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YOUR TRUSTED PARTNER FOR

RARE DISEASES

STUDIES

In partnership with leading medical professionals, patient advocates, and cutting-edge
technology, we are committed to uncovering solutions for those affected by rare
diseases. Backed by years of pioneering work, GCT has forged an unparalleled path in
understanding and addressing the unique challenges posed by rare diseases. From
innovative patient recruitment strategies and optimization of study endpoints for robust
results to a deep understanding of rare disease regulations, - GCT provides services that
honor the unique aspects of each condition, aiming to bring transformative solutions to
individuals and families facing these challenges. Our CRO's global reach ensures trials are
conducted across diverse geographic regions, maximizing patient representation and the
generalizability of findings.

From our portfolio

Phase Indication
1] Trombocytopenic purpura

Il Immune Thrombocytopenic Purpura (ITP)
/1 Fabry
I Congenital fibrinogen deficiency

I Phenylketonuria

I CDKLS5 deficiency disorder (CDD)
Il Bullous Pemphigoid

Il Controlled Bullous Pemphigoid
1/ Peripheral T-Cell Lymphoma
I PCDH19-related epilepsy

Observational Mitochondrial Neurogastrointestinal Encephalomyopathy

Il Idiopathic Pulmonary Fibrosis (IPF)
/1 Mucopolysaccharidosis Type I

Il Dravet Syndrome

1/ Kabuki Syndrome

Il Primary Mitochondrial Myopathy

I Primary Generalized Tonic-Clonic Seizures

I Lennox-Gastaut Syndrome (LGS)



