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Process Paper

Being fascinated by science, I explored the broad subject and came upon orphan diseases.

Further studying orphan diseases, I discovered the Orphan Drug Act (ODA) was created to help

pharmaceutical companies produce orphan drugs and decided to make this the topic for my

exhibit. The ODA is related to the theme as there were many debates between Congress, the

FDA, pharmaceutical companies and the public throughout the creation of it. Additionally, the

ODA itself is an act of diplomacy since the different parties created it through negotiations and

compromisations. While forming the ODA there were successes and failures from multiple sides

in the process of debate, however in the future unexpected consequences occurred.

To study this topic, I used many resources including a journal written about past medical

events, a publication by Henry Waxman about events in Congress and online articles containing

history of the ODA. Additionally, I had a personal interview with Henry Waxman on his role in

the ODA while he was Chairman of the Health and Environment Subcommittee. This interview

was very helpful, I was able to see his perspective and compare it to sources I had used which

helped me form my own judgment on the topic. These sources helped me understand the history

of orphan drugs and identify successes, failures and consequences that led to and followed the

creation of the Orphan Drug Act.

I made my exhibit into four main sections, background, success, failures and

consequences. I decided to have background as a part of the board so I can inform the viewers of

necessary content that led up to the issue. Additionally, success, failures and consequences are

components of the exhibit because they are minor elements of the theme. However, I believe

debate and diplomacy are major elements of this year's theme so I incorporated them throughout

the exhibit and chose to highlight the ideas.



Orphan drug development came to a halt when the Kefauver-Harris Amendment was

legislated. Patients with various orphan diseases were unable to access medication since

pharmaceutical companies were refusing to develop orphan drugs. This sparked debates among

different affiliations in the 1980’s. The result was an act of diplomacy, the creation of the Orphan

Drug Act (ODA). Although the Act created a dramatic increase in orphan drug development

helping orphan disease patients receive treatment, it contained loopholes that pharmaceutical

companies abused for their own gain.

The Orphan Drug Act was a significant moment in history because it had encouraged

pharmaceutical companies to create orphan drugs who were unwilling to at the time. This

resulted in a countless number of people with orphan diseases being helped. Before the ODA,

there had been only ten drugs on the market for orphan diseases, but as a result of the bill passing

there have now been over 400 orphan drugs passed by the FDA. This had a major impact since

there are over 20 million people with orphan diseases, meaning roughly 1 in 10 United States

citizens have an orphan disease.
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The Orphan Drug Act: How Debate and Diplomacy 
Improved Healthcare for Orphan Disease Patients

In 1962, the Kefauver-Harris Amendment was passed, requiring 
pharmaceutical companies to go through attentive testing for new drugs to 

ensure its safety. 

Background

In an act of diplomacy between the government, 
pharmaceutical companies and the public, 

compensations were created for orphan drug 
manufacturers.

Consequences

Thesis
Orphan drug development came to a halt when the Kefauver-Harris Amendment was legislated. 

Patients with various orphan diseases were unable to access medication since pharmaceutical 
companies were refusing to develop orphan drugs. This sparked debates among different affiliations 

in the 1980’s. The result was an act of diplomacy, the creation of the Orphan Drug Act (ODA). 
Although the Act created a dramatic increase in orphan drug development helping orphan disease 
patients receive treatment, it contained loopholes that pharmaceutical companies abused for their 

own gain.

“In the USA, from January 1983 to June 2004, a total of 1,129 different orphan drug designations have been 
granted by the Office of Orphan Products Development (OOPD) and 249 orphan drugs have received 

marketing authorization. In contrast, the decade prior to 1983 saw fewer than ten such products come to 
market. From the passage of the ODA in 1983 until May 2010, the FDA approved 353 orphan drugs and 

granted orphan designations to 2,116 compounds. As of 2010, 200 of the roughly 7,000 officially 
designated orphan diseases have become treatable” 

(Walter Armstrong, Pharma’s Orphans, 2010)

(John F. Kennedy signing the 
Kefauver-Harris Amendment, 1981, FDA)

“The next day, a Hollywood writer and producer named Maurice Klugman 
happened upon the Times article and was moved by what he read. Klugman 

himself was battling a rare form of cancer. A producer of the hit television drama 
Quincy M.E., which starred his brother, the actor Jack Klugman, as a crusading 

medical examiner, he decided to write an episode of the show devoted to 
Tourette's syndrome and the orphan disease problem.” 

