docket i with respect 1o agch of the drugs,

HOYACTION BY COMMISSIONER- The Comrnlasionsr of
Fond and Drugs shall take spproprigle action in response o the
reporis submilted under subparagraph (A} in accordance with
paragraph (71

(T REQUESTS FOR LABELING CHANGE- During the 180-day pariod after
the date on wiich & repor! is submitted under paragraph (G)(A} the
Commissioner of Food and Drugs shali-~

“{AY revieye the raport and such other date ag gre availahis
concarming the safe and sffective use in the pedishic
popdation of the drig studied,;

(B} negotials with the holders of approved apglications for the
drug studied for any labsling changes that the Commissioner of
Food ared Brugs determines to be sppropdate and requests ths
holders o make; and

O place in-the public docket fle a copy of he report and of
any requesied iabeling changses, and
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Rest Pharmacenticals for Children Act Pagedof 1
‘(i) publish in the Ferleral Register a summary of the report and
a cony of any requesied iabeling chunges.

(8} DISPUTE RESDLUTION-

AY REFEREAL TO PEDIATRIC ADVIBORY
SUBCOMMITTEE OF THE ANTHINFECTIVE DRUGS
ADVISORY COMMITTEE- I, not later than the end of the 180-
day periond specified in paragraph (¥}, the holder of an
approved application for the drug involved doss not agres to
any labeling change requsstad by the Comirdssioner of Food
and Dirugs urdar thal paragraph the Commissionsgr of Food
and Drugs shall refer the requsst to the Padialric Advisory
Bubrommittae of the Anti-infective Dirugs Advisory Commiitee.

B} ADTION BY THE PEDIATRIC ADVISORY
SUBCOMMITTEE OF THE aNTHNFECTIVE DRUGSE
ADVIRORY COMMITTEE- Mot later than 90 days after
recetving a referral under subparagraph (4, the Padiatiic
Advisory Subommities of the Anti-infective Drugs Advisory
Commiitee shall~

(i} raview the available information on the safe
ang effactive use of the drug in the padiainic
popuistion, inchuding study reporty submitted
under this section; and

‘i) make 8 recommendation to the Commissionar
of Food and Drugs as to appropriats abeling
cheerges, if any,

{9) FOA DETERMINATION. Mot laler than 20 days after receiving s
recammandation from the Padiglric Advisory Subnormmities of the Anti-
infective Drugs Advisory Commitles under paragraph (BB withrrespect o
adrug, the Commissioney of Food and Drugs shafl consider the
recommendation and, ¥ appropriale, make o request to the hoiders of
approved applicaions for the drug o make any labsling change that the
Commissionar of Food and Drugs determines tbe gppropriate,

{10 FARLURE TO AGREE- ¥ 5 holder of an approved application for a drug,
within 38 days affer recelving a requast o make a labeling thange under
paragraptt (2), doss not agree 1o make g requested iabsling change, the
Cormigsicner may degin the drug to be misbrandad under the Federal
Food, Drog, and Cosmetic Act (21 U.B.C. 301 stseq.)

1L NG EFFECT ON SUTHORITY- Nothing iIn this subsection limils the
aulhority of the Uniled States o bring an enforcemant action under the
Federal Food, Prig, and Cosmetic Act when g drug lacks appropriate
pediatri labeling. Nedther course of action {the Pedialric Advisory
Subcommitise of the Anti-infective Drugs Advisory Commities process or an
grforcement action raferred 1o in the praceding sentance ) shall praclude,
delay, or serve as the basls ostay the other course of action,

112} RECOMMENDATION FOR FORMULATION SHAMNGESR- f g pediatric
study complated-untier public contrast indicates that a furmulation change s
nacessany and the Secretery nurees, the Secratary shall setud a nonbinding
letter of recommendation regarding that chenge to each holder of an
approved application

“fedy AUTHORIZATION OF APPROPRIATIONS-
{1} GENERAL- There are authorized to be approgriated Io cary cut this
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Best Pharmaceuticals for Children Act
section--

(A} $200,000,000 for fiscal vear 2002; and

(B} such sums as are necessary for each of the five
sutceading fiscal years,

Y2 AVAILABILITY- Any amount appropriatad under paragraph (1) shail
rernain avaiieble 1o carey put this section urdil expended.”.

SEC. 4, WRITTEN Rﬁ&&#ﬁ&f TO HOLDERS OF ARPROVED APPLICATIONS FOR DRUGS THAT
HAVE MARKET EXCLUSIVITY,

Seciion SO5A{E) of the Fedaral Food, Drug, and Cosmetic Aot {21 U.S.C, 368ald))is
amended by adding at the end the ollowing:

{4} WRITTEN REQUESBT TO HOLDERS OF APPROVED APPLICATIONS
FOR DRUGS THAT HAVE MARKET EXCLUSIVITY-

{AYREQUEST AMD RESPONEE- I the Seuretary makes 8
written reguest for pediatric studies dncluding neonates, as
appropriate) under subsection {¢) to e holder of an application
approved under section S08bY1), the holdsr, not iater than 180
days after recsiving the wrilten request, shall respond to the
Suurstary ns {o the infention of the holder {o act on the request
By~

(i} indicating when the padialrie studies will be
initteted, If the holder agrees o the raquest; or

iy indicating that the holder does not agres io
the reguest

By NO AGREEMENT TD REQUEST-

(i} REFERRAL- ff tha holder does not agree o a
written request within the Hme penind specified in
subparagraph (&), and if the Secratary
determinags that there Is a condinuing need for
nformgtion ralating o the use of the drug in the
padigiric populaton lncludivey teonates, as
aspprowiate), the Seorefery shall refar the drug o
the Foundating fog the Netional instilutes of
Haul estabiished under section 488 of the
Public Mealth Service Axt {42 LL.5.C. 280b)
{refarrad 10 in s paragraph as the "Foundation’}
for the conduct of the pediniric studies describead
iry the writtan request.

(i) PUBLIC NOTICE- The Secratary shall give
psblic notice of the name of the drug, the name of
the manufaciurer, and the indications fo b
studied mads In'g raferral ander ¢ciause ()

{Cy LACK OF FUNDS- On referral of @ drug under
subparsigeaph (B, tha Foundation shall issye g proposal to
sward g grang o conduct the requasted gstudies unless the
Foundation cerlifiss 1o the Secretary, within & timeframe that
the Serrefary determines is appropriate through guidance, that
the Faundation does not have funds available under section
2G9EHOKBII to conduct the requested studies, 1 the
Foundation so ceriifies, the Bacretary shall rafer the drag for
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Best Pharmaceuticals for Children Act Page 6 of 1

inclusion on the fist estabiished under saction 4081 of the Public
Health Service Act for the contuct of the studies.

D) EFFECT OF SURSECTION- Nothing in this subsection
{inclutding with respect 1o refarrals from the Beoratary to the
Foundation) altsrs or amerds section 3014} of this Act or
segticn G52 of e 5 or section 1905 of file 18, United Biates
Code.

() RO REQUIREMENT TO REFER- Nothing in this
subisection shall be conatrued 10 requirs that every dedlined
written reguest shalf be refarred fo the Foundation,

UFIWRITTEN REQUESTS UNDER BUBSECTION (b)- For
drugs under subsection (b} for whith writlen requssts have not
been accepted, ¥ the Secredary determines that thwre s a
cortinuing need for information relating to the use of the drug in
the padiatnic population (induding neonates, 35 appropriate),
the Sacretary shall issue 2 wiitten reguast untir subssotion ()
sfter the date of spproval of the drug.”.

