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InterOffice Memo / ' 7< Q .. KM@
To: Carol R '

From: Ws

Date: November 10, 1993 -

Subject:  National Organization for Rare Disorders letter

In researchmg the appropriate response to the NORD request you received, I W
»spoke to Chris Jennings, who was very involved in drug pricing issues when he worked
with Senator Pryor and the Senate Aging Committee. Based on his input, this may be a
good bill for the Administration to support.

Baé:kground ' ; : @_@M
; The group represents individuals with, (and parents of children with), rare \&SC\Q}‘

diseases. They are a small constituency, and are the population most sensmve to the
1mportance of continued investments in research by the drug companies.

During the 1980s, when drug pricing first came under scrutiny, this group was
aligned with the drug companies in their argument that curbed pricing would cause them
to cut back on research and development. However, when prices continued to go up and
up ;with no proportional increase in research, they began to question the industry line,
Current Positioning ’

i
[

‘  They now support pharmaceutical cost containment, including strong support of
the Breakthrough Drug Committee in the President's Health Security Act. (see attached
lett;er). They are very supportive of the President's proposal overall and will be on our
side when the drug companies try to make the argument that cost containment will put
their research efforts at risk. They will be there for us on the health care bill, and feel they

need us behind them on the orphan drug legislation.

The Orphan Drug Amendment [ egislation

Chris believes this is a fair, balanced piece of bi-partisan legislation, with broad-
based support in the Senate as well as support on the House side from key Democrats.

i It may be that we want to provide NORD with a letter of support for their press
conference. - '

i

| One thing we could do immediately is send back a letter from NORD indicating -
our interest in this issue, since pharmaceutical cost containement is so important to health
reform, and saying we have taken their suggestion to meet with Bill Corr, Deputy
Assistant Secretary for Health, to better understand the specifics of orphan drug policy. I
could set that meeting up with you, or if you want I could meet with him and write you a j) W
memo on the bill and the issue so that you have it as background for your discussions with

OMB and Howard Paster. ‘ ~ . Q@\W
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(203) 746-6518

October 14, 1883 ‘

Mrs. Hillary Rodham Clinton o e o,
The White House
0ld Executive Office Bldg.

Washington, DC 20503

Dear Mrs. Clinton:

The National Organization for Rare Disorders (NORD)

strongly supports the ‘Breakthrough Drug Committee and
other pharmaceutical cost control measures outlined in the
President’'s health reform proposal.

e certain that health reform is doomed to failure
there are stringent measures to keep price hikes in
with inflation, particularly prescription drug
In addition, the nation sorely needs a mechanism
helding down the prices of new drugs that reach the
!
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resents approximately twenty million Americans who
rom more than 5,000 rare "orphan diseases." Each
se  ailments afflicts fewer than 200,000 Americans.
£ these disorders are serious, debilitating, chronic
me are fatal. The populations we represent often
grsat difficulty obtaining or retaining health
ar-ce, and treatment very often reguires expensiv
icals that must be taken throughout life.
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ris reason, NORD has beern an outspoken critic of the
ceocus increases in pharmaceutical prices over the -

The following paracraph from the article,
Too Much for Prescriptions," in the October
onsumer Reports, 1is ample testament to the
stry’s single-minded and insensitive - pursuit of
o

= b=t ()
0n o1 a4
iy
™
= o
{1}
o
o
s

[
mn
O
ih

t 3wl
O Mgy

tho(

r() [EFEN
t
(W

"Last year the pharmaceutical industry had,

as usual, the highest return on sales, the
highest return on assets, and the highest
return-  on stockholder equity of any
industrial group in the Fortune 500. Its

11.5 percent return on sales was more than
four times as high as the average of all
Fortune 500 companies and almost twice
that of the second-most profitable industry.
Eight drug companies were among the 25
companies with the biggest absolute profits.”
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Dedicated to Helping People with Orphan Diseases
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. Hlllary Clinton
Zober 14, 11993
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We believe in the free market system and the 1mportance of profit as an
‘incentive fOr research and development. However, we also believe there
is a distinction between profit making and profiteering, particularly
when these profits are being made at the expense of essentially

‘helpless sick people.

While we haéve seen some evidence that the industry is beginning to rein
in its wholesale price increases for drugs on the market, we continue
to receive ‘reports of increases at the retail level. Moreover, we have
seen little; sign of moderation in the price of new drugs, particularly
"orrzhan drugs " Ceredase, for instance, a drug used to treat a rare
genetic disorder called Gauchers Disease, is the most expensive drug in
history. It costs over $300,000 for the first year of treatment and
drops off to a "mere" $140,000 annually thereafter! Since many of the
breakthrough &rugs currently in the pipeline at FDA are deszgnatea as
"orphan drugs", NORD is particularly fearful of what the companies may
charge for; these new medications. The proposed Breakthrough Drug
feven though it could use more enforcement powers, is an

Co:mittee, ]
absclute rrm..: for health care reform.
The rghar g‘z: utical industry will not lose money under your health

refcrm precram.  They will make up for price restraints through higher
sales veclums and  a screly needed reducticn .of their outrageous
marxe-ing exgpenses.  Therefore, we urge you to retain the provisions

for pharmacsutical cost containment, and especially the Breakthrough

Drug Committee, which will hopefully be able to moderate the prices of
new Ccrugs. ' .

