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Clinical trials 101

• How do we categorize trials?
– Symptomatic treatment vs disease modifying
– Mechanism of action of a compound
– Phase studies

phase 1 safety
Phase 2 efficacy

Phase 3 long term large study



Two Main Types of Therapy

• Knee pain analogy

– Symptomatic therapy: regardless of cause, 
Tylenol or ibuprofen helps

– Disease modifying therapy: fix the source of 
the pain (arthritis, torn meniscus) stops further 
deterioration of that knee



Symptomatic

• Changing brain chemical transporters
– Dopamine
– Serotonin
– Acetylcholine/glutamate

– Changing brain functional network
• Deep Brain Stimulation
• MRIgfUS



Disease modifying



Mechanism of Action



Mechanism of Action



THE PIPELINE





repurposed/refashioned

•the percentage of trials evaluating repurposed agents (34% of trials)
•sponsor/collaborator information (industry is involved in 63% of trials)
•target enrollment (16,023 people were involved across all of the trials)
•international regions (majority of these studies were in the USA and 
Europe)
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Honorable mention

• DBS technology
• Drugs that bypass the gut
• Alpha synuclein drugs
• Ultrasound therapy
• Stem cells
• Transdifferentiation



Get it in somehow! 





Levodopa 
delivery

- patch/pump

-Accordian
pill



Lewy Bodies = alpha synuclein



clumps of “toxic” alpha synuclein



Toxic 

-destroy the cell

-interferes with synapse

-can spread out of cell and 
injure other cells (prion-like)

-inhibits axonal transport



Some ASN busters
• Prothena/Roche
• Biogen
• Proclara
• Modag
• Prasinezumab
• AstraZeneca/Takeda – (MEDI1341)
• AFFiRis _ vaccine ASN



MRIgfUS (ultrasound ablation)



Magnetic Stimulation
• Not electroconvulsive
• It’s a magnetic device
• 8 positive, 6 neg trials
• OCD, depression, 

almost PTSD



“Stem Cell” Therapy





Patient derived stem cells



Evolution of Patient Stem Cells





Stem cell “tourism”
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Unmet needs

• A drug that slows or stops the disease
• Non motor symptoms

– Sexual
– Sleep
– Psychiatric
– Autonomic
– Cognitive



Resources
YOUR DOCTOR








