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National Organization for Rare Disorders. Inc. 
NORD. 100 Rt. 37, 1=1.0. BCI( 8023 -!'lew Fairfield, CT 06tHe-1183 • ~203) ""8·6518 

Telephone: 202~778-2306 

May 19, lSHJ3 

TO: Carol Rasco 
Assistant to the President for Domestic Policy 

understand under consideration 

FROM: Glenda Boot~___ ~f--
DireCtor of policy 

A....."L -> ~ r _----__r_ 
SUSJ: Thursday meeting on health care reform 

Thank you for your willingneea to meet with NORD on 
Thursday at 11100 a.m. 

Attending will be 

Dr. Jess Thoene, president
Abbey Meyers, Executive Director 
Glenda Booth, Director of Policy 

! am faxing a short briefing ~aper that outlines some 
of our ooncerns that we 
as the White House Task Force develops tne President's 
health care reform proposal. we look forward to 
discuBs!ng these with you. 
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Ms. Carol Rasco 
Assistant to the 
The White House 
Washington, DC 

President 

20?OO 

for Domestic Policy 

Dear Ms. Rasco: 

I want to sincerely thank you for meeting with me, Dr. Jess 
Thoene and' Glenda Booth last week. Our discussion about 
the concerns of people with rare "orphan diseases" was 
truly encouraging because we know that you can 'personally 
identify' ·with the 'and pain that families face every 
time they· have to deal with the inequities of our health 
care system.Th~ members of NORD (127 national voluntary 
health agencies and 50,00 0 individuals with rare disorders 
and their families) are very hopeful that President Clinton 
can restructure our health care system and guarantee every 
American access to affordable medical care. 

We ap"plaud·· the President for his willingness to address 
many long-neglected health care needs, and we look forward 
to working closely with you to enact a proposal that 
truly comprehensive and universal. You and las parents 
children with disabilities know that our legacy to future 
generations must be a health care system that t-ruly 
provides access by the ill and disabled, and restores 
people like Cathy McClanahan to a productive life. 

The unique problems of people with rare disorders are only 
different because they are complicated by medical 
ignorance, isolation and the absence of adequate 
treatments. Every person with a disability reiies on hope 

hope that a treatment or cure will be discovered, ot' 
that a technological breakthrough will enable them to lead 
a more normal (e.g., talking computers, or portable 
respirators instead of iron lungs). But people with orphan 
diseases fear that scientists are not studying their 
disorder, and that drug companies will not develop 
treatments for them. Ultimately they fear loss of their 
health insurance, and even when a treatment is developed, 
families can only hope that they can afford it. 

" ....IO/tlwrdarlr-. 

_I Syndrome _leU.,_rna SocIety lor Sleep 0_", 
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As Mrs. Clinton said so eloquently, we cannot stand alone among all 
industrialized nations of the world and rationalize why we cannot 
guarantee health care to all of our 'citizens. We at NORD wEmt to help 
you end this injustice. 

Thank you again for your precious time. We hope you will stay in close 
touch with us during, this time of historic changes. We pray that 
President Clinton will have the courage and stamina to face the massive 
health care struggle that lies ahead. 

Very 	truly yours, 

~~ 
Abbey S. Meyers 
Executive Director 

ASM:aa 

cc: 	 Jess Thoene, M.D. 
Glenda Booth 
~athy McClanahan 
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President: 
Jess 711O"ne. M.D. 

Executive Director: 
Abbey S. Meyers 
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Ehlers·Danlos National FOlmdatlon 
Epilepsy FOU/tdation ojAmerica 
Families ojSpinal Muscular A trophy 
Fanconi Anemia Research Fhnd. Inc. 
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-Associations arejoining contInuously. For 

please contact the NORD office. 
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NORD'S RESEARCH PROGRAM 


NORD's Research Program is governed by 
its Research Advisory Council (NRAC) on 
the recommendations of NORD's Medical 
Advisory Board (MAB). The scientific grant 
program was initiated in 1988 through a 
request for proposals. These grants pro
vide funding to scientists performing re
search on new treatments for rare disor
ders. NORD will not fl1nd grants for basic 
research unless it is directly related to a 
new treatment for a rare disease or condi
tion. 

