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Int'erOffice Memo ./' 

TO~ _~_arol Rasco ~ 
From: Christine Heenan -

Date: 
I 

November 10, 1993 . 

Su~ject: National Organization for Rare Disorders letter 

In researching the appropriate response to the NORD request you received, I 
-spdke 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 
g09d bill for the Administration to support. 

! 

Background 
I 

I 


! The group represents individuals with, (and parents of children with), rare 
diseases. They are a small constituency, and are the population most sensitive to the 
importance ofcontinued 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 

They now support pharmaceutical cost containment, including strong support of 
the Breakthrough Drug Committee in the President's Health Security Act. (see attached 
letter). They are very supportive of the President's proposal overall and will be on our 

I 

side when the drug companies try to make the argument that cost containment will put 
thdir 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 Legislation 

. Chris believes this is a fair, balanced piece ofbi-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 
coD.ference. ' 

. One thing we could do immediately is send back a letter from NORD indicating . 
I . 

oUf 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 
As:sistant 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 ~l 0 II. (l il 0 

m~mo on the bill and the issue so that you have it as background for your discus_~ions with J ..),}.Y-/v-

.o~ and Howard Paster. . '.~ 
I 

~~ 
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National Organization for Rare Disorders, Inc. 
NORD· 100 Rt. 37. P.O. Box 8923' New Fairfield. CT 06812·1783' (203) 746-6518 

October 14, 1993 

Mrs. Hillary Rodham Clinton .,.-~ - .. ......... ,
The White House . 

Old 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. 

We are certain that health reform is doomed to failure 
unless there are st.ringent measures to keep price hikes in 
li~e wit.h inflation, particularly prescription drug 
prices. In addition, the nation sorely needs a mechanism 
for helding down the prices of ne'''''' drugs that reach the 
market. . 

NO~D represents approximately twent.y million Americans who 
s·...:.f~er from more than 5,000 ra:::-e "orphan diseases.1! Each 
of t:-.ese· ailments afflicts fewer than 200,000 Americans. 
rv1es: of these disorders are serious, debilitating, chronic 
an:. some are fatal. The populations we represent often 
ha":e great difficulty obtaining or retaining health 
i~s~rance, and treatment very often requires expensive 
pharrr.a:euticals that must be taken throughout life. 

Fer ttis reason, NORD has been an outspoken critic of the 
oi.:.:ra~eo·:,:s increases in pharmace'...ltical prices over the 
las: d:cade~ The follo~"ing parag!'"aph from the artic;le, 
''Do i\e Pay Too Much for Prescriptions, I! in the October 
iss:.:.e e: Consumer Reports, is ample testament to the 
i~c·..:.s:ry' s Single-minded and insensitive pursuit of 
p r:)f i: 5: 

"Last year the phariilaCe"..ltical i.."1dustry 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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Hillary! Clinton 
er 14, !1993 

I 

I 
· I. h f kWe be1~eve l.n t e ree mar et system and the importance of profit as an 

incentive for research and development. However, we also believe there 

While h9ve evidence that the industry is beginning to rein 

is a distiriction bet ween profit making and profiteering, particularly 
when these! profits are being made at the expense of essentially 
helpless si¢k people. 

i 
we seen some 

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 
"orphan dr]Jgs." Ceredase, for instance, a drug used to treat a rare 
genetic dis;order 'called Gauchers Disease, is the most expensive drug in 
his:ory. 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 
breakth:::cugh c.rugs currently, in the pipeline at FDA are designated as 
"o:::phan drugs", NORD is particularly fearful of what the companies may 
cha:::ge fO:::i these new medications. The proposed Breakthrough Drug 
CO:'.mittee, ! e':en though it could use more enforcement powers, is an 
abs81ute m~s: for health care reform. 

The pha!'m~ceutical indu s::ry will not lose money under your health 
re~=!'rn p:::o~:::am. They will make up for price restraints through higher 
sa:'es volume and a sorely needed reduction ·.of· their outrageous 
ma:::ke:i:::g 'expenses. Therefore, we urge you to retain the provisions 
fo::: pha:::rr,aceutical cost containment, and especially the Breakthrough 
Dr..lg CC:'.:T,:::tee, which will hopefully be able, to moderate the prices of 

'''''" re-1'" 0""j";""';,J,. '__ _ 

J..SM:aa 

cc: Ch:ri~ Jennings V 
I:::a r~aga:ine::: 
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TO: i:.: Christine Heenan 
I 

FROM: Carol H. Rasco 
I 

SUBJ: I National Organization for Rare Disorders 

DATE: • November 5, 1993 

As you will remember the above referenced group is one several of 
us have visited with over recent months. Please review the 
attac~ed 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 nee~ to answer this person by the close of business next week 
so if Y0U can get something to me by noon Wednesday, November 10 
it would be helpful. Thanks! 