SEC. & TIMELY LABELING CHANGES FOR DRUGS GRANTED EXCLUSIITY; DRUG
FEES.
{a) ELIMINATION OF USER FEE WAIVER FOR PEDIATRIC
SUPPLEMENTS- Sertion 736(a){1) of the Federal Food, Drug, and Cosmetic
Act{214UL5.C. 37ehial 1} is smeanded-

{1} by siriking subparagraph {F); and
{2} by radesignating subpsragraph {3} as subparagraph {F).
{1} LABELING CTHANGES-

(11 DEFINITION OF PRIORITY SUPRLEMENT- Sacticry 201 of
the Federat Faod, Drug, and Cosmetic Act (21 US.C. 321 i
armended by adding at the end the following:

(ki) PRIORITY SUPPLEMENT- The term “priority suppiement’
means a drug application referred 1o in section 1014} of the
Fooud and Drug Administration Modernization Act of 1857 (111
Sial, 22981

(2) TREATMENT AS PRIDRITY SUPPLEMENTS- Section
8058 of the Faderst Food, Drug, and Cosmelic Act {21 4.8.0.
3558a) is ameriied by adding 8t the end the following:

{1} LABELING SUPPLEMENTS-

{1 PRIORITY BTATUS FOR PEDIATRIC SUPPLEMENTS-
Any supplement to an application under seclion 805 proposing
& labeling change pursuant o2 report on & pedislric study
unider this sechon-

&) shall be considersd to be s prionly
supplement; and

{B) shall be subject o the performance gosls

astablishad by the Commissicner for prigrity
drugs,
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Rest Pharmsceunticals for Children Act
{2y DISPUTE RESOLUTION-

A REQUEST FOR LABELING CHANGE AND
FAKLURE TO AGREE- ¥f the Cammissiongr
getarminas that an application with respect 1o
which s pediabic shudy is canducted under this
section is approvalis and that the only apen issug
for final astion on the appiivgtionis the reaching
of an agresment between the sponsur of the
application and the Commissionsy on appropriate
changes 1o the labsling for the drug thet is the
sasbiect of the applicaton, not iater than 130 days
after the date of submission of the applicaticn—

iy ihe Commissionsr shall reguest
that the sponsor of the application
make any abeling changs that the
Commissionar detarmings 1o be
anpropriate; and

‘{111 if the sponsor of the applicalion
does not agree o migke o fabeling
charige requesied by the
Oommigsioner, the Conynissionsy
shall refer the matter fo the Pediatric
Advisory Subvommities of the Antl-
infective Drugs Advisory
Cormrifien

YR ACTION BY THE PEDIATRIC ADVIBORY
SUBCOMMITTER OF THE ANTIHNFECTIVE
DRUGS ADVISORY COMMITTEE- Not later than
90 days sfter recsiving a rafervat under
sausbparagraph (AN, the Padigtric Advisory
Bubcomnittes of the Antikinfective Drugs
Addvisory Commilise shall~

i) review the pediatric study
reports; and

“Giymaks a recommendation o the
Cormrissionst Cceiming
appropriate labeling changes, if any.

YO CONSIDERATION OF REQUMMENDATIONS- The
Cornmissioner shall consider the mseommandations of the
Pediatic Advisory Subcommiiise of the Anti-infactive Drugs
Advisory Committes and, if appropriate, not later than 30 days
after receiving the recommendation, make a requast o the
sponsor of the application to make any iabsling change that the
Commissioner determines {0 be appropriate.

(D) MISBRANDING- I the sponsur of the application, within 30 days after
receiving a request under subparagraph {C}, doas not agres to make a
labreling change requested by the Commissionsy, the Commissionar may
desm the drug that is the subject of the application to be misbrandad.

HEY MO EFFECT ON AUTHORITY- Nothing in this subsection linyils the
authority of the United States 10 ring an enforcement action under this Act
when a drug lacks sppropriste pediatic labeling. Naither cuurse of action
{the Pediakic Advisary Subcommittes of the Anti-infective Drugs Advisary
Cammitlee process o an-enforcemant action refesred 1o in the preceding
sertence) shall preclude, delay, or sarve as the basis to stay the other
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Best Pharmacewticals for Children Act
course of action.”,

SEC. 6. OFFICE OF PEDIATRIC THERAPEUTICS.

(2] ESTARLISHMENT- The Secratary of Health and Human Senvices shall establish an
Office of Pediatric Therapeutics within the Food and Druyg Administration

{6} DUTIES- The Office of Pediatric Therapeutics shalt be responsible for soordination and
facilitation of all activities of the Food and Drug Administration that may have any effect on
& pediatric population o the practice of pedialrics or may in any other way involve pediatric
ssuas,

{0} STAFF- The staff of the Office of Padiatric Therapeutios shall coordinate with
empdayees of the Department of Health and Hurran Services who exercise responsibilities
relating to pedintic therapautics and shall include--

{11 one or more additional individuals with expertise concarning ethicgl issues
presentad by the conduct of glinical research in the pediatric population; and

{2} one or more additional individuals with expertise In pediatnes as may be
riecessary to perform the activities describad in subsection (b},

8EC. 7. NEQNATES,

Section S05A(n) of the Federal Food, Drug, and Cosmatic Act {21 U.&.C. 380a{g) is
amended by inserting “{including neonates in appropriate cases) alter “pediatric age
groups’s

SEC. & SUMBET.

Sectinn 5084 of the Faderal Food, Drug, and Cosmatic Act (21 LL8.C. 358} is amended
by siriking subsection (i} and insering the following:

(i) SUINSET- A drug may not receive any G-month pericd under subsection {8} or £}
unfags-~

(1) on or before Oclober 1, 2007, the Secretary makes & wriltan raquest for
pediatric studies of the drug;

(23 anor before Qolober 1, 2007, an application for the drug is aooepted for
fiting undar section 505{bY; and

(%) aif requirerments of this section are mael’

SEC. 9. DISSEMINATION OF PEDIATRIC INFORMATION,

Section S505A of the Federal Food, Drug, and Cosmatic Act (21 U.8.C. 358a} {as amended
by section B{bX2)) is amendsd by adding st the end the following:

) DISSEMINATION OF PEDIATRIC INFORMATION-

(1) 1N GENERAL- Mot iater than 180 days after the date of submission of 3
raport on @ pediatric study undsr this section, the Commissioner shall make
avaiiable b the public 3 summary of the medical and clinical pharmacology
reviows of padistric slugdies nonducied for the supplamant, including by
pubiication vthe Federsl Registar,

{2) EFFEQT OF SUBSECTION- Nothing in this subsection allers or amenids
sention 3O of this Act or section 552 of {itle 5 or section 1905 of tille 18,
Linited States Code.’.

SEC. 10. CLARIFICATION OF INTERACTION OF PEDIATRIC EXCLUSIWITY UNDER SECTION 5054
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Best Pharmmacentivals for Children Act Page 8 of |

OF THE FEDERAL FODD, DRUG, AND COSMETIC ACT AND 180-DAY EXCLUSIVITY AWARDED
TO AN APPLICANT FOR ARPROVAL OF 4 DRUG UNDER SECTION 505() OF THAT ACT.

