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Pemigatinib for treating myeloproliferative neoplasms 
with FGFR1 rearrangement 

Company/Developer Incyte Corp 

 New Active Substance               Significant Licence Extension (SLE)  
 

 
 

Licensing and Market Availability Plans 

Currently in phase II clinical trials. 
 

Summary 

Pemigatinib is in clinical development for the treatment of adult patients with myeloproliferative 
neoplasms (MPN) with FGFR1 rearrangement. MPN are types of blood cancers that originate 
from the bone marrow, and they occur when the bone marrow overproduces one or more types 
of blood cells. These cells can crowd the bone marrow and reduce its ability to produce enough 
healthy blood cells. They can also change the thickness of the blood or become abnormal thereby 
reducing their functionality. MPN with FGFR1 rearrangement are uncommon and extremely 
aggressive with poor prognosis. Bone marrow or stem cell transplant is a potential curative 
treatment but may not be suitable for many patients.  Other treatments to control symptoms such 
as chemotherapy are usually less effective, hence the need for more effective targeted treatment. 

Pemigatinib belongs to a group of medicines called protein kinase inhibitors, and it works by 
blocking the activity of receptors (targets) called FGFRs. Abnormal FGFRs are found on the 
surface of cancer cells and are involved in the growth and spread of the cancer. By blocking their 
activity, pemigatinib reduces the growth and spread of the cancer. Pemigatinib is administered 
orally. Preliminary results have shown that Pemigatinib demonstrated positive outcomes in 
patients with MPN with FGFR1 rearrangement, and if licensed, pemigatinib could offer a long-
term treatment option for patients ineligible for bone marrow or stem cell transplant, or may 
facilitate bridging for transplant for eligible patients. 
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Proposed Indication 

For the treatment of adult patients with myeloproliferative neoplasms (MPN) with FGFR1 rearrangement.1 
 

Technology 

Description 

Pemigatinib (INCB054828) belongs to a group of medicines called protein kinase inhibitors.2 Pemigatinib 
binds to and inhibits proliferation in fibroblast growth factor receptors (FGFR) types 1, 2, and 3 
(FGFR1/2/3) which may result in the inhibition of FGFR1/2/3-related signal transduction pathways. This 
inhibits proliferation in FGFR1/2/3-overexpressing tumour cells.3 FGFRs are receptor tyrosine kinases 
with a role in several biological processes such as regulation of development and tissue repair. Alterations 
in FGFRs such as amplifications, fusions and mutations can lead to development or progression of cancer.4  
 
Pemigatinib is in clinical development for the treatment of adults with MPN with FGFR1 rearrangement. 
In the phase II clinical trial (NCT03011372; FIGHT 203), pemigatinib is administered orally once daily for 
2 consecutive weeks and 1 week off therapy.1 
 

Key Innovation 

FGFR inhibitors (such as pemigatinib) are a unique class of emerging targeted therapies that have shown 
promising results in tumours harbouring FGFR aberrations.5 Given the poor prognosis of MPN with FGFR1 
rearrangement and the potential for transformation to blast phase involvement of bone marrow, a primary 
goal is to achieve deep responses to bridge patients to allogeneic hematopoietic stem cell transplant 
(HSCT).6  
 
Pemigatinib is the first therapy to demonstrate durable and high rates of complete responses and complete 
cytogenetic responses in patients with MPN with FGFR1 rearrangement, most of whom had progressed 
on prior therapies including intensive chemotherapy or HSCT. The safety profile of pemigatinib was 
consistent with FGFR inhibition with no unexpected toxicities. These results suggest that pemigatinib may 
offer a long-term treatment option for patients with MPN with FGFR1 rearrangement ineligible for HSCT 
or may facilitate bridging to HSCT in eligible patients.6 
 
If licenced, pemigatinib will offer an additional treatment option for adult patients with MPN with FGFR1 
rearrangement. 
 

Regulatory & Development Status 

Pemigatinib has Marketing Authorisation in the EU/UK for the treatment of adults with locally advanced 
or metastatic cholangiocarcinoma with a FGFR2 fusion or rearrangement that have progressed after at 
least one prior line of systemic therapy.7 
 
Pemigatinib was granted the following regulatory designations for the treatment of patients with 
previously treated, unresectable locally advanced or metastatic cholangiocarcinoma with a FGFR2 fusion 
or other rearrangement:8,9 

• an orphan drug in USA in 2020 
• a breakthrough therapy by the US FDA in April 2020 
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Pemigatinib is currently in phase II clinical development for urothelial cancer, pancreas cancer, advanced 
non-small cell lung cancer, and some other cancers.10 
  

 