(Henry Waxman, The Waxman Report, 2009)

Hearing that it had caught the Klugman brothers attention, Henry 
Waxman had invited Jack Klugman to testify in Congress.

“On the appointed day, The New York Times ran a front-page story on 
Klugman and the orphan disease problem. While our first hearing, nine 

months earlier, had taken place before a nearly empty room, this time we 
arrived to find it jam-packed with cameras and reporters.”

(Henry Waxman, The Waxman Report, 2009)

(Jack Klugman testifying before Congress, 
John Duricka)

Successes

“Following the Quincy M.D. broadcast, however, 
Lewis A. Engman, then president of the PMA, along 

with a few others from the industry, decided to 
testify at the second hearing in March 1981”

 (Koichi Mikami, Orphans in the Market: The History of 
Orphan Drug Policy, 2017)

 “the view that the unmet needs of 
rare-disease patients represented a failure of 

the drug market rather than of drug 
regulation, and ended by reasserting the 

agency’s policy of applying the same 
standards of safety and efficacy to both 

orphan and non-orphan drugs.” - J. Richard 
Crout

(Koichi Mikami, Orphans in the Market: The History 
of Orphan Drug Policy, 2017)

The FDA responded with a strong stance on their current 
policies and refrained from changing. Through these debates, 
the pharmaceutical companies failed to convince the FDA to 

change their process.

J. Richard Crout Director of 
FDA from 1973-1982 
(J. Richard Crout, ASPET)

Failures

Ronald Reagan, the President, considered vetoing 
the bill. But when seeing strong public support, he 

passed it.

“the orphan drug problem is a 
significant manifestation of a 
broader problem relating to 

drug discovery, development 
and approval” -
David E. Collins

 (Koichi Mikami, Orphans in the 
Market: The History of Orphan 

Drug Policy, 2017)

“Rather the problem seems to be in how 
the law is implemented during the 

investigational new drug and new drug 
application review process. … It is an 
unnecessarily rigid implementation of 

the statute that creates problems” -
Peter Barton Hutt

 (Koichi Mikami, Orphans in the Market: The 
History of Orphan Drug Policy, 2017)

Top Left J. Richard Crout, Bottom Left Democrat of 
Manhattan Ted Weiss, Top Right Jack Klugman
(Newspaper on the Orphan Drug Debate, 1981, New York 

Times)

''It can take anywhere from 
seven to 13 years with a cost 
of between $50 million and 

$70 million to bring one 
drug to market” -
Thomas Althuis

 (Koichi Mikami, Orphans in the 
Market: The History of Orphan 

Drug Policy, 2017)

“While this legislation improved drug safety, it also dramatically 
increased the costs associated with developing new medicines. 

Pharmaceutical companies responded by focusing on developing 
treatments for common diseases in order to maximize the 

possibility of recouping research and development costs and 
generating significant profits.”

(Richard Y. Cheung and Jillian C. Cohen and Patricia Illingworth, Orphan Drug 
Policies: Implications for the United States, Canada, and Developing Countries, 

2004)

Representatives from pharmaceutical 
companies came to Congress to debate with 
the FDA for having such a rigorous process.

(Protest in “Give Me Your Weak”, Abby Meyers, 1982) 

(Newspaper On Orphan Drugs, 1984, The 
Deseret News)

“That first hearing, in June 1980, drew a sparse crowd and little public notice. 
Only the Los Angeles Times sent a reporter, and only because Adam Seligman 

was a local resident. But this was enough to deliver an unexpected boost.” 
(Henry Waxman, The Waxman Report, 2009)

The Klugman's involvement was crucial to the creation of the bill, since without the 
publicity he attracted, Congress wouldn’t have paid as much attention. 

“But other important influences also helped gain greater attention for the cause of 
rare diseases. The popular television series, "Quincy, M. E.," for instance, aired 

an episode in 1981 addressing the challenges facing a Tourette’s patient, and 
another episode the following year, about myoclonus.  That focus on rare diseases 
was not accidental.  The brother of series star Jack Klugman, Maurice Klugman, 
was an associate producer of the show who suffered from a rare form of cancer.” 

(John Swann, The Story Behind the Orphan Drug Act, 2018)

“An orphan drug bill passed 
the house but got stalled in the 
senate. Meyers heard a single 
senator (rumored to be Orrin 
Hatch) was secretly blocking 

it. Klugman and his crew 
swung into action.”

(Dan Weissmann, Orphan Drugs, 
2018)

“While you are back home for the 
holiday, we hope you will see this letter. 

We represent millions of Americans 
who suffer from over 2,000 rare 
diseases. Our only hope is the 

ORPHAN DRUG ACT.”

