
At Ultragenyx, we’re intentional in how we listen to 
and learn from people living with long-chain 
fatty acid oxidation disorders (LC-FAOD).  
Your insights and experiences drive our research  
programs forward. Follow the path below to better 
understand where we started and where we are headed.  
Learn about how we hope to continue to support the 
LC-FAOD community with our research, and how   
you can stay informed.

Ultragenyx has a long-standing 
commitment to developing novel 
treatments for rare and ultra-rare 
diseases—providing treatments 
where none previously existed.

Founded in 2010

We recognize that people living with rare 
diseases and their families are the experts 
on their conditions. That’s why we engage 
the LC-FAOD community, in addition 
to health care providers, as partners in 
advancing research. Community feedback 
is critical to how we design both our 
interventional and observational studies. 

Designed for 
 rare diseases 

Ultragenyx has had a long-standing 
 commitment to researching LC-FAOD 
 across multiple studies.

Interventional  
LC-FAOD clinical 
 trials began in 2013

Chart Reference  

*Patient participation is broadly representative of the prevalence of different 
LC-FAOD types  

**Compassionate Use Program: a process that may help patients obtain 
 investigational therapies that are not yet approved by the country’s regulatory 
agencies—such as, the Food and Drug Administration (FDA)—outside of a 
 clinical study

Phase II Clinical Study 
 
Who: 29 patients 
 
 

 
Breakdown of LC-FAOD types*
(10 months to 58 years of age)  

• 41% VLCAD
• 35% LCHAD
• 14% CPT II
• 10% TFP
  

Where: 
United States and United Kingdom

Extension Study  

Who: 94 patients, including some 
who participated in the Phase II study 
and some new patients who did not 
participate in the Phase II study 

Breakdown of LC-FAOD types*
(2-68 years of age)  

• 32% VLCAD
• 32% LCHAD
• 20% CPT II
• 9% TFP
• 4% CACT
• 1% CPT I

Where: 
United States and United Kingdom

Clinical Narratives 

Who: 20 patients who were part  
of Ultragenyx’s Compassionate 
Use Program**

Breakdown of LC-FAOD types*
(Infant to 51 years of age)  

• 45% VLCAD
• 25% LCHAD
• 15% CPT II
• 10% TFP
• 5% CACT

 

Where:  United States

Interventional Studies

Ultragenyx studies put the people who live with LC-FAOD at the center of our research process. 

Engaging the LC-FAOD community to 
 understand additional research opportunities 

Online survey of adult patients and caregivers living with 
LC-FAOD to quantify the burden of LC-FAOD  

Burden of Illness Study

Observational Studies

Now Open! Coming Soon!

LC-FAOD Odyssey
LC-FAOD Disease
Monitoring Program (DMP)

• Research study to centralize medical records for patients and create an anonymized      
   data set for researchers to better understand LC-FAOD 
 
• Open to adults and children who live in the US with any type of LC-FAOD and who  
   are  on any treatment   

• Sponsored by Ultragenyx, in partnership with PicnicHealth, a digital health company  

• People with LC-FAOD who enroll will get access to their complete medical history  
   via the PicnicHealth timeline 

Study objectives:  

• Understanding the natural history of how LC-FAOD progresses and may change   
   over time 
 • Understanding how LC-FAOD is managed in the real world  
• Identifying differences between the 6 types of LC-FAOD   

Results could help understand:  

• How LC-FAOD is managed in the real world 
• Opportunities to diagnose LC-FAOD earlier 
• Opportunities to help patients better navigate the health care system

• Largest, longest (about 10 years), and broadest LC-FAOD study to date  

• Open to anyone living with LC-FAOD  

• No intervention or treatment provided as part of the DMP  

• Global study to build on earlier research findings in larger, more diverse populations 

How Does Odyssey Work?

How Does the DMP Work?

Share the names of all your 
doctors in less than 10 

minutes, and complete an 
initial survey

Researchers use your 
de-identified data to improve 

their understanding of LC-FAOD 
in order to help improve the 

future quality of care

PicnicHealth compiles and 
de-identifies your medical 
records, and you complete 

additional short surveys

• No limit to how many people 
   can participate
• Participants use a  
   web-based application 
• Participants enter their own 
   results/information 

  Results will aim to develop a 
comprehensive database that will:   

• Understand signs, symptoms,  
   and  long-term complications
• Identify similarities and  
   differences  between  
   LC-FAOD types 
• Inform disease management

• 300 participants
• 25 sites
• Will involve visits to study sites and   
   interactions with healthcare providers 
 

Results could help understand:  

• Natural history and progression      
   of LC-FAOD
• Impact of treatment, including on     
   pregnancy outcomes in women living 
   with LC-FAOD

OnlineIn-Person

Ultragenyx is committed to ongoing conversations 
with the LC-FAOD community. We will share 
findings from the LC-FAOD Odyssey and 
DMP studies with study participants and 
the scientific and medical communities. 
Research takes time, so we expect it may be a little 
while before we have information to report. 

Our Collective Understanding  
Will Grow as Research Evolves 

Moving LC-FAOD Research Forward 

LC-FAOD Odyssey 
is open

DMP studies aim  
to launch in 2021

• Visit picnichealth.com/lcfaod to learn more

• Stay in touch with your metabolic geneticist to learn more  

• Ultragenyx will share information with MitoAction and the International      
   Network for Fatty Acid Oxidation Research and Management (INFORM)  
   once we have more information about the DMP studies  

• Visit www.ultrarareadvocacy.com to stay in touch with the Patient Advocacy       
   team and access information about LC-FAOD 
  

journal publications since 2015

scientific congress presentations 
since 2013, including 1 abstract that 

was co-authored with  4 patient 
advocates to  communicate patient 
and  family perspectives of disease

Committed to 
 Sharing LC-FAOD 

 Research Findings* 

Survey Results   

Observational Studies  
 collect information about 

individuals with a particular 
condition to better understand 
the experiences and challenges 
associated with the condition; 

treatment is not provided.

Interventional Studies 
evaluate the safety and   
efficacy of a particular 

 investigational treatment. 

Moving LC-FAOD 
Research Forward with 
Patients and Families 

Available for 52 unique patients 
(14 adults, 30 caregivers  
of 38 children)   

Unique patients diagnosed with 
LCHAD (39.2%), VLCAD (31.4%), 
CPT II (25.5%), and TFP (3.9%)  

Majority of patients had difficulty 
participating in physical 
activities and required more time 
to recover from the impacts of 
their disease due to the inherent 
nature of LC-FAOD

Results were used to design 
additional research, including the 

LC-FAOD Odyssey and DMP studies

Support Rare 
Disease Community

Ensure Access

Address Unmet Need

9

40+

* as of June 2021
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http://picnichealth.com/lcfaod
http://www.ultrarareadvocacy.com