Saction 8054 of the Fedearal Food, Drug, and Qosmetlc Aot (21.U.8.C. 35858 {as amendad
by section 9} is amended by adding at the end the following:

{0} CLARIFICATION OF INTERACTION OF MARKET EXCLUSIMITY UNDER THIS
SECTION AKD MARKET EXCLUSRITY AWARDED TG AN APPLICANT FOR
APPROVAL OF & DRUG UNDER SECTION BD&{)- il a2 180-day period under seotion 505
B HB Y overlaps with a Sunonth exclusivity pericd under this sevtion, 5o thal the
applicant for approval of 2 drug under saction 505{1) entitled o the 180-day period under
hat section losss a porfion of the 180-day pearicod 1o which the applicant is entited for the
drug, the 180-day pariod shall be exlended frome~

{1} the date onowhich the 180-day period would have expired by the number
of daye of the pveriap, ¥ the 180-day period would, but forthe application of
this subsection, expirg after the S-month exclusivity pedodh o

{2y the date on which the Samonth soiciusivity period expires, by the numbser
of days of the-overdap ifthe 180-day pericd would, but ®or the appligation of
his subsection, expire duting the she-month exclusivity peviod.’

SEC, 11, PROMPT APPROVAL OF DRUGS UNDER SECTION 505(]) WHEN PEDIATRIC
INFORMATION I8 ADDED TO LABELING.

{a) N GENERAL- Seclion 505X of the Federal Food, Drug, and Cosmielic Act 21 US.C.
358at {as amended by seclion 10} is amended by adding at the end the following:

(o) PROMPT APPROVAL OF DRUGSE UNDER SECTION 5084 WHEN PEDIATRIC
INFORMATION 1S ADDED TO LABELING-

{1} GENERAL RULE- A drug for which an applicalion has been submitled or
approved under secton 505(1) shialt not be consitdared ingligible for approval
under that section or misbrarded under section 502 o the basis that the
lgbeling of the drug omils g pediatric indication of any gtheraspect of abeling
perigining 10 pedialic use when the omitled Indicalion or other aspectis
protectsd by patent or by exclusivity under clause i) or (v} of section 508}
(5HD).

{2y LABELING- Notwilhsianding clauses (i) and (v} of section S0B( XD,
the Sacratary may reguire that the labsling of 3 drug spproved under section
5050 that omils a pediairic indication or ather aspadt of iabeling as
describad in paragraph {1} inchude~

(A} astatemant thet, bacause of marketing exclusivity for a
ranufaciurer

" the drug is not labeled for pedistic use; or

“{ily v the case of & drug for which thereis an
additional pediatric use not rafered o in
paragraph {13, the drug is not labeled for the
pediatric use under paragraph (1), and

By a staternantof any appropriale pediatric contraindications,
wariings, or precautions that the Secretary considers
NBCessary.

(3} PRESERVATION OF PEDIATRIOC EXCLUBIITY AND QTHER
PROVISIONS- This subsaction doss not affsct-

(A} the avallability o scops of exclusivity under this sectiony
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Best Pharmaceuticals for Children Act Page 10 0f 1

By the avaliabillty or seope of exclusivity under section 505 for
pediatric formulations;

T the gusstion of the eligibility for approval of any application
under section 505} that wmils any other conditions of approval
entitted to exclusivity under clause {iif) or (v} of section S0E()
{S}DY ar

Dy except as expressly provided in paragraphs {1) and {2}, the
Operation of sechion 885"

{6y EEFECTIVE DATE- The smendment made by subssction {a) lakes effect an the datg
of enachment of iy &, including with respect o spplivalions under section 505() of e
Federal Food, Dirug, and Cosmetic AcH(21 U.8.C. 355{))) that are approved or pending on
that date.

SEC. 12, STUDY CONCERNING RESEARCH INVOLVING CHILDREN,

{2} CONTRACT WHITH INSTITUTE QF MEDICINE- The Sacretary of Health and Hurnan Services shall
givter It 8 contract with the Institute of Maedioing for—

{1} the conducy, in accordance with subsection (b}, of & review of

{A} Federal regulations in effect on the date of the armactment of s Act
redating to weeatch involving childrery

{B} faderally prepared or supported reports relating to research involving
chilidrem; and

() federally supported evidenos-based rasearch involving chdlidren; ang

{2} the submission to the Commities on Haalth, Education, Labor, and Pensions of the
Senate and the Commities on Engrgy and Commerce of the House of Representatives,
not fater than hwoyasrs afier the date of enactmant of this Act, of & report congeming the
raview conducted under paragraph (1) that includes recormmendations on best pradlices
redatiog to research invobdng children,

{by AREAS OF BEVIEW- In conducting the review under subsecltion {a){1), the institute of Medizine shall
cosssider the following: '

{1} The written and oral process of obiaining and detining "gssant’, "permission’ and
‘informed consent’ with respect to ohild clinical research parlisipants and the parents,
guardians, and the individuals who may serve as the legally authorsed representatives of
such children {as defingd in subpart A of part 46 of litle 45, Code of Federad Regulations).

{2} The sxpeciations and comprehension of child research participants and the parents,
quardiany, of legally authonized representatives of such children, for the direct benefits and
risks of the child's sexearch involvemeryt, parficulady in tarms of ressarch versus
therapaulic reatment,

{3} The definiion of ‘minimal #sk’ with respect io 2 healthy child or 2 child with an liness.

{4} The appropriateness of the reguiations applicable fo children of differing ages and
matunity bevels, including regulations relating 1o isgal status.

{8} Whether payment Jinansial or stherwise} may be provided 10 a child or hig or her
parent, guardian, or legally authorized regresentative for the participation of the child in
research, and if so, the amount and type of payment that may be made.

{8} Compliance with the regulations referred to in subsecton {a) 1 XA}, the monitoring of
such complance (ncluding the role of institutional review boards), and the enforcemant
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actons taken for vickations of such reguiations,
{7} The unigue roles and resporsibiliies of ingtitutiona! review boartds It reviewing
resenrch involving chiidren, including composition of membaership on institutional review
boards, :

{2} REGUIREMENTS DF EXPERTISE- The Instiiuts of Medicing shall condust ihe review under
subsection (a)1}) and make recommendations under subsettion (8X2) in conmjunction with expens in
pediairic medicine, padiatric resuarch, and the ethical condunt of resegrch involving chifdren,

SEC, 43 FOUNDATION FOR THE BATIONAL INSTITUTES OF HEALTH.
Section 499 of the Public Health Service Act {42 U.5.C. 280b) ix amentigd-~

{3 virrsubssaetion (b}, by inzserting “(including collection of funds for pediatric pharmacologic
resgarchy after ‘mission

{2} i subsection (Y1)~
(&) by redesignating subparagraph (0} as subparagraph {2} and
{B) by inzerting after subparagraph (B} the following:

163 A program 1o collert funds for pediatric pharmacologic rasearch and studies fsted by
the Secrsdary pursuant 10 saction 408Ka X 1 1A} of this Act and referred under seation 5054
{dH4XCy of the Federal Food, Drug, and Cosmetic Act {21 U.B.C, 388ald){4H

{3} iry subssotion {di~
{&} v paragraph (1

{i} in subparagraph (B}~
{4} in clause (i, by shiking "and’ & the end;
{1 in vlausse {il), by siriking the pevind argd inseriing ; and’; and
{11t} by adding at the end the fdliowing:
“{iv} the Gommissioner of Food and Drugs.”; and

{1} by striking subparagraph (C) and inserting the following:

{C} The ux officio members of the Board under subparagraph {8} shall appoint to the
Board individuals from among a Bst of candidates o be provided by the National Avadeny
of Science. Such appainted members shafl includa—

(i) ropresentatives of the general biomedical fisld;
(i) reprasentatives of wipeds in pediatric medicine and researah;

i) represeniatives of the general bichehaviorat fisld, which may include
sxperis in biomedical sthics; and

‘{iv} representatives of he general public, which may include representatives
of affectsd industriss .’ and

{B) in paragraph {21, by regligning the margin of subparagraph (B) to align with
subparagraph (&);

hitp/fewe. fda. govi/opaconylaws/pharmkide/pharmkids html B20/2004
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{43 i subsuction (KY9

(&) by striking “The Foundation' and inserting the foliowing:

{A) IN GENERAL- The Foundation'; and

(B} by adiding at the end the following:

{B) GIFTS, GRANTS, AND OTHER DONATIONS-

11} IN GENERAL- Gifls, grants, and sther donatfions to the Foundadion may be designated
for pedintric research and studies on drugs, and funds so designaled shall e used solaly

for grants for research and studies under subsertion {(CHIRC)

Y OTHER GIFTS- Other gifls; grants, or donalions raceived by the Foundation and not
described iy clause (i may also be used to support such pediatric resasarch and studies.

