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2. Information Gathering 

In collaboration with the four patient advocacy groups, CHCC employed a multi-faceted outreach strategy to 
help collect, organize and present the cholangiocarcinoma patient/caregiver input.  

On October 22, 2024, CHCC reached out via email to 5 Canadian clinicians who treat cholangiocarcinoma, 5 
patients associated with CHCC and the three patient advocacy organizations (GI Society joined post 
outreach efforts), wherein we kindly requested assistance with patient/caregiver recruitment for CHCC’s 
cholangiocarcinoma qualitative telephone and Zoom interviews. A flyer (Appendix B) was posted on 
CHCC’s website, seeking patients with the lived experience with the drug under review. The flyer was also 
sent out to the collaborating organizations for posting on their respective websites. The call for patients 
across Canada to participate in a qualitative interview was also mentioned in the CTV News article on 
Pemazyre on November 6.   

CHCC adapted and used a previously designed (and validated) qualitative questionnaire (with permission) 
by CCRAN. Telephone interviews were conducted, with each interview lasting approximately 60 minutes. 
The survey helped capture the advanced cholangiocarcinoma patient experience with the disease, currently 
available treatments, and the therapy under review. The telephone and Zoom interviews were administered 
between October 23, 2024, and November 7, 2024.  

It is important to note that the patients have been receiving Pemazyre therapy for varying lengths of time. 
Three patients had difficulty obtaining the drug but did have the FGFR2 fusion mutation, hence, their lived 
experience with the drug under review was indeed included. Our collective efforts captured the values, 
priorities, and preferences of 12 patients who underwent the Pemazyre journey. In addition, the 
questionnaire includes the impact on the caregiver experience. 
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These twelve patients' heart-wrenching testimonials are comprehensively incorporated into this submission 
to ensure the advanced, metastatic cholangiocarcinoma patient's voice is represented, and to help inform 
this committee’s deliberations. There is no Canadian-reimbursable first-line targeted therapy for CCA 
patients with the FGFR2 fusion mutation. Patients who had coverage of Pemazyre were very thankful for 
the extension of their life as there is no other available treatment for this cancer after first-line chemotherapy. 
Their lived experience with this cancer and the treatment provided is extensive and impactful.  

3. Disease Experience 

Cholangiocarcinoma is a rare and aggressive cancer, often diagnosed in the late stages, with a poor 
prognosis (Neumann et al., 2022).  Intrahepatic cholangiocarcinoma (iCCA) is the second most common 
liver malignancy (Tsilimigras et al., 2020). According to the Canadian Cancer Statistics, 730 people were 
diagnosed with cholangiocarcinoma in 2019, the year in which the latest statistics are available for Canada 
(Canadian Cancer Society, 2024). Approximately 15% of all hepatobiliary tumours are found to be 
intrahepatic cholangiocarcinoma (iCCA) in nature (Pascale et al., 2023).  The global incidence of iCCA is 
increasing, and the prognosis remains poor, with a 5-year survival rate of 5%-20% (Neumann et al., 2022; 
Pascale et al., 2023; Brandi et al., 2024). If the disease is localized (has not spread beyond the liver), the 5-
year survival rate is for iCCA 23%; if it is regional iCCA (close to or around the liver), the 5-year survival rate 
is 9%; and if it is distant (metastasized), the 5-year survival rate drops sharply to 3% (Canadian Cancer 
Society, 2024).  Unfortunately, one patient who was interviewed succumbed to her disease after her 
interview and before the submission was completed.  
 
Cholangiocarcinoma has three subtypes, depending on location: intrahepatic cholangiocarcinoma (iCCA), 
distal cholangiocarcinoma (dCCA), and perihilar cholangiocarcinoma (pCCA). The dCCA and the pCCA are 
often grouped together as extrahepatic cholangiocarcinoma (eCCA). Pemazyre targets an FGFR2 fusion 
mutation almost exclusively found in iCCA (Vogel et al., 2024). 
 
Symptoms are often vague in the beginning, ranging from stomach upset, indigestion, and mild pain in the 
abdomen.  By the time patients see their physician, they already have advanced disease.  We heard this 
repeatedly from our interviewed patients. Diagnosis involves physical history and exam, blood work, liver 
function tests, CA19-9 tumour marker test, ultrasound, CT and MRI scans and biopsy (National Cancer 
Institute 2024).  The patients interviewed were diagnosed as follows:  
 
The interviewed patients accessed the following diagnostics to diagnose their cholangiocarcinoma:  

• Ultrasound: 7 of 12 

• Biopsy: 8 of 12  

• Blood work: 4 of 12  

• CT scan: 3 of 12  

• MRI: 1 of 12  

• PET scan: 1 of 12   
 
The following patients describe their variable symptoms: 
Patient A stated, "In April 2022, I was experiencing stomach pains so bad that I went to the walk-in 

clinic in Newmarket. I had an ultrasound (U/S) immediately. They saw a mass and did a biopsy 
immediately. I also had blood work done."  
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Patient E stated, "I had weird, strange back pain that would come and go. I also had some 
indigestion. I went to see the doctor about it. I had an ultrasound in March 2023, which 
showed a 5cm mass in my liver."  

Patient I had a different experience, in which she stated, “I was asymptomatic. It was the broken 
collarbone that brought me to hospital.”  She said, “… When I went to the hospital, it was 
picked up on the x-rays I had.”  

Patient J stated, "I had yearly PET scans since I was diagnosed with Wilson’s disease in 2005. My 
liver is cirrhotic.  I was asymptomatic. The scan picked up a 2cm tumour and my CA19-9 was 
high."  

 
Of the patients interviewed, for Patients A, C, D, F, G, I, and K, (7 out of 12), the cancer had already 
metastasized and never went away after diagnosis.  
 
Thus, surgery with curative intent is only feasible for a few patients (Casadei-Gardini et al., 2023).  However, 
the prognosis is still discouraging because 50%-70% of patients who have a resection will experience a 
disease recurrence (Tsilimigras et al., 2020). 
 
Although Patients B, E, H, J, and L had liver resections, they all experienced recurrences and had to 
access chemotherapy. 
 