Ver, truly

v

cc: Chris Jennings
I «Igc:a iner
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TO:L,éﬁristine Heenan
FROM: Carol H. Rasco
SUBJ: ! National Organization for Rare Disorders

‘DATEzé November 5, 1993

|
i

As yoﬁ will remember the above referenced group is one several of
us have visited with over recent months. Please review the
attached letter and have other appropriate individuals review it
to advise me before I go to OMB and Howard Paster. My initial
reaction is that we probably have no business getting in the
middle of something like this in the midst of health care reform
but then again, perhaps it is a fit. I know the President is
very interested in this group and its needs due to personal
friends' involvement.

I need to answer this person by the close of business next week
so if you can get something to me by noon Wednesday, November 10
it would be helpful. Thanks!
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National Organization for Rare Disorders, Inc.

NORD » 100 R, 37, P.O, Box 8923 + New Fairfield, CT 06812-1783 « (203) 748-6518

November 4, 1992

Ma. Carol Rasco

Assistant to the President
for Domestic Policy

Office of Domaestic Palicy

Old Executive Office Bullding

Washington, DC 20500

Dear Carol: ’

As you know from our discusslon last May, Senator Howard Metzenbaum and
Senator Nancy Kagsebaum intend to introduce the Orphan Drug Act
Amendments this year. Similar amendments were vetoad by President Bush in
1880, and in 1992 the amendments were stoppad by intense pharmaceutioal
Industry lobbying.

| am attaching a draft copy of the 1993 amendments. We really need the

. support of the White House ¢on this issue. If you naed details, Bill Corr, Deputy
Agsistant Sacretary for Health, I$ an expert on the subject of orphan drugs and
he can provide all of the political Intricacies involved with the legislation.

Carol, we expsct the drug Industry to lobby against this bill as if it were a test
run for health care reform. We hope te hold & press conference when it is
introduced and it would be significant if someone trom the White House were
presant to show the administration's support of the bill. The legislation is a first
step in pharmaceutical cost containment.

m% if you have any questions, or if | can provide further information, please do not
%Wu‘“ hasitate to contact me. ‘
ere Tbo Very truly yours,

A Abbey 5. Meyers .
' i o Exocutive Director
oy e ce:  Kathy McGianahan :
ToSArrwndton | | Bill Corr .
Tounds yrsnee
e
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IN THE SENATE OF THE UNITED BTATES

Mra. KissRaanid (for harself and Mr, MergaNeaUM) introdused the followbag
bill; which wae read twice and referred to the Committes on

A BILL

To amend the Federal Food, Drug, end Cosmetic Act, the
Public Health Sarvice Act, and the Orphan Drug Act
to revise the provisions of such Aots relating to orphan
drugs, and for other purposes.

1 Be it enacted by the Senate and House of Bepresenta-
2 thves of the Unfted States of America in Congress assembled,
3 GECTION 1. BHORT TITLE AND REFERUNCE. B
4 (a) SHORT TITLE.—This Act may be cited as the
5 “Orphan Drug Act Amendments of 1993 "',

6  (b) REPERENCE.—~Whenever in this Aet (other than
7 gections 5 and 6) an amendment or repes! is exprassed
8 in terms of an amemdment to, or mpéal of, & saction or
9 other provision, the reference shall be oonsidered to be
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1
2
3
4
5
6
7
8
9

10
1
12
13
14
15
16
17
18

28 &

2
made to a section or other provision of the Federal Food,

. Drug, and Cosmetie Act,

BEC. %. PERIOD OF BXOLUSIVITY,
(a) InrTrAL PERIOD.—~—Jubsection (a) of section 627

(21 U.8.C. 860cc) is amended-—
(1) by redesignating paragraphs (1), (2), and

(3) a8 subparagraphs (4), (B), end (C), respectively;

. (2) by iming i((l)" aﬁer ‘l(a)f?;

(3) by striking “seven years” aud inserting “4

years'’; and _
(4) by striking “505(c)(2)' asnd inserting
© "506(e)(1)(B)". ‘

(b} ApDITIONAL PERIOD.—Subsection (a} of section
627 (21 U.8.C. 360ce) (as emended by subseetion (2)) is
Porther amended by adding at the end the following new
paragraphs:

“(2)(A) The holder of the approved application, cer-
tifieation, or license of & drug to which the 4-year period
of exclusivity applies under paragraph (1) may, after the
expiration of 3%2 yea.rs of guch period but not Jater than
90 days before the expiration of smeh period, submit an
spplication to the Searetary for a 3-yesr ménainn of such
period. Such an application shall contain such information
28 the Secretary determines iz necessary to evaluate such
application. |

HET Fad
P03
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. “(B) The Secretary shall make & decision on an appli.
catwn submitted under subparagraph (A) within 60 dn,yﬂw ’ W;? .
P AN
of the date of suoh application’s submission if the appli- - ‘:’v ¢ f‘:‘,
o

drug for which the application was submitted will rot ex-
oeed $200,000,000 during such 4-year period.
#(3)(A) After an application swbmitted under para-
8 graph (2)(A) has been approved hy the Secrstary for a
/-,\9 dmg.anypemonmnypenuontho&wetwwtammto ) 7
10 the additional pariod provided under such approval on the ;

1
2
3
4 ocant demonstrates that the net cumulative sales of the
s
6
7

,,-;..2- $200,000,000, The Sem*etary shnll provide the holder of —i
~~"13 such approved application a reasonable opportunity to re-
14 spond to the petition within 30 days of the date of the
15 submission of the petition. Buch a petition and response
16 shall contain such information as the Secretary determines
17 {5 necessary to evaluate the petition, The Secretary shall

18 oomplete action on a pehtwn within 00 days of the date

19 of ity submission.

20 “(B) If the 8acremy determines that the curmulative

21 get sales of a drug are more than $200,000,000 during

22 the period beginning on the appiw&l of such drug and
'23 ending ou the date of the submission of the petition, the

24 Semtary shall issue & notieé stating that the prohibition

Octobar 1, 10800

! o bama*bhatthenetcmuu!atwe salesof such dmug exceed :,

JR—
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-2
3

10

1
12
13
14
15
16

17

18

4
on approvals in paragraph (1) does not apply to such
drag.”. , A

() DEFINITION.—Subseation (a) of section 6§27 (21
U.B.C. 360ac) (as amendad by subsection (b)) ie ﬁnfther
amended by adding at the end the following new para-
graph:

“(&) As used in this subsection, the term “camulative
net sales” of a drug means total salss of the drug i the
United States minus discounts, allowances, and returns.”’.
BEC. 3. DESIGNATIONS.

(8) IN GENERAL.-—8sction 526(a)(2) (21 U.8.C.
360bb(e)(2)) is amended by adding befora the period st
the end the following: “and on the basis of projections as
to the number of persons who will be affected by the dis-
emior condition 3 years from such date”.

' (b) ExoLUSIVITY.—Section 527() (21 U.S.C.
360co(b)) is amended—~ |
(1) by striking “or” ot the end of paragraph
(1); ‘ '
" {B) by striking the period at the end of para-
graph (2) and inserting & semicolon; and
(8) by adding at the end the following new
paragraphs: .
“(3) B drug bas bean designated under sestion
526 for a rare disease or condition deseribed in see-

n7ez POS
PaS

p——
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| 1 tiom 526(a)(2)(A) and i after such desiguation for
| 2 such disease or condition does not mest such de-
i 3  soription |

} 4 “(4) the Secretary has issued & notice under
| 5 subsection (8)(3); or”.

6 8KC. 4. SIMULTANEQUS DEVBLOPMENT.

7 (a) IN GENERAL.—Section 527(b) (21 U.8.C. 360cc(b))
. 8 (ss amended by section 2(b)) is amended-—
I (1) by redesignating paragraphs (1), (2), (3),
10 and (4) as subparagraphs (4), (B), (C), and (D), re-
0 epetinly, .

on (2) by inserting “(1)” after “(b)”;

B (8) in the matter proceding paragraph (1)(A)
: 14 (as so redegignated) by striking “for a person who
15 1s not" and by inserting “for an npplicantkwho Is
| 16 not";and | |

s 17 (4) by adding at the end the following:

18 *(E) the Secrotary finds, after providing the hold-
19 er, such applicent, and any other intercsted person
20 an opportnity to present their views, that the drugs
i 21 © of the holder and such applicent were developed si-
\ 22 multansously.