"{iify REPORT- The recipient of a grant for research and studies shall agree to provide the
Dhirecior of the Nationgl nstitutes of Heeith and the Cumndssiongr of Food and Drugs, at
the conclusion of the research and sludies—

() a report describing the resulls of the research and studies; and
) sl data gensrated in connection with the msearch and studias.

iy ACTION BY THE COMMISSIONER OF FOOD AND DRUGS- The Commissionsr of
Food and Drugs shall take approprigte action in response 0 a report recelved under
clause {if} in actordance with paragraphs (7} through {12} of section 448Ke), including
regotiating with the holders of approved applications for the drugs studied Tor any isbaling
changes that the Commissionsr determines o be sppropriate and requests the holders o

make.

{0y APPLICABILITY- Bubparagraph (A} does not apply o the program desoribed in
subsection (CH1HCLY

{5} by redesignating subsections {f} through {m} as subssctions {e} thraugh @),
respeciively;
{8} In subsection (h){11) {as so redesignated), by striking “sulicit’ and inserting "soliclt,’, and

(73 iy paragraphs {1} and {2} of subsection (i) (85 50 redesignated), by striking “(ncluding
those developed under subsection (XZ2HBHIUNY sach place it appears.

SEC. 14, PEDIATRIC PHARMACOLOGY ADVISORY COMMITTEE,

{a) IN GENERAL~ The Secratary of Health and Human Senvces shail, under section 232 of the Public
Mealth Bervice Ant {42 LLE.C. 2178 vonvvens and consult an advisory Sommities on pediatric
pharmnacology (refarred o ln iy section ag the "advisory commiltes’),

) PURPOSE-
{1} IN GENERAL- The advisory commities shall advise and make recommandations lo the
Sacrelary, through the Commissioner of Feod and Drugs and in consulintion with the
Diractor of the MNationat Institutes of Health, on matters relaling to pediatne pharmacdiogy.
{2y MATTERS INCLUDED- The matters refarred o in pavagraph {1}inchude~
{A} pediatrisc résearch contucted under sections 351, 4081, and 488 of thy

Public Masalth Seevies Act and sections 801, 502, 505, and S06A of the
Federal Food, D, and Cosmstiz-Ach
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(B} identification of rasearch pricrities related to pediatric pharmacuiogy and
the nsad for additiongt treatrnents of specific pediatric diseases or condiions;

and

{0} the stbics, design, and analysis of clinical trials refated o pedistic

phamacology.

{o) COMPDSITION- The advisory commities shall include representatives of pediatric
health organizations, pediatric researchers, relevant patient and patieni-family

organizations, and other experls selectad by the Secretary.

SEBC, 15. PEDIATRIC SUBCOMMITTEE OF THE ONCOLOGBIC DRUGS ADVIBORY COMMITTEER.

{8} CLARIFICATION OF AUTHORITIES-

{1} IN GENERAL- The Pediatric Subconmmiltes of the Oncologic Drugs
Advizory Committes {refarrad 1o in this seclion gs the "Subcommittes’), in
carrying out the mission of reviswing and evaluating the data conceming the
sufety and effectivenass of marketed and investigationad human drug

progiucts for use iy the rsaimernt of pediatric cancers, shall~

Page 13 of 1

(Al evainate and, to the extent practicabls, priotitse new and
sinerging therapeutic allernatives available o iréal padiairic
CRNuer;

{B) provige recomrosndations and guidancs ta help ensure that
children with cancer have Bimsly accsss 1o the most promising
naw sancer theramas, and

{Cy athise on ways to imgrove consistency in the svallability of
new therapeutic agents.

(2) MEMBERSHIP-

{4) IN GENERAL- The Sacratary shall appoint not more than
11 volting rosmbers 1 the Pediairic Subgommiliee from the
rembership of the Pediatric Fharmacology Advisury
Corpoittes and the Dncologic Drugs Advisory Cormyniltes.

{BYREQUIEST FOR FARTICIPATION. The Subsoromities shall
raquest partivipgtion of the following members in the scientific
ang-eihical consideration of topics of pedialric cancer, as
NECEESIY,

{1} At least two pediatiic onenlbgy specinists from
the Mational Qancer Institute,

{1 AL legst four pediatric oncology specialists
from-

{1} the Children’s Qnuolagy Group;

{1ty other pedishic soiperts with an
gstablished history of conducting
clinical trigls in children; or

({ycansortia sponsored by the
Mationa! Cancer Institile, such gs
the Pedistric Brain Tumer
Consortium, the New Appraaches io
Neuroblastomsa Therapy or other
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pediatric ancology consortia,

{1 At least bwo represantatives of
the padiairic cancer patient and
patient-family cornrainity,

{iv} One representative of the
ruarsing cormunity.

{v) &t teast ong sialistician.

{wiy Al past ong mpresaniglive of
the pharmscautical idusiry.

{b) PRECLINICAL MODELS TO BEVALUATE PROMISING PEDIATRIC CANCER
THERAPIER- Seation 413 of the Public Health Service Act (42 11.5.C. 285a-2) is amended
vy adding at the wivd the ollowing:

o} PRE-CLINICAL MODRELS TO EVALUATE PROMISING PEDIATRIC CANCER
THERAPIES-

{1 EXPANBION AND COORDINATION OF ACTIVITIES- The
Direcior of the National Cancer Institute shall expand, intansify,
ardd coordinate the aolivities of the nstiuie with respectio
rasearsh an the development of praclnical models lo evaiuale
which therapies ary liely 1o be effective for treating pedialric
canceyr,

Y2 COORDINATION WITH OTHER INSTITUTES- The
Dirsctor of the Instiute shall coordinale the asctivities uhder
paragraph {1) with similar activiies conducted by other national
rasearch instifudes and agensies of the National Ingtitutes of
Hegith to fie exdent that those Inslitles and agencies have
responsibilitfes that ere related 1o pediatnc canver’,

{c) CLARIFICATION OF AVARABILITY OF INVESTIZATIONAL NEW DRUGS FOR PEDIATRIC
STUDY AND USE-

{11 AMENDMENT OF THE FEDERAL FQQD, DRUG, AND COBMETIC
ACT- Saction SOS{K 1) of the Federal Food, Druy, and Cosmetic Act (31
U.S.0. 358031} iz amanded-

{AYin subparagraph (B), by sirking "ared at the end;

{8} in subparagraph {C), by striking the period at the end and
inserting *; and’; angd

{C} by adding at the snd the following:

{0 the subimission to the Begretary by e manufaciurer or the
sporsor of the'investigation of a new drug of a stgtament of
irtent regarding whether the menufacturer or sponsor has plans
for asnasging pediatric safely and efficacy.”.