All of NORD's programs must develop and 
flourish simultaneously because one can
not be effective without the other. For ex
ample. NORD may fund a research study 
on a disease that affects only a handful of 
people in the United states. The scientist 
may require the participation of 25 people 
with that disease for the research project. 
Through NORD's education and network· 
Ing programs, NORD must attempt to lo
cate patients needed for the study and 
encourage them to contact the researcher. 
Each individual can then make a decision 
as to whether they wish to participate in 
the research project. Additionally, NORD 
attempts to relay information about impor
tant scientific studies to the medical com
munity so that practicing physicians can 
refer their rare disease patients to the re
search scientist. Thus, adequate resources 
are required to carry out NORD's miSSion 
through all of its vital programs. 

Your donation to NORD will provide help 
by expanding medical research. fostering 
education and ensuring that the voices of 
all peopie with rare disorders are heard in 
unison before all levels of the government. 
health related industIies. and the scien
tific corrnnunily. 

. out of the darkness, 
into the light . .. 

NORD 

100 Rt. 37, P.O. Box 8923, 


New Fairfield. CT 06812-1783 

(203) 746-6518 
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Not so rare... 
'Our son was misdiagnosed for more llian two 

years. You crumot imagine llie nightmare we 
lived llirough. The professionals we saw could 
not identifY his illness. We spent huge sums of 
money searching for an answer. When his disor
derwas finally diagnosed. we learned lliat it was 
so rare, physicians knew little about it. There 
seems to be no treatment. and very little research 
giving us hope for his future. W 

i\.lthough this parent thought her story was 
unique.. millions of Americans with rare disor- . 
ders have suffered similar agonies. Names of 
their illnesses may be dUIerent, but most have 
expelienced the indignity ofsearching for help in 
vain. Rare disorders are "back of the tt;...'d:bookw 

illnesses, unfamiliar to the general public and 
professionals alike. They can strike people of all 
ages. all races, and all ethnic backgrounds. Many 
are genetic; others are acquired through environ
mental causes; but for most, the cause is still 
unknown. 'Thus, even after a famlly obtains a 
proper diagnosis, theyare too often left with more 
unanswerable questions. 

NORD created to help 
The National Organization for Rare Disorders 

(NORD) has been created by a group ofvoluntary 
agencies, medica) researchers and individuals 
concerned about Orphan Diseases and'Orphan 
Drugs. Orphan Diseases are rare.. debilitating 
illnesses which strike small numbers of people. 
Orphan Drugs are therapies which alleviate 
symptoms ofsome rare diseases, but which have 
not been developed by llie pharmaceutical in
dustry because they are unprofitable. 

. Any disorder affecting fewer than 200,000 
people is an "Orphan Disease because products 
developed for these illn.esses are considered. by 
the pharnlaceutical industry as "drugs of llttle 
commercial value. ~ The cost ofdeveloping a drug 
in llie U.S. today ranges between $50 million and 
$80 million. To provide incentives forcommerclal 
development of Orphrul Drugs. Congress en
acted the ·Orphan Drug Act. ~ which became a 
law on January·4. 1983. 

,-:!5'.: '~ 

t;f:\~' . 
.• t \ ~ 

U's just the beginning. . . ,t;;:;:;. 
1111s legislation has substanti~~jbr. impaded 

upon the Orphan Drug problem b)i:::b'lTering tax 
incentives to drug manufacture~;~,ybo develop 
Orphan Drugs. In addition, the A~t;.t~ives seven 
years exclusive marketing rights td;~~yelopers of 
unpatentable therapies. A small pd~(ormoney is 
authorized by the legislation for g~~Js·to scien
tific investigators forresearch on n~w:tr~atments 

....j .••• 

for rare disorders. .\:HJ .. 
Passage of the Orphan Drug:W¢t. however~ 

does not signilY the end ofthe struMle f~r people 
with rare disorders; ra!her, it repr~'w.rits only the 

'1','
end ofthe beginning. Recognizing t,nCit'more than 
5,000 rare disorders affect more thcfu 20 million 
Anleri~ans, NORD addresses their"d8irimon con~ ..' 
cerns; people with Orphan Diseas~~~6not suiler 
less pain and their families do n~f:~ndure less 
agony simply because srpall ntiffi~rs are af
fected by these illnesses. ·;b·: ;. 

%:J/~: 
NORD's objectives are: rg:;·. 
• To encourage, promote and f¥d SCientific 
research on the cause, control and;ilitimate cure 
of rare disorders. T;~;(. 

