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About International Rett Syndrome Foundation 
 
The International Rett Syndrome Foundation (IRSF) is the leading research and family empowerment 
organization for Rett syndrome. We’re on a mission to transform the lives of all those affected by Rett 
syndrome by accelerating research toward treatment and a cure while empowering families with the 
information, programs, and services they need to thrive. 

 
Over nearly 40 years, IRSF has invested more than $54 million to fund breakthrough discoveries and 
life-changing advancements in research while supporting thousands of individuals and families around 
the world at all stages in their Rett journey.  

 
Our vision is to create a world without Rett syndrome. 
 
MISSION STATEMENT 

To accelerate full spectrum research to cure Rett syndrome and empower families with information, 
knowledge, and connectivity. 
 

ABOUT RETT SYNDROME 
Rett syndrome is a rare genetic neurological disorder that occurs almost exclusively in girls (1 in 
10,000 births), more rarely in boys, and leads to severe impairments, affecting nearly every aspect 
of life. Rett syndrome is usually recognized in children between 6 to 18 months as they begin to miss 
developmental milestones or lose abilities they had gained, including their ability to speak, walk, eat, 
and even breathe. The hallmark of Rett syndrome is near constant repetitive hand movements while 
awake, and individuals with Rett may experience seizures, scoliosis, breathing issues, GI issues, and 
more. Rett syndrome is not a degenerative disorder; individuals can live to middle age or beyond. 
There is no treatment currently available for Rett syndrome. 

 
IRSF RESEARCH IMPACT 
• Funded the research that identified the gene that causes Rett syndrome (MECP2) and proved that it 

can be reversed in mice.  
• Funded the first gene therapy research in Rett syndrome and the first clinical trials on medications 

to treat Rett, including Anavex 2-73 (Phase 2) and Trofinetide, which was submitted to the FDA for 
NDA approval in July 2022 as the first treatment for Rett. 

• Working with more than 20 pharmaceutical companies that are currently investing in Rett syndrome 
treatments; 15 years ago, there were none. 

• Established a clinical network of 18 U.S. Rett Syndrome Centers of Excellence to enhance best-in-class 
care and strengthen clinical trial sites to advance treatments.  

IRSF FAMILY EMPOWERMENT IMPACT 
• IRSF’s network of Family Empowerment Representatives provides 24/7 support for diagnosed 

families in every state.  
• The RettEd Webinars and Digital Library offer families online, expert-led tutorials on various Rett-

related research and care topics, reaching families in 60+ countries. 
• The IRSF Rett Research Ready™ Program and myRett Trial Finder tool prepare families for clinical 

trial involvement.  
• IRSF publications including the first-ever research-based Rett Syndrome Primary Care Guidelines, 

Rett Syndrome Communications Guidelines, and The Rett Syndrome Handbook, enhance the quality 
of care and help overcome communication challenges. 

 
LINKS 
• Website (rettsyndrome.org) 
• Facebook (@RettSyndrome) 
• LinkedIn (@rettsyndrome.org) 

• Instagram (@rettsyndromeorg) 
• Twitter (@Rettsyndrome) 
• YouTube (@IRSFoundation) 

 

https://rettsyndrome.org/
https://www.facebook.com/RettSyndrome/
https://www.linkedin.com/company/rettsyndrome.org/
https://www.instagram.com/rettsyndromeorg/
https://twitter.com/Rettsyndrome
https://www.youtube.com/user/IRSFoundation/
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2022 IRSF Talking Points  
 
Thanks to your generous support, the horizon is very bright. Events like this have made a 
significant difference in advancing Rett syndrome research toward treatments and ultimately 
a cure. Because of you: 

 
• IRSF funded more than $3M in research investments in 2021 to set up the next wave 

of Rett breakthroughs, including: 
o Developing a deeper understanding of how the MECP2 gene works 
o Identifying new therapeutic targets 
o Expanding the therapeutic pipeline 
o Ensuring clinical trial success 

 
• In September 2022, the FDA accepted a New Drug Application (NDA) for Trofinetide 

and determined that it qualifies for Priority Review. If approved on the PFUDA action 
date in March 2023, this drug compound will be the first FDA-approved treatment for 
Rett syndrome. IRSF invested in early phase clinical trials of this compound, which 
helped it get to this place.   
 

• 90 cents of each donor dollar is devoted to IRSF’s mission to accelerate research and 
empower families. (FY21) 
 

• Nearly 50 researchers around the world are actively engaged in Rett syndrome 
research.  
 

• More than 20 pharmaceutical companies are currently working on treatments that we 
hope could bring us even closer to a world without Rett. Fifteen years ago, there were 
none. 
 

• We will support a thriving Rett syndrome community, connecting thousands of 
families with the resources they need wherever they are on their Rett journey.  
 

• IRSF educational resources will bring together experts and families around the world. 
In 2021, our RettEd Webinar series was viewed by families in more than 200 
countries.  
 

• This past April, a united Rett community of more than 500 parents, families, clinicians, 
researchers, and Rett organizations came together at the ASCEND 2022 Rett 
Syndrome National Summit in Nashville, the first in-person summit in 6 years.   

 
 

 