{2) AMERDMENT OF THE PUBLIC HEALTH SERVICE ACT- Section 4024)
{3} A} of the Public Health Seyvize Act (42 UL.5.C. 282{){3AY s amended in
the first sentsnge--

(A by ginking "trial sites, and and ingserting "trial sites,’; and
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{8} by striking “in the trial, and inserding "in the tial and 2 desription of whether, and

through what provedurs, the manufaciurss or sponsar of the investigation of 8 new drug

will respond 1o requests for protocol exception, with appropriate safeguards. for single~

patient ang expanded protocol use of the new drug, pariicularty in children,”.

{d) REPORT- Not later than January 31, 2003, the Secretary of Health and Human
Services, acting through the Cormnissioner of Food and Drugs and in consuitation with the
Dirsctor of the National Institdes of Health, shall submit fo the Commitles on Henlih,
Education, Labor, and Fensions of the Senate and the Committes on Enargy and
Commerce of the House of Repraserdatives a report on patisnt access {o naw therapsutic
agents for pediatie cancer, including acoess to single patient use of new therapautic
agamns.

SEC. 16, REPORT ON PEDIATRIC EXCLUSIVITY PROGRAM,

Mot Iater than October 1, 2008, the Compirolier General of the United States, In consuitation with the
Secretary of Health and Hurman Services, shall submit to Congrass & report that addresees the folfowing
insuns, using publicly available data or data otherwise avallable to the Government that may be usad
and discissed under applivable law:

(1) Tre offectiveness of section S05A of the Federal Food, Drug, and Cosmetic Act and
secticn: 4091 of the Public Haalth Service Act (as added by this Act} in ensuring thet
madicines used by children ars fested and properly labeled, including—

(A} the number and imponiance of drugs for childran that are being tested as
a result of this legisiation and the impurtance for children, health care
providers, parents, and others of labeling changes made as a result of such
wmsiing,

(B} the number and importance of drugs for children that are not being tasted
for their use notwithstanding the provisions of this fegisiation, and possibie
reasons for the tack of testing; and

(€} the number of drugs for which testing is being done, exclusivity granted,
anad labeling changes reguired, including the date padialric exclusivity is
grarted and the date labefing changes are made and which labaling changes
requirad the use of the dispute resolution process estabilished pursuant to the
amendments mads by this Act, logather with a description of the outsomss of
such process, including a deseription of the disputes and the
racommendations of the Pedialric Advisory Subcommities of the Anti-
infective Drugs Advisory Committes.

{2} The econormic impact of section 5084 of the Federal Food, Drug, and Cosmetic Act and
section 4091 of the Public Howlih Servics Act (8 added by this Act), including an estimate
3

(A} the costs to taxpayers in the form of higher expenditures by medicald and other
Govermnment programs,

{8} saies for each drug during the B-month perod for which exclusivity is granted, as
atiributable o such exclusieity,

{0) costs to consumers and private insurers s a result of any delay in the availability of
lower cost generi eguivalents of drugs tested and granted exclusivity under the Federal
Food, Drug, and Cosmetic Act {21 U.8.C. 31 et seq.}, and loss of revenue by the generic
drug industry and retail pharmacias 28 2 result of any such delay; and

{2} the benefils to the govenrynant, to private insurers, and o consumess resulting from
decreasad heglth care costs, ingluding~ .

(1) decreased hospitalizations and fewer medical errors, dus to mors
appropriate and more effective use of madications in children as a result of
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testing and re-labeling because of the amendments made by this Ach

{it) giresct and indirect henefits ansociated with fewer physician visits rt
ratated 1o hospitalization;

(it} benelits to children from missing less ime at school and being less
affectad by chronic iBoesses, thereby allowing @ betler quality of He;

fivy benefits o comsumgrs from lower hoaith insurance premiums tus io
fower treatment costs and hospitalization rales; and

{v) barefits 1o emplovers from raduced need for employees to sare for family
mambers.

{3} The nature and lype of studies in children for sach drug granted exglusivity undet the
Faderal Food, Drug, and Cosmatic Act (21 U.8.C. 301 &t seg.), indluding—

{A) a description of the complexity of the stue:iigs;

{5} the number of study sites necessary {o oblaln appropriate dais;
{CYythe nuraber of children invalved in any clinical studies; and

{02} the astimated cost of each of e siudies.

{4} Any recommendations for modifications fo the programs established under saction
SI54 of the Faderl Food, Drug, and Cosmedic Act (21 U.8.4. 388 ard saction 4081 of
the Public Hesith Service Act {as sdded by section 3} that the Secrsiary determines tobe
appropriagte, including a detalied rationale for each recommendation.

{5} The incressed privats and Govemment-funded pediatric ressarch capability associsied
withy this Actand the amendments made by this Act,

{&) The number of writien requesis and addiicnal letiers of recommendation that the
Becretary issues.

{73 The prioritized list of off-patent drugs for which the Becretary issues written ratuasts.

{BYA} The efforts made by the Becretary o increase the number of studies conducted in
the neonate population; and

{B) the results of those effors, ingluding efforis made in encourage the conduct of
approgriatesiudies in neonales by companias with products that have sufficient safety and
other information o make the conduct of shudies sthical end safe

SEC, 17. ADVERSE-EVENT REPORTING.

{2) TOLL-FREE NUNBER I LABELING- Not Iater than one year afier the date of the enactment of this
Act, the Beoretary of Health and Human Services shall promulgate » final rule requiring that the labeling
of esch drug for which an application s spproved under section 505 of the Federyl Food, Drug, and
Cosmetic Act {regardisss of the date on which approved) include the til-free number mainiained by the
Becretary for the purpose of reselving reports of adverse events regarding drugs and g siatement that
such number 610 be used for reporiing purpnses only, not 1o receive medical advice. With respect fo the
final rote;

{1} The sule shall provide for the implementation of such lebeding requiremsst in | manner
that the Becratary considers to be mosgt iikely 10 reach the broadest consumer audience,

{2} In promudigating the nile, the Secretary shall sesk o minimise the cost of the mile on the
pharmacy profession.
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{3} The rule shall take effect not later than 60 days afler the dale onwhich the rule is
promuigatad,

{b} DRUGS WITH PEDIATRIC MARKET EXCLUSIVITY-

{1) Id GENERAL- Ruring-the one year beginning on the date on which a drug recelvas a
pariod of marked exclusivity undar 5084 of the Fedaeral Food, Drug, and Cosmetic Act, any
saport of an adverse svent regarding the drug that the Secrslary of Health and Human
Bervices racelves shalt be referred i the Gifice of Pedialic Thergpeutins established
urider seciion §.of this Act. iy considarning the regaet, the Diresior of such Office shall
provide for the seview of the report by the Pediatic Advisory Subcammities of the Anli-
infective Dnags Advisary Commiltae, including sbitdining any retomemendations of such
suboommitise regarding whether the Secratary should fake action under the Federai Food,
Drug, and Cosmagtlc Act in rasponse to the repont.

{2} RULE OF CONSTRUCTION- Paragraph {1} may not by construed as restricting the
authority of the Secretary of Heallh and Human Services o condinue carrying cut the
avtivities deswribed i such paragraph regarding a drug after #ve onesyaar peariod deseribed
iy such paragraph regarding the drug hays expired.

SEQC. 18 MINORITY CHILDREN AND PEDIATRIC-EXCLUSIVITY PROGRAN,

{23 PROTOCOLE FOR PEDIRRTRIC STUDIES- Begtion 505A of the Faderal Food, Drug, and Coamstic
ACt{21 1.5.C. 3559} is amended in subsection {d)2) by inserding after the first sentence the ollowing:
‘In reaching aregresment regarding wiitten protocoly, the Secratary shall take inte sccount adequate

represeniation of children of ethuids and raddsl ninorities.”.

