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R A R E  D I S E A S E S : N E U R O M U C U L A R  C O N D I T I O N S
A  C O M P E T I T I V E  E D G E  FO R  C L I N I CA L  D E V E LO P M E N T
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I M A G I N G  C O R E  L A B  
Capabilities include advanced quantitative magnetic 
resonance imaging measures for:
 Muscle Fat Fraction (MRI-PDFF, MRS) 
 Elastography
 Muscle cross-sectional area or volume
 Anatomic and functional brain mapping

G L O B A L ,  P H A S E  I - I V  E X P E R I E N C E

D I F F E R E N T I AT O R S  &  B E N E F I T S

Charcot-Marie-Tooth Disease
Duchenne Muscular Dystrophy
Facioscapulohumeral Muscular 
Dystrophy
Familial Amyloidosis 
Polyneuropathy

In-house neurologists, child neurologists, regulatory experts, 
imaging experts, and clinical operations professionals that are 
skilled in neuromuscular disease studies

Partnerships with endpoint training and oversight groups 
(including for physical function assessments) and in-house data 
management programming to improve trend oversight

Specialized project teams that can leverage site relationships 
and utilize novel endpoints such as actigraphy, home pulmonary 
function testing, physical function testing, and imaging

Experience in complex drug delivery, such as intrathecal/ 
intraparenchymal dose administration and CSF collection 
processes

Extensive expertise in gene editing/gene transfer technology, 
and other advanced therapies

Global central labs with safety and biomarker analysis to 
support neuromuscular disease studies

Mucopolysaccharidosis
Myasthenia Gravis
Pompe disease
Spinal Muscular Atrophy