I . . 
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National Organization for Rare Disorders, Inc. 
NORD. P.O. BOx 89~3, 100 Rt. 37' New Fairfield. 9T 06812-'189· (203) 746·5518 

PAX TRANSMITrAL . 

TO: Caro I lisM 
ORGANIZAnON: ofRc C Qr ];Jam! 61z'k h /I'c Y 

FROM: Ahht if 114 r; reS 

SUBJECT: Drpha/J l::ruj ilk; Atnt.n dm enis 

REMARKS: 

This is page 1 of ~--,-/.e:2-=--__ pages. 

NOV 4 REC'O 



------1~OV-04- , 93 THU 15: 52 --'Tfi:"BRRKSDALE BALLARD TEL NO: 	 1:1762 P02 

National Organization for Rare Disorders, Inc. 
,. 	 NORD. 100 At. 37. P.O. Box 8923' N8w Fairfield, cr 06812·1183 • (203) 748·6518 

November 4, 1993 

Ms. Carol Rasco 
A&&ietMt to the President 

for Domestic Policy 
Office of Domestic Polley 
Old Executive Office Building 
Washington, DC 20600 

Dear Carol: 

As you know from our discussion last May, Senator Howard Metzenbaum and 
Senator Nanoy Kassebaum intend to introduCG the Orphan Drug Act 
Amendmentsthia year. Similar amendments were vetoed by President Bush in 
1980, and In 1992 the amendmenti were stopped by intense phermeceutloal 
Industry lobbying. 

I am attaching a draft copy of the 1993 amendments. We really need the 
support of the White House on this issue. If you need details, Bill Corr. Deputy 
As:s:istant Secretary for Health. Is an expert on the subject of orohan drugs and 
he can provide all Of t!'le pOlitical Intricacies InvOlvea with the legislation. 

Carol, we expect the drug Industry to lobby against this bill 8& if it were e test 
run for health care reform. We hope to hold a preas conference when it is 
Introduced and it would be significant If someone from the White House were 
prQGQnt to show the administration's ;upport of the bill. The leoislation is a first 
step in pharmaceutical cost containment. 

If you have any questions, or if I can provide further information, please do not 
i hesitate to contact me. 	 .I 

Very truly yours,
I 
I rJArI~~~~ 

~	Abb;Y~? ~eyers . . 
Executive Diractor 

cc: 	 Kathy McOlanahan 
Bill Corr 

! 
I 
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I 
, O:\t\DB\lll)MI.l81 	 &,1..0. 

(':/', 

lOSD OON()USS S 
1$1' SBS8IQN • 

IN 	THE SENATE OF THE UNITED STATES 

lba. G9BRU1K (for hIrMlf AWlltfr. l'U'fiIlNBA'OB) btwau.<t the ~ 
bill; ...hiob ..... rtad tIMet an4l'th:rf1Ci to the CownItt.e on ___ 

, 	 ABIU 
i, 

To 	&nleud the Federal Food, Drug, and COmlstic .Act, th.a 

Public Health Service Act, Imd the Orphan Drug Act 
to revise the provtslODS Of such Acta relating to orphan 
~, a.nd for oth.- pu1'pODe9. 

'I 

2 'IC. GlUts Un(terl8ftltea OfAmmc.a in UfJffI/f'l!JI8 auembUrd, 

3 SlCTION 1. 8Il0aT ~AND RB.I'lIlDNCB. 

4 (a) SHORT TlTLE.-Thia Act may be cited as the 

S "Orphan Drug .Act Amendments of 1998 ". 

