
 

 

 

 

At Optum, we help create a healthier world, one insight, one connection, one person at a time. All Optum trademarks and logos are owned by Optum, Inc., in 
the U.S. and other jurisdictions. All other trademarks are the property of their respective owners. This document contains information that is considered 
proprietary to Optum Rx and should not be reproduced without the express written consent of Optum Rx. RxNews® is published by the Optum Rx Clinical 
Services Department.  
 
© 2024 Optum, Inc. All rights reserved. ORX6547968A-TEMPLATE_220208 
 
 

optum.com/optumrx 
 

Skysona™ (elivaldogene autotemcel) – FDA drug safety communication 
 

• On November 27, 2024, the FDA announced it is investigating reports of hematologic 
malignancies associated with the use of Skysona (elivaldogene autotemcel). 
 

• The FDA has received reports of hematologic malignancies, including life-threatening cases of 
myelodysplastic syndrome and acute myeloid leukemia, following treatment of early, active 
cerebral adrenoleukodystrophy (CALD) patients with Skysona. 
 

— Reports were received from clinical trials, with cases diagnosed between 14 to 92 months 
post-treatment. 

 
• Skysona is an autologous hematopoietic stem cell (HSC)-based gene therapy approved to slow 

the progression of neurologic dysfunction in boys 4 - 17 years of age with early, active CALD. 
 

• The FDA is investigating the known risk of hematologic malignancies with serious outcomes, 
including those such as hospitalization, the requirement for allogeneic HSC transplantation, and 
death, and is evaluating the need for further regulatory action.  
 

• Given the risk of hematologic malignancy, providers should carefully consider alternative 
therapies, including allogeneic HSC transplant for patients who have a suitable, willing, and 
available human leukocyte antigen (HLA)-matched donor, prior to deciding to treat a child with 
Skysona. 
 

• Skysona carries a boxed warning for hematologic malignancy. 
 

— Patients and clinical trial participants receiving treatment with Skysona should be 
monitored lifelong for hematologic malignancy.  

— Patients should be closely monitored with complete blood counts at least every 3 months 
and through assessments for evidence of clonal expansion or predominance at least 
twice in the first year after Skysona administration and annually thereafter, and bone 
marrow evaluations should be considered as clinically indicated. 

https://www.fda.gov/vaccines-blood-biologics/safety-availability-biologics/fda-investigating-serious-risk-hematologic-malignancy-following-skysona-elivaldogene-autotemcel
https://dailymed.nlm.nih.gov/dailymed/drugInfo.cfm?setid=f189502b-dc44-4289-99a6-cfba36918329