{bY STUDY BY GENERAL ACCOUNTING OFFICE-

{1} 14 BGENERAL-~ The Comptrofler Genenal of the United States shall conduct a study for
the purpnsze of determining the fodlowing:

{&) The exdent to which children of ethnic and racial minorities are atdsquataly
reprasented in studies under settion BR8A of the Pederal Food, Drug, and
Cosmatic Act; and fo the gxtent ethpdc and racial minonities arengt
adaguately reprasented, the reasons for such undgr representation and
recomnmendations o intrease such represaniation,

{8y Whether the Foad and Drug Administration has approprists management
systems o monitor the representation of the children of ethnic and ragigl
minorities in such studies.

{C} Whether drugs used o address diseases that disproportionately affect

racial and sthoic minorities are being studied for thelr safely and

gffaciveness under section 5084 of the Federal Food, Drug, and Cosmetic

Aot
{2} DATE GERTAIN FOR COMPLETING STUDY- Mol later than January 19, 2003, the
Cornpirofier General shall compiste the study requived in paragraph (1) and subnmit 3 the
Congress a report destribing the indings of the study.

SEC. 18, TECHMICAL AND CONFORMING AMENDMENTS.

Sertion SO5A of the Faderal Food, Drug, and Cosmetlic Aot {21 UL.2.0. 3588a) {25 amendsd by sacions 2
{1}, BbXR21. 8, 10,41, and 17} is amendads

{1 KA} by siriking "4 XD Y sach place { appears and inserting “HSHDMEHY;
{B} by siriking "{H4¥DY sach place il appears and ingerting “HYEHDY; and

{Cy by striking "SOSD{4YR0Y each place | appears and inserting "S0S{Y5HDY,
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(23 by redusignating subsections (2}, {g), (1), ) 4% k), ) {m} (n), and {0} a3 subsections
o), {a), (g} (), (a3, fm), G, 40), (K3, and (1) respactivedy;

{3} by moving the subsections so a5 to appear in aiphabetical order;

{4y in paragraghs {1), {2}, and (3) of subsection {d), subsection (e}, and subsection {m) {as
redesignaled by parsgraph {2)), by shiking “subsection {a) or (o} and inserfing subsection
{byor (o), and

{5} in subisection {Q) (as redesignated by paragraph (2}), by striking “subsection {a} or {bY
and inserting “subsection (b} or {c}.

Speaker of the House of Regreseniatives.
Vice Prasident of the United States and
President of the Senate.

END

Taebie of Contenls

FDA Websie Mansgunent Staff
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One Aundred Fighth Congress
of the
nited States of America

AT THE FIRBT SESSION

Beogun and kield at the Loy of Woashingion ox Tussduy,
the seventh duy of Jonnary, twe thowsend and three

Ap Act

To amensd the Fedoral Fand, Drug, and Cosmaetin Aot t nubhnrize the Food and
Druy Admimistration $o oapeirs sertain vesearch ints drugs used in pudiatric patisnts,

Be # enavted by the Senute and Houwse of Represemiatives of
the United Rtates of America in Congress assembled,
BECRION 1. SHORT TITLE.
This Act may be cited as the “Pediatris Ressarch Equity At
of 28097,
SRC, 2. BESEARCH  ITO PEDIATRIC URBES FOR DRUGE AND
BIOLOGGICAL PRODUCTR.

{g) IN GEnerar —Bubchaptee & of chapter V of the Feders!
Food, Drug, and Commetiv Avt (21 UBL. 351 ot seyy} is amended
by inssrting after section S054 the fullowing:

“HEC, 5658, AESEARCH INTG PEDIATRIC USES POR DRUGE AND

BROLOGICAL PRODVUTTS,

Hay New DrUGs ann BioLansoal PRODUCTS —
“1y IN aENBERAL-—& person that submits an gpplication
{or supplement to w applhication )

“Ar under section 505 for s new active ingredient,
new indication, new dosage formy, new dosing regimen,
¥ new route of admindetration; or

“B ander section 351 of the Public Health Service
At (42 U.S.C. 882} for 3 new active ingredient, new indica-
tion, vew dossge form, new dodnyg regimen, or new reute
of sdrainistration;

shall submit with the application the sssesvsments described
i pavagraph (21
421 ASSESRMENTS.—

“AY IR GENBRAL~~The sssessments referred to i pare-
graph {1} shall contain dats, gathered using appropriate
formulations for each age group for which the ssseconment
% requived, that are adequate—

i) to arcess the aafely and effectivennes of the
drug or the biologicsl product for the claimed indicse
tions in all relevant pedistrie subpopulations; and

“(3} 1o support dosing and aduadnisteation for each
gmsi’éai;riz: subpopulation for whith the drug or the
vological product is sofe ared effective.

B} BIMILAR DOURSE OF DISEASE OR SIMILAR ERPECT
OF DRI OF BIGLOGICAL PRODUCT ~-

“ I QenERsL-—-If the sourse of the dispase and
the effecis of the drug are sufficiently similay in adults
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and pediatric patients, the Secrelary may wachude
that pedistric effectivenuss can be exteapelated from
adeguate and well-controlied studies in adudts, usually
supplementad with other information ohtained in pedic
niric patiants; such as pharaavokivetic studiss.

“ii} EXTRAPOLATION RETWEEN AGE GQROUFS~~A
stody may not be needed in sach pedistrie age group
if data from one age group can be extrapoisted to
anvther age group.

Y DRFERRAL~On the initiative of the Secretary or st
the regusst of the applicant, the Sevrelary way defor subams-
sion of sowe or all ssspsaments required under paragraph (1)
until g specified date after approved of the drug or lssuande
of the licerse for u bicloglesd product i

“AY the Secretary finds that—

“iy the drag or bivlogiond product s ready for
approvel for use in sdults before pediatriv studied are
conplete;

“i1) pedintric studies should be delayed until addi-
tional sufety ar effectiveness data have been collected;
or

*Gi there is andther approprisde reasen . for
deferral; and
“{ B} the applicant submits to the Seeretary—

G} vertificstion of the grosds for deferving the
aasessments;

} “11) a deseription of the planned oy vaguing studies;
B

“iit) evidence that the sbudies swe being condunted

aor will be conducted with due diligenve amd & the

earfigst poasible time.
{4y WAIVERS —

NAY Punl WAIVER~Dn the inftiative of the Secretary
o1 st the raguest of go appiean, the Secretary shall grant
a full waiver, gs appropriate; of the requirement & submit
sssessmsnts for g drag or bBolsgicel product under this
subsestion if the applicant certifiss and the Secratary finds
that—

iy necessary studies ere impossible or highly
impracticeble (beosuse, for example, the number of
patients is s¢ small or the patients are geographically
dispevaed);

“(31} there iz evidenes strongly sugpesing that the

drug or biclogical prodedt would be ineffective o

gosafe in all pediatric age groups; or

“334) the drug o blelogiead product—

“F does not ropresent a meaningful thers-
peutic benefit over existing therapies for pediatric
patients; and

“I1y is pot likely to be used in s substantial
number of pediatric patients.