(Letter sent to Ronald Reagan, 
Dan Weissmann)

The increase of orphan drugs was a great accomplishment, but it came with 
major downfalls. Pharmaceutical giants took advantage of the ODA by 

exploiting the incentives that came with the bill and driving orphan drug prices 
up.

(Top 10 Best Selling Drugs, Kaiser Health News, 2016)

“Altogether, KHN's investigation found that about a third 
of orphan approvals by the FDA since the program began 

have been either for repurposed mass market drugs or 
drugs that received multiple orphan approvals.”

(Sarah Tribble and Sydney Lupkin, Drugmakers Manipulate Orphan 
Drug Rules To Create Prized Monopolies, 2017)

Repurposed mass market drugs meant that the ODA became a source 
for companies to obtain unneeded money. Big manufacturers recieved 
a 7 year market exclusivity and significant sums of money from the 

ODA incentives allowing them to take over portions of the drug 
market. 

“Patients suffering from rare diseases who had little hope for a treatment now have access 
to life-changing medicines, thanks to pharmaceutical companies’ investment in so-called 

orphan drugs, which treat diseases that affect fewer than 200,000 people. But the 
increasing number of people who would benefit from these treatments may not be able to 

afford the stunningly high prices, which can reach far beyond $1 million a year.”
(Suzanne Hillinger, The Six Million Dollar Claim, 2019)

“Out-of-control drug prices mean too many patients are forced to choose between paying for their prescription 
or paying their mortgage. The prices for drugs to treat rare medical conditions are 25 times more expensive 

than traditional drugs. That is a 26-fold increase in two decades, according to a new report by America’s Health 
Insurance Plans (AHIP). The study shows that orphan drugs are now entering the market at higher prices than 

ever before, ranging from tens-of-thousands to hundreds-of-thousands of dollars per patient.”
(AHIP, Drug Prices for Rare Diseases Skyrocket While Big Pharma Makes Record Profits, 2019)

(FDA Search Orphan Drug Designation and Approvals, Number of Orphan Indications 
Approved in the United States 2018)

Negatives

FDA Drug Approval Process Debate

Market Exclusivity Debate 

“In 1990, Congress came very close to limiting market exclusivity, but President Bush 
pocket-vetoed the amendments. The President stated that he did not want to endanger the Act’s 

success, which he believed was driven primarily by the incentive of market exclusivity. 
Representative Henry A. Waxman, who was responsible for drafting the 1990 Amendments, 

tried again in 1994 to place limits on market exclusivity. However, this time, Congress failed to 
act upon the proposed amendments, reflecting a shift back towards favoring unfettered market 

exclusivity for orphan drugs.”
(Sumin Kim, The Orphan Drug Act: How the FDA Unlawfully Usurped Market Exclusivity, 2013)

Waxman, the chief sponsor of the 
ODA, had foreseen the consequences 
that came with uncontrolled market 

exclusivity and debated with his 
associates but failed to convince them. 

U.S. Representative from California 
from 1975 to 2015

(Henry Waxman, Democrats Reform 
Government Website)

“That law, the Orphan Drug Act, provided 
financial incentives to attract industry’s interest 

through a seven-year period of market exclusivity 
for a drug approved to treat an orphan disease, 

even if it were not under patent, and tax credits of 
up to 50 percent for research and development 

expenses.”
(John Swann, The Story Behind the Orphan Drug Act, 

2018)

Conclusion
To this day, the ODA has benefited a great number of patients by 
providing treatments to orphan diseases. It is a prime example of 
diplomacy uniting different parties and how debates, failures and 

consequences play in part with success. 

“The Orphan Drug Act nevertheless remains an example of 
government at its finest, demonstrating how Congress applies itself to 
solve overlooked, but deeply important, problems that affect millions 

of Americans.” 
(Henry Waxman, The Waxman Report, 2009)

Positive

Publicity Diplomacy

After hearing what people were saying and the support that 
was shown, the senator decided to let the ODA pass.

“They did yet another episode of Quincy — this time about a single 
senator who was holding up an orphan drug bill. In the climactic scene, 

Quincy confronts the senator in his D.C. office. And just as the senator is 
proclaiming his opposition to the orphan drug bill, he looks out his 
window and sees hundreds of people demonstrating in the street, 

demanding for a solution to the problem of orphan drugs. ”
(Dan Weissmann, Orphan Drugs, 2018)

These statistics show how impactful the ODA was and the success that came 
with this act of diplomacy.
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