6 (b) RlDFBRBNCE.-When€WeJl in this Ati (othfU' than 

7 sections 5 8lld 6) an ame:ndment 01' repeal is sxpfGMM 

8 in terms at an amendment to, 0"1." repeal of. .. seotion or' 

9 othel" proviBion, tht raferillce sball be oonsidered to be 

i 1 
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1 mad. to .. eectioD. or other ptoViaion of tba :Federal Food, 

2 Drug, and Cosmetio .Act. 
,., 

3 DO.'. PIIlBIOJ) OJ' IIXOliOBlVllT. 


4 (8) INl'I'I.AI.A PEmOD.--Ekthsection (a) of l!I8Ction 627 


S (21 U.S.C. 8eOee) is ameuded

6 (1) by redesignating paragraphs (1), (2). Wld 


"I (a) as subparagraphs (A); (B), IIld (0), reapeetlvoly; 


8 (2) by SMelting «'(It after '(a),,; 


9 (3) by strikinB "seven "Ieara" and ins~ u4 

10 ~";aDd 

11 (4) by striking "505(0)(2)" and, inaertina' 

12 "505(o)(1)(B)". 

13 (b) ADDITION'.4.L hRlOD.-Subsection (a) of section 

14 521 (21 U.S.C. 360oc) (as emended by suh8ectiou (11») is 

1S i\uther amended by adding at the end the following new 

Ui P&ra.(p'aphM: 

17 'C(2)(A) The holder of ~e approved applioation, oet

18 tifi(l8.tioIl, or license of a dNg to which the 4-yea.r period 

19 of exeJueivity applies under ~pb (1) may, after, the 

20 expiratic:m of 8112 )'ears of such period but not later than 

2t 90 days before the eJpiration of web period, aubmit an 

22 application to the Seoret&l'J' tor a 3-yva.r utemriol1 of such 

23 periQd. Such an application &baR C)G».t&in su.oh informat.ion 

24 as the Secretary determ.lnee is neceasary to evaluate 8\\oh 

25 a.pplication. 
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t . nCB) The Sooret&ry shall make a decision Oll an appli. 

2 cation iUbmitted \lllder subparagraph (A.) wlWn 60 da.va 
3 .ot the date of mob appHoa1i~ltG wJ:llnisfJion it :the appll

. 4 	 MDt d&m.0D8tmtes that the net eun1Ulatift ... ·of tho 

5 drug for .wbich the appHoation wu aubnUtted w:U1 not _. 
6 oeed $aOO,OOO,oooc1urirc L'JUCh bear period. 

7 U(3)(.A) .After an a.ppUeation Illbmltted under pa.ra

8 graph (S)(A)h&lI been approved by the Searatar.v' tor a 
r 9 drug. any perion may pet1tf~n the Se«retar;y to termma~-) 

. 	 ---- i 

~ JJ .~e".~t~. D~t'. ~tive lalel Qt.gh..~ soeed I 
12 $200,.000,000. The S~ 8ha1l plVVide tlie bolder ot --t 

".....--- ,- .. ''', .~ .."' ".. ',,' .., ", - . ' 

L--"'"" 13 su.ch approVed Applioe.tioD a reasonable opportunity to re

14 spond to. the 'petition within 30 • of the date of the 

15 ISUbmiMion of the petition. Such a petition and Naponse 

US shaH oontaln moo informatIOn as the Secretuy'detennilleli 

17 is uoetIlU'f to evaluate the petition. The Secntary 8b.all 

18 oomplete aution on a petition within 90 days fJf the date 

19 of it. aubmillicm.. 

20 H(B) If the Booretary determines that the CUIIIUlBtive 


21 Det sales of a drug are more than $200,0001000 durlDg 


22 the period begimdng on the approval of 8UCb drur and 


. 23 ending on tha date of the submission of the petition, the 


24 Secretary shall issue.a notiee staUng that the pro~bition 
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1 OJJ. IIPProvabi in pfII'R&lllPh (1) doBS not app~ to BUeb 

'2 drac.", . 
3 (0) DilPINr.rtON.-SubMCtioQ (a) of section 527 (21 

4 U.S.O. S60oo) (u amended by ettbeeetiQn (b» i.e f\notber 

5 amended by adding at the end the foUO"fing new para

6 graph; 


1 U(') .As uaed in this 8U~OD, the term uOQDlulatiw 


8 net 88letJ" of a drug means lDtal wes of the d.rui in the 


9 UDited States minus disoounts, anowances~ and ret1lrIltI.H. 


10 RC. It DBBIGNA'l10N8. 


11 (a) IN GmNEB.AL.-aeetion .526(8)(2) (31 U.S.O. 


12 360bb(a.)(2)) is amended by adding before the period at 


13 the end the following: "and on the basis of projectiOlLB as 


14 to the number of persons who will be affected 1;Jy the dis


IS eue or condition 3 years from such date". 