There are a few genetic mutations or alterations in iCCA (Ramjeesingh et al., 2023).  They include but are 
not exclusive to FGFR2 fusion, IDH1/IDH2 mutations, HER2 amplification, NTRK fusions, etc. (Ramjeesingh 
et al., 2023). Pemazyre targets the FGFR2 fusion mutation or alteration (biomarker).  
 
All patients were tested for biomarkers at some point, and everyone had the FGFR2 fusion mutation.  
 
The disease experience is closely linked to the experiences with currently available treatments 
because patients are placed on the standard of care chemotherapy almost as soon as they are 
diagnosed. 
Patient A was diagnosed on May 6, 2022, and chemotherapy was initiated that month. 
Patient B was diagnosed in late January 2023 and started chemotherapy in March 2023. 
Patient C was diagnosed in November 2022 and began chemotherapy in December 2022. 
Patient D was diagnosed in October 2022 and began chemotherapy in October 2022. 
Patient E was diagnosed in April 2023 and had surgery in August 2023. She has an unusual case as she 

was diagnosed with 3 different cancers, but since cholangiocarcinoma is the most aggressive of the 
three cancers, the decision to treat that cancer first, was made.  

Patient F was diagnosed in December 2021 and a 2-year treatment on chemotherapy was initiated right 
away. 

Patient G was diagnosed in January 2022 and started chemotherapy treatments in April 2022. 
Patient H was diagnosed in September 2018 and had a liver resection shortly after that. 
Patient I was diagnosed in September 2023 (incidental finding) and commenced chemotherapy in October 

2023. 
Patient J was diagnosed in August 2017. She had a liver resection and was not offered any adjuvant 

therapy and did not know to ask for it. 
Patient K was diagnosed in December 2021 and began chemotherapy in January 2022. 
Patient L was diagnosed in December 2021 (an incidental finding) and had surgery in May 2022. No 

chemotherapy prior to surgery.  
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4. Experiences With Currently Available Treatments 

The current first-line standard of care treatment is gemcitabine-cisplatin and durvalumab (gem-cis-durva), a 
protocol that includes an immunotherapy drug (Ramjeesingh et al., 2023). On February 3, 2023, durvalumab 
was approved for reimbursement for CCA to be used with gem-cis. Until recently, durvalumab was the only 
immunotherapy drug approved for CCA in Canada.  In the summer of 2024, pembrolizumab and gem-cis 
were approved for first-line treatment. “The immunotherapy-plus-chemotherapy combination helped people 
live longer” (National Cancer Institute, 2024).   
 
Interviewed patients’ average time spent on gem-cis-durva was 9 months. All the patients received 
gemcitabine, and, except for one person, all patients also received cisplatin.  Half of the patients (Patients A, 
B, C, E, I, & L) received the first-line treatment standard of care chemotherapy Gem-cis-durva protocol, and 
the other half had different initial treatments.  
Patient D clarified that when diagnosed, “I was 4 months pregnant.” She also explained, “I received 

Carboplatin and paclitaxel weekly while I was pregnant. Once I had my daughter, I was 
switched to Gem-cis-durva. I also had 3 cycles of FOLFOX prior to Pemazyre.” Although she 
received a chemotherapy consistent with pregnancy, her protocol was changed to Gem-cis-durva 
after the birth of her child. 

Patient F stated that before Pemazyre, she had "Gemcitabine and Abraxane. They thought it was 
pancreatic cancer." 

Patient G explained, "I was supposed to have received 4 different groups of drugs. I do not remember 
which ones I had first, but they include: Fluorouracil (5FU), Leucovorin, Oxaliplatin, Paclitaxel, 
Carboplatin, Gemcitabine and Cisplatin."  

Patient H acknowledged, “I was on Gem-cis for 4 months.” Durvalumab was not an approved part of 

the standard of care when Patient H had her treatment. 
Patient J described, “I had the liver resection in 2017, radiofrequency ablation in August 2018, Gem-

cis in February 2020, stereotactic body radiation therapy (SBRT) in April 2021, and SBRT 
again in September 2021.”  Durvalumab was not an approved part of the standard of care when 
Patient J had her treatment. 

Patient K indicated, “After the 2 chemo treatments for pancreatic cancer, I was switched to Gem-cis. I 
was not eligible for durvalumab. I do not remember the names of the pancreatic cancer 
chemotherapy.” 

 
The health-related quality of life (HRQoL) for patients is reduced while on systemic chemotherapy (Dixit et 
al., 2024). “The most frequently reported symptoms were fatigue, lack of appetite, difficulty sleeping, 
constipation and pain” (Lewandowska et al., 2020, p. 7).  The patients interviewed reported other symptoms, 
including nausea, loss of train of thought, inability to move, hair loss, swelling of the feet, hands and face, 
and shortness of breath on exertion. 
 
Patient B described, "The QoL on the first chemo treatment was fine. I did well. The second time I was 

on the gem-cis-durva, my health declined each month. The nausea got worse. I felt like I had 
the flu all of the time. There was also a loss of train of thoughts." 

Patient C stated, "I was tired. I didn't feel like I could plan anything in case I started feeling unwell." 
Patient D also felt, "My quality of life was not better. I had nausea, loss of appetite, inability to move, 

and drowsy." 
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Patient F stated, "I thought my quality of life was good (but when I compare it to pemigatinib, it 
wasn’t). My tummy was swollen, my legs were swollen, my feet were swollen, I lost my hair, 
and my face was swollen from the steroids. I had to quit work.  I was always cold on chemo 
day and sluggish and short of breath on exertion for a few days following the chemo before 
improving.  After the first few days following treatment, I managed to cope with the children 
and home." 

Patient H explained, "I had fatigue, tremendous tiredness where I was physically weak, and nausea. I 
continued with my activities. I had less stamina. I can usually cycle for long periods but could 
only cycle for 1 block." 

