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Tovorafenib’s Joint Clinical Assessment Report 

Comments by Cancer Patients Europe & the European Access Academy 

 
The long-awaited first Joint Clinical Assessment (JCA) – for Ipsen’s Orphan Drug 

Tovorafenib (Ojemda®), indicated as monotherapy for the treatment of patients 6 months 

of age and older with paediatric low-grade glioma (LGG) harbouring a BRAF fusion or 

rearrangement, or BRAF V600 mutation, who have progressed after one or more prior 

systemic therapies1 – has just been finalized. The procedure was initiated on March 23rd, 

2025, the JCA report was endorsed by the Member State Coordination Group on HTA on 

April 30th, 2026, and the procedural review by the European Commission was concluded on 

May 19th, 2026, followed by the publication of the report and related documentation on 

June 9th, 2026.2 The assessor was Ireland’s National Centre for Pharmacoeconomics (NCPE) 

and the co-assessor was Germany’s Institute for Quality and Efficiency in Health Care 

(IQWiG). 

 
It remains to be seen to what extent the EU Member States will utilize and consider the JCA 

report in their procedures. In Germany, the national HTA process has already been 

initiated, in other countries e.g., in Ireland and the Netherlands, the national procedures 

will start once and if the health technology developer (HTD) submits an application for 

reimbursement.  

 

From the CPE & EAA Perspective, a number of points should be noted: 

There is a limited evidence base in BRAF-altered relapsed/refractory paediatric LGG, and 

no treatments are available which are specifically authorized in this indication. 

Consequently, this is a medical condition with a high unmet medical need, and patients are 

treated with individualized therapy. The best available evidence at the current state is 

based on Firefly-1, a single-arm trial, while an RCT of Tovorafenib vs. current standard of 

care chemotherapy in first-line LGG patients (Firefly-2) is ongoing. Due to the limited 

available evidence, the risk of bias both for type 1 error (falsely assuming an additional 

benefit) and for type 2 error (falsely not offering a potentially beneficial medicine to those 

severely affected children and adolescents) is particularly high in this case. In the JCA 

procedure, only one carer (parent of a child with pLGG) and one clinical expert were 

involved, and the documentation does not include any records on how or even if their input 

was considered. Thus, expert involvement, which is one of the most critical factors for a 

successful implementation of the EU HTA regulation, was extremely limited. 
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1 https://www.ema.europa.eu/en/documents/product-information/ojemda-epar-product-information_en.pdf  
2 https://health.ec.europa.eu/publications/joint-clinical-assessment-report-tovorafenib-ojemda_en 
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