23 Tho Searetary shall make a decision on a roquest for a
24 finding under subparagraph (E} not later than 80 days
25 after the filing of the requeat. |

H7e2 PE?
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Oetobar 1, 1509

6
1 “(2) For purposes of paragraph (1)(E), drugs of a hold-
2 er and an applicant shall be ¢onsidered to be doveloped
3 simultaneonsly only if-— -
4 #(A) the applicant requestod that its drug be des-
5 jgmated under section 526 no lster than 6 months
6 after publication of the designation under seation
7 526(c) of the holder’s drug;
8 “(B) the applicant initinted the buman elinical
9 trisle thet the applicant reliad on in ita application
10 for suoch approval, certification, or license not more
11 than 12 months after the date the holder initiated
12 thnhumanaﬁnicaluialsthattheholdmreﬂedohm
13 its spplication for sach approval, certifieation, or li-
14 . cenge; and _‘ '
15 “(C) the applicant submitted such epplication, in-
16 cluding the reports of the clinicel and animal studies
17 necessary for approval, oaﬁiﬁc&tion, or licensing, not
18 more thex 12 months after the holder submitted its
19 application, including such reports, for such ae-
yit) tion.”.
21  (b) PUBLICATION.~Section 526(e) (21 U.8.C. 360bb(o)
22 is amended—
23 {1) by inserting “for a rare disease or ¢ondition”
24 after “(a)”; and '

w62 PEGS.
PO1
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| 1 (2) by striking out “shafl bo meds available to the
2 public” and inserting in Meu thereof “shall be
| 3 promptly published in the Federal Register and-othe
E 4 erwise made available to the public in a manner de-
| 5 signed to notify persons who have such disease or
6 condiion”. |
| 7 BEC, 5, OFFICE FOR ORPHAN DISEARES AND CONDITIONS,
| 8  BSection 227 of the Public Health Service Act (42
9 U.SC.2%6)isamendsd—
10 (1) in subsection (a), to read as follows:
1 I § “{a) Thers iz established in tha Department of
12 Heslth end Humsn Services an Offios for Orphan Dis-
13 eases and Conditions. The Office shell bo established at
’ 14 a level within the Department with sufficient sutherity to
.15 assure full implementation of the fanetions and respon-
16 sibilities catablished by this seotion.”; |
R (2) by striling “Board” each place the term ap-
|18 pears and inserting “Offiee”;
{ 19 (3) in subsestion (b), by striking “drugs end
20 devioes” aud inserting “‘drugs, devices, and medical
% 21 foods™; ‘ ' :
22 (4) in mabsection (¢)(1)A), by inserting “of
|23 chapter V' after “subchapter BY;
][ 24 (5) by sdding at the end the Yollowing new sub-
| 25 aection:
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“{f1) There is established in the Office an advisory
comtuittee to advise the Office in carrying out the fune-
tions of the Office under this section.
“(2) The advisory committee shall be comprised of
11 members appointed by the Secretary, in consultation
with the Office and the Gominiqsiom of the Food and

"Drug Administration, from persons kuowledgéahle ahont .

rare diseases and conditions, of whiche—
“(A) 5 shall be representatives of organizations
of perscny with rare diseases or aonditions;
*(B) 3 shall be vesearch scientiats; and
*(C) 8 shall be representatives of health-related

companies. ,

“{8) The Seeretary shall also appoint, as Baisons to
the advisory committee, individnals from the Food and
Drug Administration, the National Institutes of Health,
and other appropriate Federal agenasios.

“(4) Vacancies cccwiTing in the membership of the
advisory committe ulwll be filled in the same manner as
the original appointment for the position being vacated.
Vacancies shall got affect the power of the remaining
members to execute the Guties of the advisory committee.

*(6) Members of the advisory committee, and linigons

to the advisory eommittes, shall not be eompémted, but
shall receive travel expenses, including per diera in lien
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of subsistence, at rates authoriged for erployees of agen.
c¢ios under subchapter 1 of chapter 57 of title 5, United
Btates Code, for sach day the membsr or lisison is en-
gaged in the performanee of dnties away from the home
or regular place of husiness of the member or lisison. |

*(6) Notwithetanding section 1842 of title 31, United
States Code, the advisory committee may accspt the vol-
ntary servicos provided by a member of the advisory com-
wittee or & Laison to the advisory committee.”; and

(8) by amending the section hoading to read as
follows: ""OFFICE FOR ORPHAN DISEASES AND CON-

DITIONS”,

SEC. 6, AUTHORIZATION FOR ORPHAN DRUG ACT.

Section 5(c) of the Orphan Drug Aet (21 US.C.
B80ec(¢)) is amended by striking “810,000,000” and all
that follows and inserting “$20,000,000 for fiscal year
1996, $26,000,000 for fiscal ysar 1996, and $30,000,000
for fiscal year 1897.". |
BEC. 7. APPLICABIUITY OF AMENDMENTS.

' The amendments‘mada under rectione 2 and 4 shell
appiy only to an application, certification, or license for
& drug designated under section 526 (21 U.8.C. 380bb)

-for a rare disease or condition that is approved or issued

after the date of enactment of this Act.
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. ‘ 1 BEC. 8. EFYRCTIVE DATE OF DEEIGNATION AMENDMENTS.

| , | od®
| 2 The amendments made under section &,shall take ef-
{ 3 fect on the date of enaotment of this Act.
|
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