 
Aspects of their treatment which were more difficult to control were: 
Patient A experienced a complication, which was a setback for her treatment. She expressed that, “On 

June 11, 2024, while having the FOLFOX treatment, my arm went ‘dead’. I went to the hospital 
for a CT scan, although I waited a number of hours. I was admitted the following day and had 
an MRI. I had a cyst on the brain putting pressure on my brain to give me the symptom. I had 3 
surgeries to try and get rid of the cyst. The last one was October 13, 2024. I spent 3 months in 
rehab for my arm and leg that went numb after my second surgery. I also got E. coli infection 
when they drained the fluid from my head. I have been off chemo for 5 months now. This has 
been the toughest part." She has been unable to access Pemazyre due to the cost, although she 
was able to access the drug in mid-November with the Ontario government covering the cost.  

Patient B described, "The nausea got worse with each treatment and the anti-emetics were only able 
to take the edge off – never took it away. Flu-like symptoms were difficult to control." 

Patient C explained, "The fatigue was difficult to control. I was able to control the nausea with the 
anti-emetic drugs. I have some ascites so am taking morphine for that discomfort." 

Patient D identified this aspect that was difficult to control, "The nausea and the inability to move and 
drowsiness." 

Patient E stated, "I felt sick in a cyclical pattern, hard to control."  
Patient G specified, "I felt weak and couldn’t help do anything around the house." 
Patient H indicated, "I was not feeling well and deteriorating significantly. I was short of breath on 

exertion, couldn’t climb stairs anymore and would have to have a sleep during the afternoon." 
Patient I declared, “The nausea was difficult to control. The constipation was terrible. I had 

neuropathy prior to Chemo. Nothing helps the neuropathy.” 
Patient K indicated, “I was tired, short of breath, poor quality of life. Near the end of my time on 

chemo, I had a severe drop in my RBC, WBC and platelet counts. The decision to stop chem 
was made at that time.” 

Patient L detailed, “My quality of life on chemo was not great. I was exhausted all the time. A little bit 
of nausea. My platelets and WBC counts dropped.” 

 
Only two patients, Patient F and Patient J, did not have aspects of the chemotherapy that were difficult to 
control.  
 
Symptoms also impacted the patients' daily living activities (ADLs). Caregivers had to assume more duties 
around the home and with childcare. There are concerns about finances, and in one instance Patient L’s 
spouse had to sell their side business to manage being a caregiver.  The cost was part of the problem for the 
3 people unable to access Pemazyre, making it unattainable for them. 
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Patient G explained, “My husband is worried. When I was on the chemotherapy, he was doing 
everything. Now that I am on Pemazyre, we share the chores together. Financially it is a 
burden as we are spending our savings on medications. It is getting tight.” Patient G is paying 
for Pemazyre out-of-pocket.   

Patient K expressed, “It has been hard on my wife and my parents.  Parents call me a lot and I visit 
them in Vancouver every 2-3 months. My wife transports me to wherever I must go, she has to 
do everything, she works outside the home because someone has to pay the bills. She is my 
everything.” 

Patient L acknowledged, “My family has been impacted hugely. My sons don’t really like to talk about 
it although I give them opening and space to talk. My husband is stressed. He holds a CFO 
position and had a side business – a tax consulting business, which he had to sell because it 
was just too much. He has had to do more work around the house and with the kids.” 

 
FOLFOX is a second-line chemotherapy treatment usually used to treat colorectal cancer and pancreatic 
cancer as well as other cancers (Lamarca et al., 2021; Yetman, 2021). Patients must go to the hospital or 
treatment centre to receive this drug as it is given intravenously (IV).  FOLFOX has debilitating side effects, 
not the least of which is peripheral neuropathy, (tingling sensation, burning sensation, or numbness) in the 
hands and feet which prevents patients from accomplishing the simplest of tasks such as buttoning their 
shirts. This can cause hypersensitivity to cold temperatures. Neuropathy often increases with additional 
chemotherapy treatment (Yetman, 2021). 
  
Five patients were treated with FOLFOX.  
Patient A acknowledged "I was on gem-cis-durva from May 2022 to February 2023 (10 months). I was 

on FOLFOX from February 2023 to June 2024 (17 months)."  Patient A could not access 
Pemazyre until Nov 14, 2024, through the Ontario government's approved case-by-case coverage. 

Patient C said, "I had 8 full cycles of Gem-cis-durva and my numbers went down. I had one cycle of 
durva alone and the numbers started going up, so FOLFOX was started and the numbers went 
down again." She was trying to figure out how to access Pemazyre which is why she went on 
FOLFOX.  

Patient D stated, “…was on the Gem-cis-durva from February 2023 until March 2024 (I was off for 1 
month so I could travel) and I had 3 cycles of FOLFOX from March 2024 until May 2024.” 

Patient G commented that she had four therapies but did not know which order they were given. 
FOLFOX drugs were one of the therapies.   

Patient L explained, "I was on capecitabine (adjuvant therapy) from August 2022 to January 2023, 
Gem-cis-durva April 2023 to January 2024, Durvalumab alone for February 2024 to March 
2024, and FOLFOX April 2024 to July 2024."  When she describes how well the different therapies 
controlled the tumour, she remarked, “The capecitabine did not control any risk of recurrence. 
The Gem-cis-durva kept the tumour stable. I was never told my tumour markers. The 
durvalumab alone and the FOLFOX did not control the tumour. There was growth while on 
these last 2 therapies.”  She has been without any treatment since July 2024. As of November 30, 
she has submitted her paperwork and is still waiting for the paperwork to be approved before she can 
access Pemazyre.  

 
With cholangiocarcinoma, most people have vague symptoms to begin with, and by the time they see their 
physician, they already have unresectable cancer (Vogel et al., 2024). Unfortunately, when a person is 
diagnosed with CCA, they are usually diagnosed at an advanced stage: approximately 65% of patients have 
unresectable disease, and up to 50% already have metastasis at the time of diagnosis (Vogel et al., 2024).  
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When liver resections are recommended, they need to occur sooner rather than later. If time is allowed to 
progress, the cancer will spread, as shown by Patient A. She was diagnosed in May 2022; and received 
chemotherapy later that month, which lasted until February 2023. She was then scheduled for a liver 
transplant, but it was cancelled in May 2023 as the cancer had metastasized to her lymph nodes and her 
pelvis. 
 
