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The drug has been VERY 
PROMISING for SLC6A1
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• Frequent Shortages
• Hard to Monitor
• An Official Trial is Difficult
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Possible Alternatives



Access 
Remains Too 

Difficult

              

Feedback I Commonly Hear
• My Doctor Requires More Research to Prescribe
• The Drug is Too Expensive
• Insurance is Rough

Irreconcilable Differences We Must Overcome
• There is NO Financial Incentive for Amgen to Seek an Additional Indication
• There is NO Practical Regulatory Pathway for the Non-Profit to Seek an 

Additional Indication
• Insurance will Always be Jerks
• There will Always be More Studies that Could be Done

Compromises
• We Need Peer Reviewed Publications ASAP
• We can Continue the Trial but Patients must Buy Their Own Drug at around 

~$20,000/year
• Ravicti needs to be Submitted into Compendiums

• I Wish Doctors would Simply Try – if this were Prozac, there 
would be Zero Hesitation.  

We Must look Past the Price
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Access 
Remains Too 

Difficult

              

If this were a Cheap Drug — Would We Really 
Still be Spending this Much Time Debating?
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Patient 
Organization 

Quandary
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We have Funded Roughly $350,000 in 
Studies for a SAFE FDA Approved Drug

No Pathway to Add an Existing Indication

There is no Central Insurance Authority for 
Drug Coverage

Additional Studies are Impractical Due to 
Cost

We Can’t Control the Timing of Publications



Trying is 
Becoming 
Easier

• Our Resident PharmD 
Created an Entire 
Playbook
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What’s Next?
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Doctors 
Prescribe Off-

Label

Clinical Trial 
Continues*

Publications & 
Compendium 
Submissions
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