WHAT MAKES

RARE DIS

TRIALS

SUCCESSFUL?

Rare diseases are serious, chronic, and
sometimes life-threatening conditions
affecting fewer than 200,000
individuals in the United States.
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One in fifteen people suffer from a rare disease,
worldwide.

Which rare diseases have the most clinical trials?

Condition Name | # of Trials

Mulipl Myelomo & Pesmo Coll Neopios | -+

Malaria 854
Cystic Fibrosis 595
Ovarian Cancer 542
Glioblastoma 525
Gastric Cancer 425
Renal Cell Carcinoma 341
Pulmonary Arterial Hypertension 340
Esophageal Cancer 333
Sickle Cell Disease 271
Amyotrophic Lateral Sclerosis (ALS) 268
Soft Tissue Sarcoma 262
Myelodysplastic Syndrome 240

Acute Respiratory Distress Syndrome 189

Once non-rare disease trials were filtered out + similar disease names were combined, we found
these were the top 15 rare diseases with the most trials.

What qualifies as a "successful" clinical trial?

In most businesses, the only products deemed "successful” after the R&D
process are those which can be sold for profit.

In the pharmaceutical business, however, our aim is to improve the lives of the
patients and communities we serve.

Consequently, we believe any trial that reaches a status of "completion" is
"successful'- because any trial that reaches its conclusion provides more information
that can improve the standard of care and bring us closer to an effective treatment.

Factors that Affect Trial Success

Count of Status by Funding Source
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Takeaway:
Privately funded studies are the most prevalent- by far. Studies with mixed funding see
the second highest rate of prevalence, and publicly funded studies are the least common.
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Takeaway:
Privately-funded studies have the highest rate of completion at 80%, followed by
publicly-funded trials, which see a 75% completion rate. Trials with mixed funding see
the highest rate of termination at 26%.
Count of Status by Intervention Type
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Takeaway:

Clinical trials are conducted most often on drug interventions, followed by biological
interventions, devices, and others.

% of Status by Intervention Type
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Takeaway:
We see that trials in the "Efficacy" Phase () have the most trials with documented
results and the lowest completion rate of all the phases. We believe this is because

Phase Il determines whether or not the intervention actually causes the intended health
benefits. Thus, only drugs deemed to be "successful" via tests for efficacy make it

through to the following phases, Phases Il and IV.

Patient recruitment and retention for trials is a key part of a trial's success.
Three factors that strongly affect a patient's likelihood of participating in a trial are:
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PERCEIVED RISKS PERCEIVED BENEFITS DISTANCE FROM TRIAL
A negative stigma still Only 25% of doctors Many sick individuals are
attaches itself to clinical are aware of clinical unwilling or unable to
trials. trial opportunities for travel long distances for
their patients. a clinical trial.

HOW DO WE IMPROVE CLINICAL TRIALS?

To ensure success, future clinical trials should:

1< 9

Examine and replicate Invest in the future of clinical Conduct more thorough
techniques unique to trials, such as digitalization research on all trials before
privately funded trials in all of data collection and they enter Phase .

trigls. automation of data analysis.
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Establish personal

connections with members of Leverage the power of Further outreach efforts to
the rare disease communities social media to inform the clinicians in order to
& especially those public of the availability increase awareness
participating in clinical trials. and benefits of clinical surrounding clinical trials.
trials.
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