These patients experienced recurrences after liver resections:  
Patient B stated, “… I had a liver resection on August 28, 2023.  After the recurrence was diagnosed, I 

started on gem-cis-durva again from January 30, 2024 until September 2024.”  
Patient E specified, “I had surgery in August 2023 to remove the tumour. The margins were not clear. I 

had a second surgery in November 2023, and the margins were clear following that surgery.  
In March 2024, I was started on Gem-cis-durva as well as radiation to the tumours in the 
lungs.”   

Patient H detailed, “...They removed 40% of my liver and found there was vascular involvement 
(malignant). They tried adjuvant therapy. I was sick after 1 week, so they stopped it and then 
tried again 1 week later. I had abdominal spasms, and I collapsed on the street, so I stopped 
taking the therapy.”  Later in the interview, she said, “After surgery, I was able to live for 3 years 
and 1 month without intervention.” Then, she was “on Gem-cis for 4 months” and “had a few 
weeks of radiation.” She was fortunate to be able to access Pemazyre through the compassionate 
access program and as she stated, "I am still on Pemazyre. I have had 35 cycles (745 days on 
therapy).”   

Patient J revealed, “I had surgery: a liver resection in August 2017 with clear margins. I was not 
offered adjuvant therapy, and I didn’t know to ask.”  Later in the interview, she shared, “There 
was a recurrence in my liver in August 2018 which I had RFA (radiofrequency ablation) which 
removed evidence of disease. I had another recurrence in my liver in December 2019.  My 
doctors wanted me to have a liver transplant but I was denied in Canada and so I went to 
Houston and couldn’t have one there either. We moved to Israel (my husband is an Israeli), 
because I couldn’t seem to get a liver transplant or chemotherapy in Canada.  I was offered 
chemotherapy in Israel which I started in February 2020.”   

Patient L indicated, “I had a liver resection (with clear margins) and removal of gall bladder in May 
2022.  I was on capecitabine (adjuvant therapy) from August 2022 to January 2023, Gem-cis-
durva April 2023 to January 2024, Durvalumab alone for February 2024 to March 2024, and 
FOLFOX April 2024 to July 2024.  No chemo since July 2024.”  She expressed that there was 
a recurrence while she was on capecitabine. She was unable to access Pemazyre.  As of November 
30, although the appropriate paperwork has been submitted, she is still waiting for the approval from 
the Ontario government.  

 
Capecitabine is another systemic chemotherapy used to treat certain types of cancers (breast, colon, rectal, 
stomach, esophageal and pancreatic) (WebMD, 2024).  “It works by slowing or stopping the growth of cancer 
cells” (WebMD, 2024). Although capecitabine did not meet the primary endpoint of improving overall survival 
in the BTC patients, it did show overall survival rates of 24.4 months in the capecitabine group compared 
with 17.5 months in the observation group when used as adjuvant therapy post-surgery and is considered 
standard of care (Primrose et al., 2019). 
Two of our interviewed patients accessed capecitabine therapy.  
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Patient L explained that she had surgery in May 2022 and then started the adjuvant capecitabine therapy a 
few months later., “…I have had capecitabine (adjuvant therapy) from August 2022 to January 
2023.”  She asserted that the tumour recurred even while on the adjuvant therapy, capecitabine.  

Patient H stated, “…They tried adjuvant therapy. I was sick after 1 week, so they stopped it and then 
tried again 1 week later. I had abdominal spasms, and I collapsed on the street, so I stopped 
taking the therapy." 

5. Improved Outcomes 

The telephone / Zoom qualitative interviews served as a constructive and informative means of connecting 
with CCA patients to learn of their unique and oftentimes heartfelt journeys. The patients thoughtfully 
provided information on their disease progression and their thoughts regarding the much required 
improvements to help improve patient outcomes. Pemazyre is an oral medication that allows patients to live 
their lives without being constrained by having to go to the hospital. Oral medication also saves their veins, 
as chemotherapy can be extremely hard on the blood vessel walls.  Pemazyre also increases their survival 
time.  In addition, once Pemazyre is an approved targeted therapy, other second-generation FGFR2 fusion 
mutation drugs can be offered in Canada, starting with clinical trials when Pemazyre fails. 

They all expressed concern about the aggressive nature of this cancer and were thankful to have another 
choice after the first-line therapy ceased to work. When asked about their experiences on Pemazyre, they 
felt that being able to take the drug gave them hope and allowed them to live longer compared with 
having nothing available after first-line chemotherapy. They also spoke about the hope for a second-
generation targeted therapy drug called cancer growth inhibitor becoming available while they were on 
Pemazyre for use when Pemazyre ceases to work. Patient J has begun to seek out second-generation 
targeted therapies (Tinengotinib) in Europe, as her Pemazyre was stopped, and she is currently on 
FOLFOX.   

A few statements from patients are included. 

Patient A stated, “It is clear that this drug is very likely going to extend my life significantly. It could 
buy me time for other valuable therapies to come online in the future.  To have quality of life, I 
need to have hope. and the hope of accessing this drug keeps me going.”  Patient A was able 
to access Pemazyre in mid-November because the Ontario government agreed to cover the 
expense. 

Patient G commented, "I want this drug to be available to everyone who needs it. There should be no 
cost associated with being alive." 

Patient H acknowledged, "With this cancer, you are faced with terrible things. Knowing that you are 
going to have help covering the cost of Pemazyre is huge. It is not fair that everyone cannot 
access this drug. It provides a huge life enhancement." 

6. Experience With Drug Under Review 

The drug Pemazyre (pemigatinib) targets the FGFR2 fusion mutation, which is almost exclusively associated 
with intrahepatic cholangiocarcinoma (iCCA) (Ramjeesingh et al., 2023, p. 7137; Vogel et al., 2023). Ten to 
fifteen percent (10-15%) of all patients who have iCCA will have the FGFR2 fusion mutation, which is the 
alteration that Pemazyre targets. There are companies in Canada that can test the tissue or blood of any 
Canadian who requires biomarker testing.   Biomarker (molecular) testing is available to all Canadians, but it 
may have a cost and must be ordered by a physician.  All patients with cancer should have molecular testing 
performed in a timely manner to identify any actionable mutations: FGFR2 fusion testing is required to 
identify eligible patients before they can receive Pemazyre (CADTH, 2022).  Thankfully, in Canada, all CCA 
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patients can have funded access to molecular testing, and in some provinces, FGFR2 fusion testing is 
covered by the government.  
 