• To. educate the general publi~\?~I;'ld medical 
profession about the existence, ~i~gnosis and 
treatnient of rare disorders. }::,\'.. ' 

f:"\i)::;' . 
• To act as a clearinghouse for-/.fuforrnation 

t ~ : . 

about rare disorders and to networkfamtlies with 
similar disorders together for mu(i'i;U·support.· 

!?~.~.~ :: 
• To foster communication among:ra:r:e disease 
voluntary agenCies. government .B,Rqies, indus
try. SCientific researchers. acadenii~\nst1tutions 
and concerned individuals.FL . 

<:·>·:·t· . 

• To accumulate and dissemin<:tf'~'I:inforrnation 
about Orphan Drugs and Devices.'M~g known 
their availability to patten ts. physidi~~ and other 
concerned palties. '\'(:".:' 

.\.f;~/!~ ': 
~l'~~:'~:': ~:.. 

~fi> 

• To assist in harmonizing and making more 
efficient the work of voluntary agenCies and to 
olTer technical assistance' to newly organized 
sLlpport groups. 

• To focus the attention ofgovernment, ind ustry 
and the scientific community on the needs of 
people with rare disorders. 

Your help is needed•.• 
NORD's newsletter, ORPHAN DISEASE up. 

DATE, reports about progres;s in research on rare 
disorders; recent activities bygovernment, health 
related industries and the SCientific community: 
and relates personal accounts of courageous 
struggles by people with orphan diseases 
throughout the world. 

NORD is dependent upon your support to 
carry on Its vital activities, which have not been 
addressed byanyotheragency. Even ifyou do not 
suiTer with a rare disorder. chances are a relative, 
friend or neighbor does. NO ONE IS IMMUNE 
FROM BEING SI'RICKEN BY AN ORPHAN DIS
EASE. 

Your donation provides medical research, 
fostering education of the public and medical 
profeSSionals so that people with rare diseases 
will be more readily recognized and helped,and 
e.xpandingNORD's "Networking" programs<>that 
families willi orphan diseases can be linked 
togellier \vith others having the same health 
condition. 

Please help as your donation does make a 
dillerence in helping us overcome these little 
known painful, debilitating and. in some cases. 
life threatening disorders. Your support ofNORD 
todaymaymake a dilTerence to someone you love 
tomorrow. 

National Organization for Rare Disorders 

NORD, 100 Rt. 37, P.O. Box 8923, 


New Fairfield, cr 06812-1783 

(203) 746-6518 
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May 19/ 1993 

Concerns of the National Organization for Rare Disorders 

Health Care Acess and Cost Control Reform 

Prepared by 	Dr. Jess Thoene~ President 
Abbey Meyers/ Executive Director 
Glenda Booth/ Director of Policy 

Telephone: 	 202-778-2306 

The National Organization for Rare Disorders composed of 127 
organizations representing over 5,000 known rare or "orphan" 
diseases which affect an estimated 20 million Americans. A 
voluntary, nonprofit organization, NORD is dedicated to the 
prevention, treatment and cure of rare diseases and the welfare 
of people icted by these illnesses. Since its inception in 
1983, NORD has served as the primary non-governmental source of 
information and referral on rare diseases for those seeking help. 

1. ACCESS TO APPROPRIATE CARE 

• Practice Guidelines or Parameters: The growing use of practice 
guidelines or parameters has serious consequences for people with 
rare disorders. 

Practice guidelines and normative practice standards have not 
been established for most rare diseases due to the few patients 
available and the difficulty in providing a patient base adequate 
for a meaningful clinical trial. Many pat s are treated 
according to the clinical experience of specialist physicians in 
academic medical centers who have personally had contact with 
relatively large numbers of persons with specific rare disorders. 
In addition, patients with rare disorders frequently require 
highly individualized care, including, for example, specialized 
diets, medications and appliances. 

Coverage plans must recognize that pract guidelines may be 
nonexistent or inappropriate for persons with rare disorders and 
must include easily implemented exceptions reimbursement . 

• Reimbursement for Use of Specialists: Because symptoms of rare 
diseases are often vague and confusing and because most 
physicians are unfamiliar with rare diseases, accurate diagnosis 
can take years. The National Commission on Orphan Diseases found 
that 31 percent of rare disease patients took one to five years 



to receive a correct diagnosis and 15 percent took more than six 
years. Once diagnosed, a patient faces many obstacles to getting 
appropriate treatment. Generally, there are few physicians 
knowledgeable about rare diseases. These physicians, who are 
usually dispersed allover the country in university medical 
centers, are often the only source of appropriate care. 