“13) Pamrist WAVER~On the indtiative of the See
retary or ab the reguest of an spplicant, the Searstary
shall grant & pariial waiver, as appropriate, of the reguive-
ment 1o subout agsessannts for 2 diug or hiskegival product
under thiv suheection with respert to & specfic pediatrie
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a}i{e group if the applivant certifies and the Seerctary finds
thud--

“i) necessary studies sye impossible or highly
impraticable (becauss, for example, the aumber of
putients in that age group is so swmall or pationts
ir that age group wre geographically dispersed);

“i thern is evidenee strongly suggesting that the
drag or hiclogival produgt wadd be inefiective or
unsafe in thet age grous,

“i%i3 the drug or biclogical preduct—

“1) doss net reprevent s meaningful thers-
peatic henefit over existing therapies fur pediatriv
pativots in that uge group; and

“11} is not Hkely to be used by a substantial
number of pediatric patients in that sge group
2
“iv1 the applicant can demorntrate that reasonable

aitenmipts to produce o pedintviv formulstion nevessary

for that age group have failed.
“0y PEDIATRIC FORMULATION MOT rosgpLe—if a
waiver is grented on the growsd that i i uof possible
t» develop a pedintric formulation, the walver shall suver
only the pediatric geoups requiring that formulation,
HTH LABELING REGURREMENT —If the Secretary grands
a full pr partinl waiver beesuse thers is evidence that
a drug or bislogical produet would be ineffactive or unsafe
in pediatric populaticns, the information shall be irreluded
in the labeling for the drug or biclogical preduct,
“ 1) BEAREEIRD DRUGK AND BIOLOGICAL PROBUCTS ~

w1} IN GENERAL-—After providing notiox in the form aof
a lettor and an opportunity for written regpoose and 8 meeting,
which may include an aivisory commitice mesting, the Sec
retary may (hy erder in the form of a letter) require the holder
of an approved application fur o diy under saction 508 or
the halder of & Leonze for a biclogival produet ueder seetion
351 of the Peblie Heslth Bervice Act (48 U180, 268 to submit
by o specified date the osssssments deseribed in subsectivn
{aX2) if the Becretary frels that—

“AXD the drug or Hologicsl product s wsed for a
substantial number of pediatric patients for the labeled
intieations; aand

“34} the ahsanee of adeguate labeling could pose signifi-
cant risks to pediatric patients; @

“¥i there is resson fo believe that the deug or
hiolowinnl product would reprssent a meaningful thera-

entiv henefit over sxisting themples for pedistric patients
For one ur eove of the dadaed indications; sod

%) the sbsence of ndequate labeling eould pose signifi-
cant risks to pediatric patients.

Yy WAIVERS
“AY PULL WAIYER—AL the request of an spplicant,

the Becrstary shall grant s full waiver, ax gpprapriate,

of the requirenrent 1o submil sssdesments under ths sub-

S\g(ﬁf{ii)n if the applicant eectifies sud the Secretary finds

that-—

%3} necessary studies sre imposgible or highly
impracticable (because, for exsmple, the number of
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patients in that age group is so small or patiemts

in that age greup sre grographically digpersed); or

“ii) thure 18 evidense strongly suggesting that the
drug or biologicsl product would be inelfrctive or
unsafe in all padistric age groups.

“(B) PARTIAL WAIVER. AL the request of an applicant,
the Secretary shall grant g partisl walver, as appropriate,
of the reguirement 1o submit axeessments under this sub-
section with respett to a specific pediatrie age group i
the applicant certifies and the Secvetary finds that—

%1 necessary studies are impossible or highly
impravticable {(becguse, for example, the number of
patients in that age group % su smaall or patients
in that age group sre gevgraphically dispersedy;

%111 there is evidence strongly suggesting that the
drug or hiclegical predust would be ineffortive or
worafs in that age group;

“3 the drug or bivlogical product—

“aa) does ot represent a meaningfol thera-
peutic benefit over exasting theraples for pedinirie
putients in that age group; and

sthb) is not Hkely to be used in & substaniisd
mz::;}ber of pediatric patients in thst age group;
XY
1) the sheence of sdetpiste labeling could not

poge significant risks to pediatric patisniy; or

“iv} the applicant can denumstrate that reasonable
attemnpts to produce & padiutric formulation necessary
for that sge group have failed.

“C) PEDIATRIC PORMULATION NOT POSSIBLE--If a8
waivar is granted en the ground that it is not possible
to dewslop a pediatrie Hormulation, the walbver shall cover
suly the pediatric groups requiring that formulation.

19 LABELING REQUNEMENT. ~If the Scoretary grants
g full or partisl waiver hoeawse thers ix evidenve that
# sdrug or bislogical product weoald be ineffoctive or unsgafe
in pediatric populations, the information shall be included
in the Iaheling for the drug or hiclogical product,

# 3 BRLATIONSHIP 70 OTHER PEDIATRID PROVISIORS

SAY Mo ASSROSMRUNT WITHOUT WRITIER BEQUEST.~—NU
usvaksment may ke reguived under puragraph (1) B s
drug subjset 1o an approved appheation undir section 505
unlegr—

“4} the Sewretary has issusd s written reguest
for o velated pediatric stody under section 50LAlC)
of thin Act or section 4081 of the Public Health Servics
Aot (42 80, 384m);

HUNTDY if the request was mmde under section
BOBALC—~

“an} the rovigient of the written request doxs
nat sgres to the request; or

“bb} the Sscretary does not repeive o response
»g specified under section SOSABK4HAY, @

“11y if the request was made under scction 4081
of the Public Health Bervice Aot (42 UBLC, 28dmp

“aa) the reciptent of the writlen regusst doss
not sgres tu the reguesd; e
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“(hb} the Sserstary does not rewive o responsy
em;peniﬁed ursder section S09KeN2Y of that Act;
an
“HiX T the Secretary certifies wsler subparagraph
‘B) that thers arve insufficient funds wider seetions
4081 and 499 of the Puldic Heslth Service Act (42
1.8.0. 284m, 200b) to contdunt the study; or

“11) the Secretary publishes in the Federal Reg-
istar a certification thud certifies that—

“ua) no contract or grant has been awanded
snder section 4091 or 499 of the Public Health
Rervice Ack (42 U.8.C. 284m, 200h) sl

S ok Jess than 270 days have paseed sinee
the date of a covtificstion under subparagraph (B}
that there are sufficient funds 1o sonduct the study,

“B) Mo AGREEMENT TO REQUEST—MNot later than 60
days after determining that no holder will mgree to the
written raguest {inciuging a determination that the See
rotary has not recetved a respunse specified under section
SORAIAY of this At or section 4091 of the Public Health
Servier Act (48 UBL, 284m), the Sexretary shall certify
whether the Sscretary hos sufficient funds 1o econduet the
study under section 4081 or 499 of the Public Health Servize
Act (42 ULB.L. 284m, 290b) taking into sccount the
prioritization under sectipn 4081

“or MRaNIRgryL TRERAFEUTIC Barerer—~For the purposes of
paragraph (AXAKGIND and (GHBHHNE of subsection {ay ungd para-
graphs (1XBXi) and (BT Kan) of subesction (), » diug or
Livlngical product shall be considered to represent a meaningiil
tgempmﬂzéc benefit over wvisting therapies i the Secretary estimater
that~
“13 if approved, the drug or biclegical product would rep-
resent s significant improvement in the treatment, diagnows,
or pravention of & disensw, compared with marketed products
adsquately Inbeled for that use in the relevant pediatric popu-
Iatian; op
%2 the drug or biolegieal product is in a closs of products
or for an indication for which there iz a nsed for additional
options.
w4 SUDMISSION OF ASSESSMENTS —If 8 person fails to submit
an asvessment deseribed in sebsestion (a¥2), or a request for
approval of a pediatric formulation deseribed in subsestion {a} or
gi'}, in accordance with applicable provisioos of subsections (8) and
[$ 3
“1) the drug or bivlegical product that iv the subject of
the assesement or request may be considered misbranded solely
hecauge of that failure and subjsvt to relevant enforcement
action (sxcept that the drug or bolopical produet shsll not
he sulgent te avtion under section 301, but
“%) the failure to submit the assessent or vequest shall
not ke the basis for a proveeding—