Currently, in Canada, no targeted therapies are approved or recommended for reimbursement for CCA 
except in Alberta and Quebec, which cover the cost of the drug Pemazyre. Pemazyre (pemigatinib) has 
shown an overall response of 37% in patients in the FIGHT-202 trial (Vogel et al., 2024). No research 
compares life expectancy using FOLFOX and Pemazyre. The patient experience tells a different story. Their 
life while on Pemazyre is “normal”. Patients can undergo Pemazyre therapy in the comfort of their own 
home because it is an oral therapy – a highly sought after and much appreciated commodity.  FOLFOX is 
given intravenously, so a trip to the cancer centre/hospital is required religiously. This is costly in time and 
resources to patients and their caregivers (e.g. time off work and / or school, parking fees, gas, treatment 
related side effects associated with IV) as well as to the health care system (e.g. staff, facility spaces, 
materials, and equipment) compared with an oral medication. 
 
The patients’ positive experience while undergoing the therapy should be a testament to the reaffirming and 
undeniable request that Pemazyre should be funded for every eligible Canadian.  Of the three patients who 
were not on the drug when interviewed, two are now happily accessing it: as of November 30, the last patient 
is still waiting for approval from the Ontario government.  
 
From the interviews, three patients stopped taking Pemazyre, and their average time on the drug was 10.5 
months, ranging from 3 to 21 months. Out of the six patients remaining on the drug, they have been on 
Pemazyre from 2 to 26.3 months, with an average time on the drug of 12.3 months and still counting. Two 
patients just began their course on Pemazyre in November and are not included in this calculation.  
 
When conversing with the patients, it became abundantly clear that responses to Pemazyre were 
overwhelmingly encouraging. For quality of life (QoL), patients rated their time on Pemazyre from 6 to 10, 
which was surely better when compared to their chemotherapy counterpart. The average rating for quality 
of life on Pemazyre for the patients is 9 out of 10. They did experience side effects, some of which 
included thinning of hair (Patients B, C, D, E, F, H , J), fingernail and toenail issues(Patients B, E, F, H, J, 
K), watching their dietary phosphate intake and having dry eyes and longer eyelashes (Patients B, C, D, G, 
J), and having eye doctor appointments more regularly. Despite these treatment-associated side effects, the 
patients interviewed emphasized that the side effects were certainly worth the benefits with respect to their 
quality of life while on the targeted drug.   
 
The following are their direct quotations on how they felt about Pemazyre: 
Patient B acknowledged that she would rate her QoL on Pemazyre "An 8. I have amazing energy and 

cardio-wise, I can run up the stairs and walk uphill without any problems. I have only had one 
bout of unwellness which lasted only a few hours and then stopped. Even my husband has 
noticed the difference. My appetite is 10 out of 10."   
On November 29, Patient B contacted CHCC to relay the results of the CT scan done on November 
20. “For the first time ever, my tumours in all areas (liver, lungs, lymph nodes) have shrunk by 
approximately 25%. Never on chemo did my tumors shrink. So, this is definitely positive.” 

Patient C asserted, "It was a 10. I felt normal. Fatigue was gone. People couldn't tell that I had 
cancer." 

Patient D acknowledged that she would rate the drug a "10. I felt normal. I had more energy. We were 
able to go for walks, have dinners out." 
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Patient E said out of 10, she would rate being on Pemazyre "Presently a 7. For the first 3 cycles, I felt 
great, and I had energy, and it would have been a 10. Then I had a surprise surgery as my 
bowel got pinched in a hernia in my diaphragm. That surgery was in August 2024. Since that 
surgery, I am still recovering. I have chronic pain which is worse in the evening." 

Patient F is thrilled and rated Pemazyre a "10. I love Pemigatinib. I feel normal, have so much energy, 
and have returned to work (I love my job). My tumors shrunk for the first 3 months, and now 
they are stable." 

Patient G had a more complex experience with Pemazyre. "9. When I first went on Pemazyre, I took the 
full dose as prescribed. In January 2024, my joints in my back and legs were so sore I couldn’t 
walk. My eyes were also really dry. We suspended the treatment for 5 weeks. During those 5 
weeks, I took steroids, went to physio, and had acupuncture. I went back on Pemazyre at a 
lower dose and take the drug for one week, and then go off for one week. I feel great. I have 
more energy. I am walking 3 km/day. I still get tired, but I can do things like I did before. I help 
my husband do chores, cooking, cleaning and laundry around the house now." 

Patient H rated Pemazyre a "10. This drug was an energy restorer. I felt normal again. No longer 
needed to sleep during the day. I even took up pickleball.” She then explained, “My mother was 
ill, and it allowed me to look after her until she died a year ago. She was upset when I was 
diagnosed because children are not supposed to die before their parents. This drug allowed 
me to spend time with her and help her through her last years of life.” 

Patient J remarked, “I would give it a 6 or 7. We played around with the dose. I was on the low dose 
most of the time. I was living an active life. I was still working.  Every day was a bit different 
depending on where I was in the cycle. I was doing my best to live a normal life even though I 
had symptoms.” 

Patient K would rate his QoL on Pemazyre, “An 8.  Sometimes I am tired and have some ocular issues, 
(I do see the eye doctor every 6 weeks).  My energy levels are good, and my appetite is good.” 

 

7. Anything Else? 

Direct patient input through semi-structured qualitative telephone and Zoom interviews provided a 
comprehensive understanding of the cholangiocarcinoma and treatment experience from the patient's 
perspective. The patients were emphatic about why Pemazyre should be added as a targeted therapy for 
patients with the FGFR2 fusion mutation. These comments are critically important in the patient’s 
cholangiocarcinoma journey. As stated previously, Patients B, C D, F, H, all called Pemazyre an energy 
restorer. They had so much energy compared to being on chemotherapy. They could make plans as this 
drug allowed them to go about their lives normally. Even though Patients B, C, D, E, F, G, H, J and K all 
had symptoms (as previously noted), they still would rather be on the drug than not. Patients A and I just 
received approval in November and are happy to be going on the drug as it will extend their lives, however 
long. Patient L is waiting for the paperwork to go through.  Patient A expressed the sentiment well: "It is 
clear that this drug is very likely going to extend my life significantly. It could buy me time for other 
valuable therapies to come online in the future.  To have quality of life, I need to have hope. and the 
hope of accessing this drug keeps me going." 
 
