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Dear FOP Community, 
 
Since our last communication posted on the IFOPA website on August 13, we summarize below a 
further update on the garetosmab FOP program.  
 
1. Regeneron has not been able to establish any causal link between garetosmab and the 

deaths in the LUMINA-1 Phase 2 trial.  
 

In the trial, we observed an increase in incidence of nosebleeds, or epistaxis, in patients being 
treated with garetosmab, which generally resolved without medical help. Importantly, based on 
the LUMINA-1 data, Regeneron has not been able to establish a causal link between 
garetosmab and the occurrence of bleeding in other parts of the body, nor with the deaths in 
LUMINA-1. Moving forward, we want to better understand these nosebleeds, and whether 
bleeding events occur in other areas of the body with garetosmab treatment. We also hope to 
understand if there are any factors that may help us identify specific types of patients who may 
be at higher risk of nosebleeds when treated with garetosmab. 

 
2. Regeneron is at the early stages of designing a Phase 3 trial, and it is our hope that we will be 

ready to recruit patients in early 2022.  
 

We will be working on designing the trial over the next few months, which will include rigorous 
internal assessments. Thereafter, it must be reviewed and approved by regulatory authorities in 
the countries where participating patients live; countries where the trial will be conducted can 
only be identified following final protocol design. It is quite usual that the trial design may change 
significantly during this process. After the trial design is finalized and approved, Regeneron 
must establish the operational aspects needed for a trial, including the establishment of an 
Independent Data Monitoring Committee, which is important to ensure the trial is properly 
conducted and that patient welfare is at the forefront.  
 
We hope to start enrolling for the trial in the first quarter of next year. If any of the outlined 
timelines begin to slip or change, we will keep you updated.   
 

3. We understand that you have questions about LUMINA-1 closing, and whether patients might 
access garetosmab treatment.  

 
We appreciate that by closing LUMINA-1, some of you may have questions regarding why we 
cannot continue dosing patients in that Phase 2 trial. On October 30 last year, Regeneron 
paused dosing following a patient death in the trial that was initially thought to be associated 
with a serious bleeding event. Based on subsequent autopsy reports, the pathologists did not 
identify any evidence of contribution of garetosmab to the death. It was confirmed that this fifth 
death was not caused by internal bleeding but was instead caused by factors unrelated to a 
serious bleeding event.  
 
Since dosing was paused, Regeneron has not been able to establish any causal link between 
garetosmab and any of the deaths in the trial. We have agreed with the U.S. regulatory body, 
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the Food and Drug Administration (FDA), to design a new trial in order to start dosing patients 
again. We are still exploring the biological mechanism to explain the nosebleeds, and the FDA 
requires that additional patients be monitored with specific measures to assess these 
nosebleeds and the potential for other bleeding events while receiving garetosmab. We believe 
this monitoring should be undertaken in a placebo-controlled clinical trial setting. Neither 
LUMINA-1 nor compassionate use enables placebo-controlled monitoring, which is why access 
to garetosmab will only be available through the Phase 3 trial.  
 
We are currently working on trial design options, whereby patients who were in LUMINA-1 may 
be able to join the new trial; of course, this will be subject to meeting certain trial eligibility 
criteria and final agreement with regulatory authorities. Please be assured that it is utmost in our 
minds that some participants in LUMINA-1 may want to continue to be in the program, and we 
are working very hard to try to make this happen.  
 

4. Regeneron is working to publish data from the LUMINA-1 trial. 
 
As you have seen in our 28-week data announcement, we believe garetosmab may have the 
potential to change the course of disease for people living with FOP. We are working to rapidly 
publish additional efficacy data up to week 76 and beyond in a peer reviewed medical journal, 
which we believe are encouraging. Also included will be a detailed summary of the safety data.  
 

 
Please be assured we are committed to this community and garetosmab and look forward to providing 
additional updates as soon as we are able. 
 
 
Amanda Seeff-Charny, Executive Director, Patient Advocacy, Regeneron Pharmaceuticals, Inc. 
Andrew Rankin, Garetosmab Global Program Head, Vice President Global Clinical Development, 
Regeneron Pharmaceuticals, Inc. 
Eduardo Forleo Neto, MD, LUMINA-1 Executive Medical Director, Clinical Sciences, Global 
Development, Regeneron Pharmaceuticals, Inc. 
 

 