16 (b) ExoLuSMTY.-Sectiou 527(b) (21 U.S.C. 

I? BSOcc(b» is ameaded

11 (1) by striking "or" at the end of paragraph 

19 (llt 

20 (2) by striking' the period at the end of pa.ra-

21 cnph (2) and iJWerting a.semioolonj and 

22 (8) by adding at theGnd the, following new 

23 pa.ragrap)ta: 

24 44(3.) a drag hal been de.aUMl ""dAr S8Gti021 

ZS 526 for a raN diHase or ooDdition deserlhed in see

~'.I
I ," 
I 
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1 tion 526(a)(2)(A) a.ud if afWr such ~0l1 for 


Z such disease or comiition does not meet such de

3 smi.ption; 


4 H(4) the Secretaty baa issued a. notioe under 


5 subsection (8)(8); or". 


6 SBO." ~U8DBVBLOPMBNT. 


7 (I) IN GENERA'L.--8ection 521(b) (21 U.S.C. 860oo(b» 


8 (u am.ended by secti0ll2(b}) is amended
, 

. I 9 (1) by redesignating paragrapbA (1), (2), (8), 
I 

10 and (') as subparagraphs (A), (B), (C), and (D', 1'8

11 apdvely; 


12- (2) by insertiq u(l)" dar u(b)t,; 


13 (9) in the matter preceding paragraph (l)(A) 


14 (as so redesignated) by striking "for a peI'BOD who 

15 is not" a.nd by inserting "tor an appl16aDt who Is 

16 not·'; and 

11 (4) by adding At the end the following: 

18 ·'(E) the Seo:retary finds, after providing the hold

19 eJ". hob. applicaut, and. any other int:ereBted person 

20 an opportunity to present their -newe, that the drop 

21 . of tlLe holder ad such applicaDt were developed &i. 


n multaneo118ly. 


23 The S~tary ,ball make a deoision on a. request tor a 


24 tinding under subparagraph (E) not later th.Ml 80 d"" 


25 after the fi.liur of the l'eqUeat. 
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i 1 U(2) ForpurpolJes. ofpara.rrraph (l)(E), d.rrIaa of a hold~I 

I 2 et and an applioant shall be eonaideNd to be ds\ta1opad 

! ebnultaneouiy only if

4 "w the applicant :requestod that it. ara, be dea· ,
! ' ignated under section 526 no Jater than 6 months 
: 

"" a.ftel" publication of the dssipatton 1'Ulder lJeGtton 

, 7 536(0) of the hold~s drug; 

S u(B) the applieant initiated the h'1:uun elimO&l 

9 trials that thQ applioant rolled on in its applicAtion 

10 for n.oli apPr0T81t eertification, ot lieense not more 

11 th&n 12 months after the date the bolder iDitiatBd 

12 the human clinical trtals that the holdal" ~d aD m 
13 its appltvation for mch appl:oval, OOt'tifio8tion, or 11.. 

14 canso; and 

IS U(C) the applioant cubmittGd 111Gb application, in

16 oluding the reports of tho clinical And animal Btudie. 

17 necessary tor approval, certification, or lioens.ing, Dot 

18 more thm lB months after the holder submitted its 

l' applieatio~ including such reportS, for suCh ~. 
tiZO on•.JI 

2.1 (b) Ptr.8L1CATION.--section 526(e) (21 U.S,C. 36Obb(o) 


22 is amended

23 (1) by inserting "tor B l"8N disease or condition" 


24 AfMr "(a)", o.nd 


i , 

OilIICI!.Ar t.... 
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1 (J) by striking out "shall be made available to the 

2 pUblic" and inaerting in llou thereof "1Shall be 

3 proIDptQr publilhed in the Federal Begieter and·otb. 

4 emaa made al8ilab1e to the publio in a manner de-

S BJgned to notlty persona who have fmCh d18ease or 

6 condition". 

1 810. G. OmOE FOB OIU'BAN DJ8&ABI8 Am) OOM.l1TJONS. 