Patients across Canada can access a precision oncology lab in Canada. Provinces could come together with 
inter-provincial agreements to cover the cost of patients so all patients may be tested. As Canada supports 
more targeted therapies, the strain on the healthcare system may be reduced, as targeted drugs, oral 
medications, can be taken at home. The health care burden will ultimately drop, and the financial burden of 
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the disease will improve. Patients can return to contributing to their communities either in volunteer form or 
back to work, as demonstrated by Patient F, who commented, "I got to go back to work. I love my job!"  
But more importantly, patients will resume some former sense of normalcy as they begin to take care 
of their families, assume household chores, take care of aging parents, young children as they return 
to a glimpse of their former selves.  
 
This is the first targeted therapy approved by Health Canada for cholangiocarcinoma, and patients want 
something else besides systemic infusional chemotherapy to treat this rare and aggressive cancer. Using 
effective, easily administered and less toxic targeted therapeutics is of paramount importance. Instead of 
affecting all the cells of the body, Pemazyre targets the cells that have the FGFR2 fusion mutation. The drug 
demonstrated a median overall survival of 17.5 months, more than twice what was expected (Vogel et 
al., 2024). Some patients have been alive and living well on the drug for over two years. Equally important is 
that there are second- and third-generation drugs that target this mutation, and they are available in clinical 
trials in other countries. However, none of these trials can ever come to Canada because the availability of 
Pemazyre (pemigatinib) as the standard of care and the failure of Pemazyre is a requirement for the second 
or third generation clinical trial enrolment. Clinical trials bring innovation and financial support to the province 
supporting them.  
 
Everyone should have biomarker testing done early in their treatment journey. This is so patients can start 
planning for second-line treatments (hopefully targeted therapies) before their first-line treatment ceases to 
be effective (Ramjeesingh et al., 2023). Patient F asserted, "There are no other options. Everybody that 
needs this drug should receive it. Everyone should be treated for biomarkers when they are 
diagnosed, or at least at the beginning of their cancer treatments."  
 
The five-year survival rate is low for CCA, and according to the Canadian Medical Association Journal 
(CMAJ), the age-standardized mortality rate per 100,000 is rising for hepatocellular and cholangiocarcinoma 
(Brenner et al., 2024). All the other cancers are stabilizing or decreasing. Canada is lagging behind other 
developed countries for the targeted therapies available for cholangiocarcinoma. All the patients who were 
interviewed felt that Pemazyre should be affordable and accessible to all patients who have the FGFR2 
fusion mutation. Patients should not be denied the chance to live; this has to change for CCA patients. 
Patient J sums it up by stating Pemazyre gives people: “The Hope. It buys time until more treatments 
and therapies can come out or be discovered and offered.”  
 
Incorporating Pemazyre as a second-line treatment, albeit first-line targeted therapy, addresses an unmet 
need for the cholangiocarcinoma population: providing hope, prolonging life, and maintaining or improving 
overall QoL when compared with QoL on chemotherapy. As a collective group, we strongly support and urge 
a positive funding recommendation for reimbursement be issued for Pemazyre as a targeted therapy in 
second-line treatment following the standard of care systemic chemotherapy, gem-cis plus immunotherapy 
(durvalumab or pembrolizumab), for the treatment of cholangiocarcinoma.  We believe that adding this oral 
medication enhances the patient’s life by giving them hope for the future, improving their quality of life and 
increasing their overall length of survival. 
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1. About Your Clinician Group 

The Canadian GI Oncology Evidence Network (CGOEN) is a virtual and inclusive network of Canadian GI 
Oncology clinicians who contribute to the knowledge of GI cancer and its treatments, including participating 
in clinical trials, conducting observational research, and involvement in local/provincial and national clinical 
guideline development and health technology assessment.  Some members of the clinician group 
participating in this submission are members of the International Cholangiocarcinoma Research Network 
(ICRN), a global collaboration of researchers and research centres working to improve knowledge about 
cholangiocarcinoma etiology, prevention, early detection, treatment, and prognosis. 
https://cholangiocarcinoma.org/international-cholangiocarcinoma-research-network/ 

Also, some members of this clinician group are members of the Canadian Cholangiocarcinoma Collaborative 

which was founded to change how patients with cholangiocarcinoma receive and access integrated research 

and care in Canada. 

https://www.cholangio.ca/ 

2. Information Gathering 

Information gathered for this submission was based on relevant data from the FIGHT-202 trial and expert 
evidence-based review by Canadian gastrointestinal cancer specialists  

3. Current Treatments and Treatment Goals 

Cholangiocarcinoma (CCA) is a heterogeneous group of uncommon, fatal malignancies arising from the 
biliary tract with limited treatment options. The true incidence of CCA is not known because of difficulties in 
establishing diagnosis. The prognosis of CCA patients with metastatic disease is poor, with a median overall 
survival of around one a year, and a five-year survival rate of < 20% 

While surgical resection with negative margin offers the only potentially curative option, the majority of 
patients present at locally advanced or metastatic stages when surgical resection is not feasible. The 
incidence of CCA has increased globally over the past few decades, and the mortality rate remains high due 
to the aggressiveness of the disease and resistance to medical treatment. 

With traditional chemotherapy regimens demonstrating limited effectiveness in CCA, research has focused 
on targeted treatments.  

Standard treatment options for unresectable (including metastatic and recurrent) bile duct cancer include 
palliative chemotherapy, immunotherapy, targeted therapy and other modalities of therapy.  

Systemic chemotherapy with immunotherapy is appropriate for select patients with the combination of 
cisplatin plus gemcitabine (CisGem) plus durvalumab or pembrolizumab being the current standard of care 
first-line therapy.  Cisplatin may also be substituted by oxaliplatin or carboplatin in cases of renal impairment 
or neuropathy. 
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Second-line treatment usually consists of a fluoropyrimidine-based chemotherapy regimen such as 
FOLFOX, capecitabine or FOLFIRI. There is evidence of a small survival benefit with second-line FOLFOX 
compared to active best supportive care based on the ABC-06 study.  