Recommendation 

Benefit and reimbursement policies must recognize the need for 
recognized specialists to provide care for persons with rare 
diseases. Coverage plans should be aple to negotiate reasonable 
prices or develop reciprocal agreements with dist~nt providers 
when qualified specialists are not locally available. 

Failing to provide coverage or reimbursement for treatment by an 
appropriate provider will result in inappropriate care and 
deterioration of health, which creates unnecessary costs . 

• Reimbursement for "Off-label" Drug Therapies 

Adequate prescription drug benefits are critical for people with 
rare disorders. Current problems take three forms. 

First, many rare diseases are chronic; thus, drugs to treat them 
must often be taken for a lifetime. Current commercial and 
public coverage plans usually provide limited coverage and have 
high deductibles and copayments. 

Second, physicians treating persons with rare disorders often use 
"off-label" drug therapies, therapies considered by insurers to 
be experimental and thus, not medically appropriate or medically 
reasonable, the traditional standards for coverage. 
In addition, drug companies are not willing to invest time and 
money in getting Food and Drug Administration approval for "off
label" uses. 

"Off-label" drug therapies are frequently the only effective 
treatment for many rare disorder patients, enabling them to lead 
productive lives. This is often their only source of hope. 

Third, drug prices, particularly for persons with rare disorders 
are often exorbitant. For example, Ceredase, used to treat 
Gaucher's Disease, costs $350,000 per year for adults and must be 
taken for a lifetime. Human Growth Hormone, for treating 
Pituitary Dwarfism, costs $30,000 per year. Drug prices overall 
have been rising more than twice as fast as the Consumer Price 
Index for a decade. 



Recommendation: 

Coverage plans should recognize and reimburse for "off-label" 
treatments. Many recognized experts are available to help 
develop standards. All normative standards should be carefully 
developed to recognize the broad diversity of diseases and 
conditions which can affect all Americans. 

Drug benefits must be comprehensive enough to provide persons 
with rare disorders enough care to help them live functional 
lives. Modest deductibles and copaymentsare reasonable. 

Pharmaceutical prices must.be controlled. 

2. MEDICAL PRIVACY 

As advances in human genetic research accelerate, there will be a 
vast increase in the amount and kind of genetic information 
available for and about individuals. Much of this information 
will be useful in predicting, preventing and treating rare 
diseases. 

Traditional commercial health insurance policies have 
increasingly relied on the selection and rating of risk 
(underwriting) and have used information from an individual's 
medical history to selectively insure individuals and price 
policies. With potent ly more genetic information available, 
insurers, thus, may have access to more predictive information on 
individuals and use it in rating the risk for insuring 
individuals and their families. 

Recommendation: 

We welcome press reports that the Administration's health care 
reform plan will prohibit experience rating by coverage plans and 
will prohibit plans from conditioning insurance on "pre-existing 
conditions. II 

Health care reform must guarantee that medical records are kept 
confidential, that patient privacy is protected. Providers must 
be required to protect patients' privacy and patients must not be 
compelled to provide medical histories for purposes of health 
insurance. The privacy of medical records has broad social 
implications beyond health care. 

3. ORPHAN DRUG ACT REAUTHORIZATION 

Pharmaceutical companies have hesitated to make drugs for 
treating rare diseases because markets for these drugs are 
limited. The Orphan Drug Act of 1983 (P. L. 97-414) includes 
three major approaches designed to encourage manufacturers to 



develop orphan drugs: market exclusivity for 7 years; a research 
and development tax ti and a grant program administered by 
the Food and Drug Administration. The tax credit expired in June 
1992 and the grant program's funding authorization terminated in 
1990. Former President Bush vetoed amendments in 1990 and bills 
introduced in the 102nd Congress did not become law. 

Recommendation: The Orphan Drug Act should be amended to address 
excessive profits never intended by its originators along the 
lines of the legislation introduced in the last Congress. Under 
these bills, if drug sales exceed $200 m~llion in cumulative 
sales before expiration the seven-year period of exclusivity, 
the exclusivity would end. The tax credit and the grant program 
should be extended. 
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