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Hope for rare diseases …  

  

  

  

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 

 
 

In many ways, Matthew is a typical kid. He 
loves puzzles, sports, and video games. What 
sets him apart from other children is that he 
has a disease called hereditary angioedema 
(HAE). The symptoms of HAE, which usually 
begin in early childhood, include swelling 
under the skin caused by a build-up of extra 
fluid. People with HAE can die if the disease is 
not treated.   
 
HAE is considered a rare disease because it 
affects fewer than 200,000 people in the 
United States. But it is not the only rare disease. 
There are more than 7,000 rare diseases, 
including muscular dystrophy, Lou Gehrig’s 
disease, and Huntington’s disease. Not very 
many people develop these diseases, so most 
researchers focus on diseases that affect larger 
populations.   
 
A Canadian doctor, William Osler, first 
described HAE in 1888, but it did not receive 
much attention for a long time. Companies said 
it was too costly to develop drugs for rare 
diseases such as HAE. This changed in 1983 
when Congress passed the Orphan Drug Act. 
This law encouraged companies to develop 
drugs for rare diseases. The law made it 
profitable for companies to develop these 
medicines.  
 
Currently, there are eight drugs approved to 
prevent and treat HAE attacks. However, every 
year doctors are learning about new drugs and 
new treatments to meet the needs of people 
with HAE and other rare diseases.  That means 
that kids like Matthew can better manage their 
diseases and have better quality lives.  
 
 

 Matthew’s brother is reading a book published 
by the U.S. Hereditary Angioedema Association. 
This book is about a young boy with HAE.  

 Swelling under the skin is a symptom of HAE. 
This woman’s hand is very swollen because she is 
having an HAE attack. Medication can help reduce 
the swelling.   

Credit: https://commons.wikimedia.org/wiki/File:Swollen_hand_during_a_hereditary_angioedema_attack..jpg 
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EXCHANGE INFORMATION & IDEAS 
 
1. Describe why researchers did not pay much attention to HAE for a long time.  
 
OFFER OPINIONS 

 
2. Do you think it is important for researchers to focus on rare diseases? Why or why 

not?    

COLLABORATE & PRESENT  
 
3. Give a short presentation in which you summarize the article on HAE, one of 7,000 

rare diseases.   

Think Critically 

Caryn Seiler, a teacher in Virginia, wrote a 
series of books about a young boy with 
HAE. She said, “I know how meaningful it 
is when kids can relate to the characters 
they read about in books.”  
 
To learn more about HAE and the 
children’s book series, visit www.haea.org. 
http://www.haea.org 
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This reading includes important academic vocabulary words.  
 

Word Part of 
Speech 

Meaning(s) Used in a Sentence Other Forms  

affect verb 
 

1) to attack or infect;    
2) to have an influence 
on 

Henry’s illness affected his 
ability to participate in 
school activities.   

affectability 
(noun); 
affectable (adj) 

profitable adjective financially successful; 
money making  

Faumi closed her toy store 
because it wasn’t profitable.   

profit, 
profitability 
(noun); profit 
(verb) 

  

Academic Vocabulary Focus 

Tony Castaldo learned about HAE when his young daughter was affected by the disease. In 2000, he 
and some other families affected by HAE formed the US Hereditary Angioedema Association. He 
became the organization’s president and has worked along with others over the past several 
decades to encourage research into new treatments for HAE.  
 
If someone in your family was affected by a rare disease, what would you do?  Explain your answer.    
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1. What does “manage” mean in the following sentence? Kids like Matthew can better manage their 
diseases and have better quality lives. 
 

 handle 

 operate 

 supervise 

 
2. Which of the following statements is NOT true? 

 

 At one time, companies didn’t think it would be profitable to develop drugs for rare diseases.  

 As soon as William Osler described HAE, research to find a cure for HAE began. 

 The symptoms of HAE usually appear during childhood.  

 
3. What did the Orphan Drug Act of 1988 do?    

 

 It motivated companies to develop drugs for rare diseases. 

 It discouraged companies from developing drugs for rare diseases. 

 It set aside money to help sick children with rare diseases. 

 
4. Why is medical research important?  

 

 because research is fun and interesting for scientists 

 because research can lead to new cures for diseases  

 because doctors write books and win awards for their discoveries    

 
5. Choose the best word to complete this sentence: HAE is considered an _ _ _ _ disease because it 

affects so few people. 
 

 important 

 uncommon 

 interesting 
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