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Study Purpose –  

Millions of people live with Parkinson’s disease, a condition that causes damage to a part of the brain in 
ways that make daily life challenging for patients. 

While the exact causes are unknown, an estimated 5 – 10% of cases are linked to a genetic mutation (a 
GBA mutation) that puts them at risk of having an earlier appearance of PD symptoms and faster loss of 
mental and motor skills than those PD patients with no GBA mutation.  However, a study of PD patients 
with this mutation and treatment has not been done yet. This research study is the first study to identify 
patients with this mutation (using a saliva sample) and evaluate how they respond to an investigational 
treatment that targets the pathway of the mutation.  

The drug being tested targets the pathway where this mutation is located and ‘normalizes’ the cell 

activity. The drug is called SAR402671, and it is an experimental medication (one that has not been 

approved yet) being developed by the Sponsor of the clinical trial. There will be 2 parts to the study. Part 

1 will first evaluate how tolerable the drug is in a small number of patients. Part 2 will then evaluate how 

effective the drug is in improving symptoms of GBA-mutation positive PD patients. If selected to be in 

this study, the total study duration in Part 1 will be up to 9 months. 

Part 2 will be approximately 42 months that will include 6.5 weeks of screening period, 12 months of 

treatment period, 26 months of follow-up period, and 6 weeks of post-treatment observation period.  

This study will also help further researchers’ understanding of GBA mutations, which may be helpful to 

other patients.  If interested in learning more visit: http://mediaroom.sanofi.com/persistence-and-

accidental-inspiration-propel-parkinsons-research/    
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Below you will find some of the inclusion/exclusion points that will help decide if you could participate 

in this trial.  This is not a complete list of criteria.  A study nurse would review all study points with you 

prior to enrolling. 

 

Inclusion –  

• Are you aged 18-80? 

• Diagnosed with PD ( symptoms for 2 years or more - resting tremor, postural instability 

(difficulty with balance) 

• Known to have GBA mutation or willing to be tested, loss or impairment of the power of 

voluntary movement, and muscle rigidity   

• Are you able to easily swallow pills?  

• Willing and able to complete all aspects of the trial 

• Able to provide written informed consent 

Exclusion –  

• Do you have Parkinsonisms due to drugs and/or toxins? 

• Do you have the LRRK2 G2019S mutation?  (These mutations in the leucine rich repeat kinase 2 

(LRRK2) gene are recognized as the most common cause of genetic Parkinsonism to date.) 

• Have you been diagnosed with Gaucher disease? 

• Have you had past surgical history of deep brain stimulation? (A surgical procedure used to treat 

a variety of disabling neurological symptoms—most commonly the debilitating symptoms of 

Parkinson's disease (PD), such as: tremor, rigidity, stiffness, slowed movement, and walking 

problems.) 

• Do you have any medical disorders that would interfere with your ability to complete all aspects 

of this trial such as inability to swallow pills? 

• Are you in another drug trial right now? 

• Do you have a history of drug and/or alcohol abuse? 

 


