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Substance: Pemigatinib 
 
Brand Name: Pemazyre™ 
 
Originator/licensee: Incyte 
Biosciences Distribution 
B.V. 
 
Classification: NCE 
 
ATC code: L01EX20 
 
Orphan Status:  
EU: Yes 
USA: Yes 
 
Mechanism of action: 
kinase inhibitor of FGFR 1, 
2 and 3 that inhibits FGFR 
phosphorylation and 
signalling and decreases 
viability of cells expressing 
FGFR genetic alterations, 
including point mutations, 
amplifications, and fusions 
or rearrangements [1]. 

Authorized Indication 
FDA: For the treatment of adults 
with previously treated, 
unresectable locally advanced or 
metastatic CCA with a FGFR2 fusion 
or other rearrangement as 
detected by an FDA-approved test 
[1]. 
 
EMA: Pemigatinib monotherapy is 
indicated for the treatment of 
adults with locally advanced or 
metastatic CCA with a FGFR2 fusion 
or rearrangement that is relapsed 
or refractory after at least one line 
of systemic therapy [2]. 
 
Route of administration: OS 
 
Licensing status 
EU CHMP P.O. date: 28/01/2021 
FDA M.A. date: 17/04/2020 
 
EU Speed Approval Pathway: Yes 
FDA Speed Approval Pathway: Yes 
 
----- 
ABBREVIATIONS: 
5-FU: 5-fluorouracil 
AE: Adverse Event; 
CCA: cholangiocarcinoma 
CHMP: Committee for Medicinal 
Products for Human Use 
FGFR: Fibroblast growth factor 
receptor; 
M.A.: Marketing Authorization 
ORR: Objective Response Rate; 
P.O.: Positive Opinion 
Pts: patients;  
Tab: tablet 
 

Summary of clinical EFFICACY: 
INCB 54828-202 (FIGHT-202) - NCT02924376: multi-centre, international, open-label, single arm trial, 
phase II study evaluating the safety and the efficacy of pemigatinib in 146 adult pts with FGFR positive 
surgically unresectable or advanced/metastatic CCA who had disease progression following treatment 
with at least one line of systemic therapy. 
Pts were assigned to one of three cohorts: 
A: FGFR2 rearrangements or fusions (n=107); 
B: Other FGF/FGFR alterations (n=20); 
C: No FGF/FGFR alterations (n=18)*. 
All enrolled pts received a starting dose of 13.5 mg oral pemigatinib once daily (21-day cycle; 2 weeks on, 
1 week off) until disease progression, unacceptable toxicity, withdrawal of consent, or physician decision. 
The primary endpoint was the proportion of pts who achieved an ORR among those with FGFR2 fusions 
or rearrangements (cohort A), assessed centrally in all pts who received at least one dose of pemigatinib. 
ORR in cohort A was 35.5% (95% CI, 26.5%–45.4%), with 3 complete responses) [1][3][4]. 
*1 with an undetermined FGF/FGFR alteration 
 
Summary of clinical SAFETY: 
Overall, the most common AEs were hyperphosphatemia (60%), alopecia (49%), diarrhea (47%), fatigue 
(42%), nail toxicities (42%) and dysgeusia (40%). The most frequent grade ≥ 3 AEs were 
hyperphosphatemia (7%), stomatitis (5%), arthralgia (4%), palmar-plantar erythrodysaesthesia (4%) and 
diarrhea (3%). Discontinuation, dose reduction and interruption due to AEs occurred in 9%, 14% and 42% 
of pts, respectively. Overall, 71 (49%) pts died during the study, most frequently because of disease 
progression (61 [42%]); no deaths were deemed to be treatment related [3][4]. 
 
Ongoing studies: 
● For the same indication: Yes 

● For other indications: Yes 

[Phase III, but if it is an O/OE drug, also Phase II] 
 
Discontinued studies (for the same indication): No 
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Economic impact: 
$17.757,50 for 14 tablets/pack (13,5 mg) – US [5]. Price 
for 21-day cycle: $17.757,50 
  
Epidemiology: 
The prevalence of CCA is unknown but it accounts for 
approximately 3% of gastrointestinal tumours and 10-
15% of all hepatobiliary malignancies [6]. 
----- 
POSSIBLE PLACE IN THERAPY 
Complete surgical resection is the only potentially 
curative therapy for CCA. This treatment is possible in 
less than 40% of pts and disease recurrence is frequent 
[7]. A second line treatment standard is unestablished 
[8]. In pts with advanced unresectable CCA progressing 
after first-line chemotherapy with gemcitabine and 
platinum derivatives and a good performance status 
(ECOG PS of 0-1) a second line of fluoropyrimidine-
based chemotherapy is weakly suggested [7]. 
 
OTHER INDICATIONS IN DEVELOPMENT: bladder 
cancer; urothelial carcinoma; advanced or metastatic 
solid tumours; myeloproliferative neoplasms; 
colorectal cancer; lung cancer; endometrial cancer; 
breast cancer [9]. 
 
SAME INDICATION IN EARLIER LINE(S) OF 
TREATMENT: 
INCB054828 (FIGHT-302) - NCT03656536: randomized 
phase III trial to evaluate the efficacy and safety of 
pemigatinib versus gemcitabine plus cisplatin 
chemotherapy in first-line treatment of participants 
with unresectable or metastatic CCA with FGFR2 
rearrangement [10]. 
 
OTHER DRUGS IN DEVELOPMENT for the SAME 
INDICATION: TAS 120; infigratinib; derazatinib.[8] 
 
*Service reorganization: No 
*Possible off label use: Yes 
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