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MOTIVATION Prospective longitudinal natural
history is urgently needed to establish clinical trial
readiness for the ultra-rare VCP disease population.

AIM 1: Define the natural history of VCP disease
AIM 2: Validate data collected via remote versus in-
person clinic methods.

AIM 3: Identify any divergent disease trajectories

METHODS

1. Partnered with Alfano Lab at Nationwide
Children’s Hospital to design and conduct
functional measures study

2. Conducted phase 1 study with 5 diverse
patients using tele-health methods

3. Integrated learnings and patient feedback into
phase 2 protocol design

PATIENT ADVOCACY ROLE

1. Provided patient perspective in study design

2. Advertised study in the patient community

3. Assembled remote patient kits to standardize
equipment for measurement

4. Provided patient prep and technology training
meeting for remote study

5. Provided study funding and travel stipends to
participants for travel to Columbus, OH

SPRING 2021 RESULTS

« Patient recruitment began at IRB approval

* Baseline remote & in-clinic visits launched 3
weeks from start

 Exceeded patient enrollment goal at 8 weeks

* Exploring expansion of study using remote only
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