Patient Group 

Disease Area and Clinical Need 

Myeloproliferative neoplasms (MPN) are types of blood cancer that begin with an abnormal mutation in a 
stem cell in the bone marrow. The mutation leads to an overproduction of any combination of white cells, 
red cells and platelets.11 These cells change the thickness of the blood and may sometimes not function 
properly. These cells can also crowd the bone marrow and hinder the production of healthy blood cells.12  
There are several types of MPN which depend on the type of blood cell that is overproduced.13 MPN with 
FGFR1 rearrangement comprise a rare, aggressive, and clinically heterogeneous class of hematologic 
malignancies that share characteristic rearrangement of the FGFR1 gene at the 8p11 locus.14 Many people 
have no symptoms when they are first diagnosed with an MPN, however when  symptoms do occur, they 
develop gradually over time. Common symptoms of MPN include blurred vision, fatigue, dizziness, 
headaches, pruritus, night sweats, and hypertension.12 
 
There are around 4,180 cases of MPN in the UK each year.13 In England, in 2020-21, there were 15,822 
finished consultant episodes (FCE) for other neoplasms of uncertain or unknown behaviour of lymphoid, 
haematopoietic and related tissue (ICD-10 code D47), which resulted in 15,170 admissions and 8,387 FCE 
bed days.15 

Recommended Treatment Options 

Treatment options for MPN include:16,17 
• venesection - this is a procedure to remove around a pint of blood from people with a high red 

blood cell count for the purpose of reducing the number of red cells  
• drugs to control the blood count, which might include weak forms of chemotherapy or drugs that 

target the immune system, such as ruxolitinib 
• Low-dose aspirin 
• Hydroxyurea (hydroxycarbamide) 
• allogeneic HSCT 

 

Clinical Trial Information 

Trial 

FIGHT-203; NCT03011372; A Phase 2, Open-Label, Monotherapy, Multicenter 
Study to Evaluate the Efficacy and Safety of Pemigatinib (INCB054828) in 
Subjects With Myeloid/Lymphoid Neoplasms With FGFR1 Rearrangement  
Phase II – Active, not recruiting 
Location(s): 6 EU Countries, UK, USA, Canada, and other countries 
Primary completion date: Jun 2023 

Trial Design Open label, single group assignment 

Population 
N=47 (actual); Subjects aged 18 and older with lymphoid or myeloid neoplasm 
with 8p11 rearrangement known to lead to FGFR1 activation; and have relapsed 
after stem cell transplantation or after other disease modifying therapy, or not 

https://clinicaltrials.gov/ct2/show/NCT03011372
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be current candidates for stem cell transplantation or other disease modifying 
therapies. 

Intervention(s) 

Pemigatinib is administered once daily orally for 2 consecutive weeks and 1 
week off therapy. Participants will receive either the intermittent dose (as 
written) or continuous dosing. 
 

Comparator(s) No comparator 

Outcome(s) 

The proportion of participants who achieve complete response (CR) based on 
response criteria for myeloid/lymphoid neoplasms with FGFR1 rearrangement 
[Time Frame: Assessed at protocol-defined timepoints through end of study, up 
to approximately 24 months] 
 
See trial record for full list of other outcomes 

Results (efficacy) 

At data cut-off (Dec 31, 2020), among the 31 patients with bone marrow and/or 
extramedullary disease involvement, complete response (CR) rates per 
investigator and central review committee (CRC) assessments were 64.5% and 
77.4%, respectively. Among the 33 patients evaluable for cytogenetic response 
(CyR), complete cytogenetic response (CCyR) rates were 72.7% and 75.8%, 
respectively. Median durations of CR have not been reached.6  

Results (safety) 

The most common treatment-emergent adverse events (TEAEs) were 
hyperphosphatemia (68%), alopecia (59%), diarrhoea (50%), stomatitis (44%), and 
anaemia (35%). Grade ≥3 TEAEs in ≥10% of pts were anaemia (18%), and pain in 
extremity and stomatitis (both 12%).6  

 

 

Estimated Cost 

Pemigatinib is already marketed in the UK; a pack of 14 x 4.5mg; 14 x 9mg, and 14 x 13.5mg each cost 
£7,159.18 
 

 

 

Relevant Guidance 

NICE Guidance 

• NICE clinical guideline. Haematological cancers: improving outcomes (NG47). May 2016 
• NICE quality standard. Haematological cancers (QS150). June 2017. 

NHS England (Policy/Commissioning) Guidance 

• NHS England. 2013/14 NHS Standard Contract for Cancer: Chemotherapy (Adult). B15/S/a. 
 

Other Guidance 

• Mesa R, Jamieson C, Bhatia R, et al. Myeloproliferative neoplasms, NCCN clinical practice 
guidelines in oncology. Journal of the National Comprehensive Cancer Network. 2016.19  
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• European Society of Medical Oncology (ESMO). Philadelphia Chromosome-Negative Chronic 
Myeloproliferative Neoplasms: ESMO Clinical Practice Guidelines. 2015.17 

 

Additional Information 

Incyte Corp did not enter information about this technology onto the UK PharmaScan database;  
the primary source of information for UK horizon scanning organisations on new medicines in 
development. As a result, the NIHR Innovation Observatory has had to obtain data from other sources. 
UK PharmaScan is an essential tool to support effective NHS forward planning; allowing more effective 
decision making and faster uptake of innovative new medicines for patients who could benefit. We urge 
pharmaceutical companies to use UK PharmaScan so that we can be assured of up-to-date, accurate and 
comprehensive information on new medicines.  
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