“A) to withdraw approval for a drug under settion
508 or

“T8Y o revoke the heense for a hiologieal preduct under
zegt\i(m 351 of the Public Health Serviee Act (48 LLEC,
268
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“o) Muptivgs—Before and doring the taveshigationsl process
for & new drug or biclogical product, the Beerclary shall meet
at approprisie timen with the sponser of the new drug or Mological
produst to discuss—

(1} information that the spoensor subndis on plans aud
timelines for pediatric studies; or

“(2) sny planned reguest by the sponsor fir walver or
deferval of pediatric shudies,

“1 QoopE DF AUTHORITY.—Nothing in this section provides
to the Sseretary any authority te reguire s pediatrie assegnment
of sny drug or bivlegiesl preduct, or sny assssament ragarding
gther populations or useg of & drug or binlogical predoct, oiher
than the pediatrc assesrments described in this section.

gy (rprAN DRUGS—Unless the Secretary requires otherwise
by regulation, this section does not apply to any drog for sn indicg-
tion for which orphun designation has been granted under section
524,

why hersGramioN Wrrn OrasR  PERIATRIC Srupies.—The
sutharity under this section shall remain in effect s long 85 an
spplication subject to this ssction may he seeepted for filing by
the Seerefary on or befors the date spocified in seetion SOBAML".

0 CONPORMING AMENDMENTS.(1} Section 50B(bX1) of the
Foderal Food, Drug, and Cosmetic Act 21 US.C. 355X 13 is
amended i the secordd sentence—

(&) by siriking “and (FY and luserting “AFY’; and
{8y by siriking the peried at the ed snd inserting

« and (¥} any sssesswents required under section 50887

(2} Section 3084(h} of the Pedwral Food, Dirug, and Cosmetic
Act {21 11.8.0. 358sthh Is amended—

{A} in the subssetion hemding, by striking “Recurarions”
snd inserting “Proiatiic REsgarcy REQUIREMENTS”; and

{R} by striking “pursesnt to regulations gmmuiga?zec’i by
the Secretury” and inserting “by a previgion of law Gneluding

3 regulation) othar than this acetion”,

{9 Section 351a}D) of the Publis Health Service Act (42 8.0
IBANDY) iv aneendad-

. {Aii by redesignating sebparagraph (B} as subparagraph

iioh A

(B} by inserting after subparagraph (A the fdlwwing
ST PRDIATRIC STUDWS.—~A person that submits an
spplicstion for 3 Heense under this parsgraph shull subngt
to the Secretary as pars of the application any ussessments
reguired under section S05B of the Paderal Food, Divug,
sod Cosmetic Act™
SEC, 3 TECHNICAL AND CONFORMING AMENDMENTS.

{2} ABBREVIATED New DRUG APpLicatioN.—Section BOSA of
the Federal Peod, Drug, snd Cosmelic Act (21 URBLC. 355a) is
amended in subparagraphs (&) and (B) of subsection bE2) and
subiparagraphs (&) and (B} »of subsection (o¥@ by striking
SEORTHAXBY and inserting “BOS(HOXBY.

(b Peotareis ADVISORY CoOMMITTER.~(1) Bection BOBAGKE) of
the Federal Food, Drug, and Cosmetic &ct {81 UB.UC. 368a(0(2)
is amended by striking “Adviscry Subeovnnittes of the Anti-Infective
Drags” each place & appears,

14} Section 14 of the Best Phurmaceuticals for Children Aet
142 17.5.C. 284m note; Public Law 107-102) is amwended—
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{A) in the section heading, by siriking “PHARMAUGLOGY™;
8 in subsection (8), by striking "42 U.8.C. 217s),” snd
ingorting 42 USL. 2172 or niher appropriste adhority,™
{0} inx suhsection (b~
1 in parvagraph (1), by striling "and in consulistion
wi’:{h the Director of the Nations] Tostitates of Hashh™;
a5
(i1} in paragrsph (2}, by striking Sand 58547 and
inworting “5OBA, and HDEB™; and
{3y by striking “phurmacology”™ sach place it appeses and
nserting “thergpeatics”,

£3) Section I5(a¥2¥A) of the Best Pharmaenuticals S Claldren
Ant (115 Stat. 1419} i wrnended by striking “Phacsacelogy”,

(4) Section 1811XC) of the Best Pharmacouticals for Children
Aet (21 1.8, 3Bha note; Public Law 107-109) 18 swmended by
giriking “Advisory Subvommittse of the Anti-Infestive Drugs®.

(&) Seation 1AL of the Best Pharmacewticals for Children
St 4231 U8B0 358WbHLY ix amendad in the second zentence by
striking “Advisory Sabeonumittee of the Anti-Infective Drugs”.

{6) Paragraphs (8), (9, and {11} of section 4081(0) of the Public
Health Bervice Acy 42 UB.C. 84mie) ave smwuded by steiking
“advisory Beboommitiee of the Anti-Tofuctive Druge” each place
it appesrs.

[RL, 4. BPPRCTIVE DATE,

{3} IN GENERAL.--Subject to subseetion (b}, this Act and the
a?,;ndngtms made by thiz Act take effect on the date of enactment
of this Act,

(hy APPLICABILITY 70 NEW DRUGE axD BIOLOGICAL PRODUCTS. ~—

(1} In GENERAL~Bubsection {a) of zestion BOSE of the

Federal Food, Drag, and Cosmelic &g oz added by sestion

2y shall apply te an applestion deseribed in peragraph (1)

of that sebsection sulunitted to the Sevretary of Health and

Hameayn Services on or after April 1, 1858

() WAIVERS AND DEFERRALS.~

(A} WAIVER OR DEFBERAL URANTRD I, with reapest
to gn appleation submitied to the Becretary of Heslih
and Human Services botween April 1, 1999, snd the daie
of enuctment of this Ach, 2 walver or deferral of pedintric
asxossmments waz granted uwader regulations of the Sec
retary then in aﬁgcrt‘, the weiver or deferrad shall e a
waiver or duferral under subsechion (g} of ssetion 5058
of the Fedoral Pood, Drug, snd Cosmetic Ast, exoept that
any date gpecified in such g deferral shall be exiendsd
by the munber of days that is egual to the wamber of
days between Getober 17, 3002, s the date of enacimsent
of this Act.

{B) WAIVER AND DEFERBAL MOT GRANTED.~If, with
respeet I an application submitted to the Beoretary of
Health snd Human Services bhetween April 1, 1899, and
the date of enactmesnt of thig Act, neither a waiver nor
deforral of pedintric sescpnments was pranted under reguln-
tong of the Searetary then in offect, the perswr that sub-
mitted the appbeation shall be remnred to submit ansess-
ments under subsecion (838} of séction 505K of the Faderal
Pood, Drug, and Ceemetic Art on the dute that is the
later of
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(iy the date that i 1 yeay afer the date of snact-
ment of this sct; oy
(i1} such dute as the Secretary mmy specify under
subsedion (a¥X3) of that sectiey
unless the Secptary granks 8 waiver under subsection
{ax4yof that sextion.

(&) KO LIsIraTion oF AUTHORPTY . Neither the lack of guidance
or rvegulations to tmplement this Act er the amendments made
by this Aot nor the pandency of the prooess for issuing suidance
or regulntions shall bt the suthority of the Secretary of Health
and Bumsn Services vnder, or defer any reguirement under, this
Act-or those smendisents.

Speaker of the fuuse of Bepresentalives.

Vice President of the United States und
President of the Senale.



