
For Lesch-Nyhan disease, there was a lack of clinical understanding around the condition, 
including the characterization of neurological signs and behavioral symptoms, along with 
the challenge of not having existing data available.

Optimized patient recruitment to  
support Lesch-Nyhan research studies

Summary
This case study highlights how AllStripes partnered  

with the University of Pennsylvania’s Orphan Disease 

Center (ODC) to optimize patient recruitment and 

increase the understanding of Lesch-Nyhan disease  

to ultimately lead to improved patient outcomes. 

Through this collaboration, ODC was able to exceed 

recruitment targets in a short timeframe and collect  

real-world evidence (RWE) to support research efforts  

for Lesch-Nyhan.

Background
Lesch-Nyhan disease is a rare genetic disorder 

caused by the deficiency of a specific enzyme 

responsible for recycling purines. The lack of purine 

recycling produces abnormally high levels of uric acid 

and can affect the kidneys, joints and development. 

Lesch-Nyhan disease mostly affects males, and 

symptoms usually begin to appear in infants as young 

as three to six months old. Treatment is currently  

aimed at easing symptoms.

ODC partnered with AllStripes to recruit patients and 

support RWE studies to improve clinical understanding 

of Lesch-Nyhan disease.

Challenge
For Lesch-Nyhan disease, there was a lack  

of clinical understanding around the condition, including 

the characterization of neurological signs and behavioral 

symptoms, along with the challenge of not having existing 

data available on the burden of illness for this condition. 

Therefore, RWE was required in order to gain further 

knowledge of the disease. This entails recruiting research 

participants and gaining access to data that is difficult to 

gather and analyze in meaningful ways. ODC needed a 

strategic research partner who could help them overcome 

some of the challenges in rare disease with the ability to 

actively engage the Lesch-Nyhan community.
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Solution
The AllStripes platform was leveraged to launch the 

Lesch-Nyhan disease research program and build 

a patient cohort to capture RWE. AllStripes worked 

directly with the Love Never Sinks foundation and 

research partners to recruit patients and disseminate 

information to the community. This included 

co-hosting webinars with ODC and Love Never Sinks. 

Through outreach efforts, patients and caregivers 

were able to sign up for the research program and 

elect to share their de-identified medical records to 

advance research. A survey was also deployed to the 

community to capture feedback directly from patients 

to help gather additional data. 

In addition, AllStripes activated its Ambassador 

Program, which led to continued sign-ups and 

engagement, and an active community despite 

meeting recruitment milestones early.

Results
By working collaboratively, AllStripes and  

Penn’s Orphan Disease Center exceeded patient 

recruitment targets within a short two-month 

timeframe and were able to generate insights that  

will help increase the clinical understanding of  

Lesch-Nyhan disease.  

The successful results included:

* Metrics listed reflect total number of patients engaged 
through AllStripes beyond specific study cohort

enrollment achieved
275%

medical facilities
250+

clinical documents
13,500+ 

time to cohort recruitment
2 months

Through outreach efforts, patients  
and caregivers were able to sign up  
for the research program and elect  
to share their de-identified medical  
records to advance research.

Contact us today
AllStripes can help you tackle some of the most pressing challenges in rare disease  
research through our end-to-end, global research platform. Find out how our real-world  
insights can help you achieve your research and development goals by getting in touch.

         Email lifesciences@allstripes.com          Visit allstripes.com/lifesciences to schedule a demo


