











PHASE |

20-100 Healthy
Volunteers

PHASE |l

Up to several
hundred patients

PHASE Il

Several hundred to
several thousand
patients

Testing mainly
for safety

Testing for some
short-term safety

but mainly for
effectiveness.

Safety, dosage,
effectiveness







PRE-CLINICAL
RESEARCH CLlNICAL STUDIES

SYNTHESIS
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FDA & INDUSTRY TIME
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Assessments
Follow-up

Interaction with
Inter ested Parties

| Orphan Designation

Category Experts

Rare Disease
Experts