Despite recent advances, the moderate survival benefit provided by CisGem+durvalumab or 
CisGem+pembrolizumab has motivated much research aimed at identifying more effective treatments in this 
setting. 

Currently, agents targeting FGFR2 fusion and IDH1/2 mutations hold great promise for improving the 
management of CCA. Pemigatinib, a fibroblast growth factor receptor (FGFR) 2 inhibitor, received 
(accelerated) approval in April 2020 by the US Food and Drug Administration (FDA) in CCA patients 
harboring FGFR2 gene fusions or other rearrangements and is the first targeted therapy to be approved for 
the treatment of CCA. 

Extending survival, delaying disease progression and maintaining quality of life while on therapy are goals of 

current research into new treatments for the management of CCA.   

4. Treatment Gaps (unmet needs) 

4.1. Considering the treatment goals in Section 3, please describe goals (needs) that are not being 
met by currently available treatments. 

While CisGem+durvalumab or CisGem+pembrolizumab are the standard of care first-line therapies 
for CCA, these regimens only offer moderate survival benefit with most patients reporting a median 
survival of just over 12 months. Second-line treatment with FOLFOX improved survival to only 6.2 
months compared to 5.3 months with supportive care alone.  

New treatments for metastatic biliary cancer are urgently needed to improve survival for patients 
with this devastating disease.  

Currently funded second-line systemic treatments for patients with cholangiocarcinoma and FGFR2 fusions 

or rearrangements offer inadequate efficacy.  New second-line treatments are required which have a 

meaningful survival benefit. 

Pemigatinib is expected to offer patients improved efficacy in terms of survival, progression-free survival, 

response rate and disease control. As an oral drug, pemigatinib may also contribute to improved quality of 

life because it would require fewer visits by the patient to the cancer center, and no chair time for infusion. 

5. Place in Therapy 

5.1. How would the drug under review fit into the current treatment paradigm? 

The FIGHT-202 study was a phase 2 study which evaluated efficacy and safety of Pemigatinib in patients 

who had disease progression following at least one previous treatment.  As such, it would continue to be 

appropriate to first treat patients with the standard of care front-line therapy before prescribing pemigatinib to 

CCA patients harboring FGFR2 gene fusions or other rearrangements.   
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It would also be reasonable to consider pemigatinib upfront for CCA patients deemed unsuitable for 

cisplatin/gemcitabine plus durvalumab or pembrolizumab as first-line therapy. 

5.2. Which patients would be best suited for treatment with the drug under review? Which patients 
would be least suitable for treatment with the drug under review? 

The drug under review (pemigatinib) would benefit CCA patients harboring FGFR2 gene fusions or other 

rearrangements with an ECOG performance status of 0-2.  

FGFR2 fusions and rearrangements are found almost exclusively in intrahepatic cholangiocarcinoma 

occurring in approximately 10% of these patients.   This would represent a small group of patients in Canada 

and should be considered a rare cancer. 

Intrahepatic cholangiocarcinoma (iCCA) has high frequency of actionable genomic targets including 
mutations in Fibroblast Growth Factor Receptor (FGFR), particularly FGFR2.  Comprehensive genomic 
profiling (CGP), the backbone for precision oncology, opens the opportunity for tailored therapies such as 
pemigatinib. 

Patients best suited for treatment need to be prescreened for FGF/FGFR status using DNA/RNA 

sequencing. 

Biliary cancer patients without FGFR2 fusions or rearrangements should not be treated with pemigatinib. 

5.3 What outcomes are used to determine whether a patient is responding to treatment in clinical 
practice? How often should treatment response be assessed? 

In clinical practice, the patient’s clinical condition and CT imaging are used to determine whether a patient is 

responding to treatment. If a patient is symptomatic from their cancer and a treatment results in improvement 

in the symptom then this may be a surrogate marker of response. The most objective measurement is CT 

imaging to compare the sizes of the primary cancer and metastases.  CT imaging response is used to 

assess outcomes in clinical trials and clinical practice. 

Treatment response and tolerance of the treatment should be assessed clinically every 3 weeks and 

response should be assessed radiographically with CT imaging every 2-3 months. 

A clinically meaningful response to treatment would be to achieve tumor control (response or disease 

stabilization) and to maintain or improve quality of life. 

 

5.4 What factors should be considered when deciding to discontinue treatment with the drug 
under review? 

Patients would discontinue treatment if there is clear evidence of cancer progression on imaging, poor 

tolerance of the treatment which cannot be improved with dose delays or reductions, or patient preference to 

stop treatment. 
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5.5 What settings are appropriate for treatment with [drug under review]? Is a specialist required 
to diagnose, treat, and monitor patients who might receive [drug under review]? 

Pemigatinib can be taken at home as prescribed by a medical oncologist. 

6. Additional Information 

We acknowledge that the FIGHT-202 study which supports the use of pemigatinib in the second-line setting 
is a phase 2 study. A phase 3 study in this setting can not be performed anymore because the several FGFR 
inhibitors are approved by EMA and FDA and are in most countries considered as standard of care in 
second line treatment. Three phase-3 trials comparing FGFR inhibitors in 1st line have been stopped 
because of slow recruitment and the low frequence of FGFR2 fusions in iCCA. 

Since the previous submission, a number of real world studies of pemigatinib in FGFR2 mutated CCA have 
been completed in Canada, the United States and Europe. All support the efficacy and safety of pemigatinib 
in real world patients.1,2,3 

In addition, pemigatinib has now received a positive recommendation from INESS in Quebec, and is being 
offered on a case-by-case basis to CCA patients in Alberta and Ontario. NICE in the United Kingdom and the 
EMA in Europe have also approved pemigatinib for CCA with and FGFR2 fusion in 2021. This leaves 
Canada’s public health care system as one of the few public systems around the world to not universally 
provide pemigatinib to eligible CCA patients with an FGFR2 fusion.  

