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Slide 3 Objective

Identify aspects of existing patient-based online 
communities that may increase research participant 
enrollment.
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Slide 4 Why Patient Registries?

• Characterize the global patient 
community

• Connect families to research 
opportunities

• Provide data for pre-clinical 
and clinical research

• Facilitate recruitment and 
reduce enrollment lag
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GRDR

Disease 
Specific
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1 Affected individuals or caregivers 
register in disease specific registries 
and provide medical details

2 Disease specific registries provide de-
identified, standardized patient info to 
global registry – NIH - ORDR

3 Researchers, industry and academia 
can mine pan-disease data and identify 
subjects for studies & trials

4 Study notices are sent by disease 
specific registries to targeted 
participants

5 Interested participants are directed to 
study or trial specific recruitment sites
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Treat-NMD is an 
EU funded project 
to capture 
individuals with 
neuromuscular 
disease for 
research. 
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Duchenne Connect 
was the US registry 
created to capture 
individuals with 
Duchenne and 
Becker Muscular 
Dystrophy. 

Initially many of the 
EU Treat-NMD 
registry were to be 
clinician based, but 
they quickly realized 
incentives were 
needed and that 
patient based 
registries might be 
more effective

Patients (parents) Opt-In
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Website – Online 
Community –
needs to engage 
families and 
provide 
information to 
keep them 
coming back.

DC currently has 
2139 participants 
and 1651 have 
completed 
profile.

330 
Professionals are 
members of the 
portal.
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Slide 9 Complete medical history & provide genetic tests

10/21/2011
* Confidential
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Slide 10 Instant Reward – Compare Personalized Profile
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* Confidential
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Slide 11 Multi-lingual captures international participants
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* Confidential
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Slide 12 Benefits
Patients
• Ability to organize patient populations for clinical trials & 

studies 
• Patients can learn from others through survey results
• Raise visibility to patients and researchers
• Complete questionnaires in multiple visits if needed
Researchers
• Learn directly from patients and families
• Ability to recruit for clinical studies & trials pan-disorder
• Gain access to broader pool of clinical candidates
• Interactive maps enable clinical trial site planning
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Simons Foundation wanted 
to study Autism related to a 
particular chromosome 
change (16p11.2 deletion or 
duplication).

Patients are located across 
US and world. No one center 
or location has sufficient 
population.

Also wanted to provide 
support and develop a 
community for longitudinal 
studies.
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Simons VIP Connect: Weekly vs. Total Registrants

219 registrants as of 10/21/2011. Average 4 new per week.
Each registrants who participates in study provides 1.6 study participants and 
several controls.
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Facebook and 
internet 
searches are 
the leading 
ways families 
find the 
website.
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Simons VIP Connect: Registrants by Age Distribution

Deletions

Duplications

Updated: 8/30/11
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Patients Like Me – An online repository of clinical information
Data Mining Research versus Hypothesis-driven Research
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Slide 26 Data-Driven Research
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