8 SemioD 227 of the Public Health Service .Act (42 

9 U.S.C. 236) is amended
10 (I) in wbsection (a). to read 88 fonOWB: 

I 


I


I, 	 11 (I(a) There is established in tba Department or 
I 	 12 Health and Ruman Services an Office for Orphan Dig· 

13 eale$ and Conditioml. The 085.1)& .hall be established at 

14 a level witbm the Department with rmlfloient authority to 

15 8EI8Ul'e full implementa.tion ot tha function& and re&pon" 

16 mollities established bythie section/'; 

17 (a) b:r 8tri1tin,r «'Board" each place the term ap

18 pears and inserting uOffIee"; 

19 (3) in aubleOtion (b). by BtI'ikiIlr udrop and 

20 dcwioea" and inserting "d.ruga. devioeG, and modicol 

II foods"; 

22 (4) in ~OIP. (e)(l)W. by ~ "of 

23 ehapter V" after "lJUbchapter B"; 

24 (5) by addinJ at the end the foJInwing new m.b

25 aectiOlC 
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1 H(f)(l) TheN is established in the Office an advisory 

2 committee to e.dviS8 the Office in ~ out the &mo· 


3 UOWiI of the omo. Uftder tbia INtion. 


4 
 H(S) The advisoJ"1 oommittee shall bo eoDIPriaed of 

5 11 members appointed by the Secretary. in consultation 

6 with the Office -.nd tho \l9l1L11'liAioner of the Food and 

7 . Drug AdminiatratioD~ from per80IlB knowledgeable abont . 

·8 rare di888Be8 and conditiona, otwh1eh

9 "(A) IS man be representativea of Ol'8amsationa 

10 of peraou 'With rare dil8MOl <>r oondition&J 


11 II(B) 3 aball be '&"esearoh eoientiltlj ODd 


12 U(O) 8 shall bo rcprclCUta.tiTCfJ of health-related 

13 eompamea. 

14 "(8) The Secretary shall also appoint, aa liaisons to 

l' the advisory committee, :Individuals ttom tho Food and 

16 Drug AdmInistration, the National L:un:itutee of Health, 

17 and other appropriate Federal agenoieff

18 "(4) Va.oancies oocurrjng in the meuaberahip of the 

19 ad'Yi80t)" oommitteo alut.1l be filled in the AlllO mlmDer aD 

20 the original appointment for the position being vacated.. 

21 V8C&D.oiea shall DOt affect thB power of the remaining 

22 members to execute the duties of the advisory committee. 

23 41(5) Members of the advisory committee, and liahlons 

24 to the advisory eommittee. elWI Dot be eompetl8ated, but 

25 shall receive travel expenses. ineludina' per diera in lieu. 
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1 of IUb8istenoe, a.t rates autboriaed for CJnployeea of agen· 


2 cioa under 8ubohapter 1 of chapter 57 of'title 5, United 


3 States Code, for eaeh. day 'the, me;mber or liaison is en

4 gaged in the perforinanee of duties awa.y from the home 


S or reroIar pW!8 ot bwltneaa ot tI10 monl'ber or liaison. 


6 44(6) NotwithitaD.dinf'8Ction 1842 of title ,311United 


7 States Code, the adWIory committee may accept the vol


a lIlltaP,y ~ pl'OVidad by a momool· ot the ad:Yisory QOm.. 


9 mUte, or & liaison to the adviaoty committee.Jti ADd 


10 (8) by amtndi-og tho eectiOA beeding to reod as 

11 foU0W8; I'OFli'WlIl !"OR Olt.l"HAN DI8EAS1UI A1lD CON

12 J)ITIONS". 


13 810. Go AUTIIOBlZl\T10N roB ORPHAN naUG ACT. 


14 Seetion 5(6) of the Orphan Drug Act (21 U.S.C. 

15 360ee(e)) is amended by striking j($10,OOO,OOOu and aU 


16 that follows and hiserti;Qg U$20.000~OOO for fiscal year 


11 1996, $26,000,000 tor fiscal yaar 1996, and $30.000,000 


18 tor fiscal year 1997;*. 


19 SEC. ,. APPLIClABIUTY OJ" ~ 


20 ' The amendments ~ under sections 2 and 4 sha.ll 

21 a.ppl,y only to an applicatioD, oerti6cation, or neense for 

22 & drug designated under section 626 (21 U.S.C. S6Obb) 

23 . tor a rare disoose or condition that is approved or hlsuad 

24 after the date of enactmtnt of this Act. . 
" 

'. 
I,
• 
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1 DC. I. IlI'IJ'IilC'I'I DA.TJI: 0' ».I8IONATJOM .AlllNDM.BNlB. 
wet .. 

2 The amendment~ made under seotion ,ehull take et. 
3 teet on the date of anaotm6nt 01 W. Act, 

" 

',' 
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