FGFR2 mutation status will need to be assessed in cholangiocarcinoma patients being considered for 
pemigatinib. Currently there is funding for FGFR2 testing in the Canadian provinces of Alberta and Ontario. 
With respect to comprehensive genomic profiling (CGP), over 20 cancer therapies linked to over 15 genomic 
biomarkers have been approved in Canada, with many more quickly emerging. This emphasizes the growing 
value of precision medicine in cancer care and reinforces the need for all Canadians to have access to these 
therapies and the molecular tests needed to prescribe them.  A plan for publicly funding CGP in patients with 
cancer is crucial for enabling our healthcare system to keep pace with rapidly evolving molecular testing 
needs.4 

Considerations for Significant Unmet Need 

Cholangiocarcinoma is a rare cancer.  As such we urge CADTH to apply the recommendations framework 
that includes Considerations for Significant Unmet Need as described in the Procedures for CADTH 
Reimbursement Reviews (March 2022), section 9.3.1. 

We also urge CADTH/ to transparently report (in the draft recommendation) how the considerations for 
significant unmet need contributed to the draft recommendation.   

 
1 Ding P, Tam V, Ramjeesingh R, Asselah J, Sheffield B, Mitchell T, Turpin K, Gaudreau A, Knox J, Cheung W. Pemigatinib in the real-world 
management of cholangiocarcinoma (CCA) through a Canadian patient support program (PSP). Cholangiocarcinoma Foundation 2024 Annual 
Conference, Salt Lake City, UT. 
2 Parisi A, Delaunay B, Pinterpe G, Hollebecque A et al. Pemigatinib for patients with previously treated, locally advanced or metastatic 
cholangiocarcinoma harboring FGFR2 fusions or rearrangements: A joint analysis of the French PEMI-BIL and Italian PEMI-REAL cohort studies. Eur 
J Cancer. 2024 Mar;200:113587. doi: 10.1016/j.ejca.2024.113587. Epub 2024 Feb 6. PMID: 38340384. 
3 Saverno K, Zimmerman Savill KM, Brown-Bickerstaff C, Kotomale A et al. Real-world use of pemigatinib for the treatment of cholangiocarcinoma in 
the US. Oncologist. 2024 Aug 21:oyae204. doi: 10.1093/oncolo/oyae204. Epub ahead of print. PMID: 39173023. 
4 Impact Mediocom Inc with Lim, H., Sheffield, B., Karachiwala, H.,Leighl, N., Doherty, M., Sehdev, S., Slater, J.  DETERMINING PRIORITY 
ACCESS TO COMPREHENSIVE GENOMIC PROFILING FOR CANADIAN PATIENTS WITH CANCER 
https://www.impactmedicom.com/publications/reports 

 



















Dear Reviewers,

The Cholangiocarcinoma Foundation (CCF) advocates for the reimbursement and availability of
pemigatinib (Pemazyre) for Canadian patients diagnosed with fibroblast growth factor receptor 2
(FGFR2)- positive cholangiocarcinoma (CCA). As the leading global resource for
cholangiocarcinoma research, education, and advocacy, we are compelled to address the
pressing unmet needs of this cancer community.

Cholangiocarcinoma is an unforgiving disease with limited treatment options. For patients with
FGFR2 fusions or rearrangements, treatment using pemigatinib represents not just an
alternative but a chance at improved outcomes. The FIGHT-202 trial, while non-comparative,
demonstrated a meaningful objective response rate of 35.5%. Patients on pemigatinib reported
disease stability, symptomatic relief, and improved quality of life—factors directly translating to
more time with loved ones and a better quality of life.

The challenges of generating robust data for ultra-rare cancers like FGFR2-positive CCA cannot
be overstated. With cholangiocarcinoma already being rare and the FGFR2 population only
constituting 8% of this population, designing and conducting randomized controlled trials in such
a small patient population is almost impossible. Yet, the evidence supported by real-world
patient experiences points to pemigatinib as a valuable treatment option. The drug's oral
administration adds to its feasibility and convenience for patients already enduring significant
physical and emotional burdens.

Canadian patients deserve equitable access to treatments that provide hope and time, just as
patients in the US and in the UK where NICE guidelines are restrictive. The inability to access
pemigatinib places an undue burden on individuals who are already navigating a challenging
and isolating diagnosis. For these patients, everyday matters, and we urge you to consider the
value of precious time that can be afforded to families.

We urge decision-makers to reconsider the recommendation and prioritize patient-centered care
by making pemigatinib available to Canadians with FGFR2-positive CCA. This is an opportunity
to address a critical unmet need and demonstrate compassion and commitment to those who
often feel left behind by the healthcare system.

Thank you for your consideration. We can assist if you require further information, patient
testimonials, or expert insights. Patients are our priority, and we stand ready to provide the data



and resources you need to make a fact-based yet compassionate decision to help your citizens
in need.

With Urgency,

Stacie Lindsey
Founder & CEO

Juan Valle, MB, ChB, MSc, FRCP

Chief Medical Officer

Melinda Bachini
Chief Patient Officer



 November 11th 2024 

 Dear Canada Drug Agency, 

 I am a medical oncologist practicing in Kitchener, Ontario. My disease site specializations 
 include GI cancers, and I treat approximately 8 to 10 patients with cholangiocarcinoma each 
 year. I have been practicing at the Grand River Regional Cancer Center for the past fourteen 
 years. 

 I was recently apprised that pemigatinib (pemazyre) is undergoing a review for reimbursement 
 in Canada. I strongly support that this drug be reimbursed by provincial governments for second 
 line treatment of patients with cholangiocarcinoma that harbor an FGFR2 fusion. 

 I am not going to reference the numerous reviews of the real-world use of pemigatinib in the 
 cholangiocarcinoma population, since you must have access to all this evidence, and as a 
 community oncologist I am not considered a disease site expert, by any means. Suffice to say 
 that in the US and Europe, the FGFR2 inhibitor drug class is considered standard of care for 
 second line treatment of cholangiocarcinoma after progression on 
 cisplatin/gemcitabine/durvalumab chemotherapy, in patients whose somatic tumor testing 
 demonstrates FGFR2 fusions (a test that is reimbursed by my provincial government in 
 Ontario). 

 The purpose of my letter today is to outline my experience with pemigatinib, in two real patients 
 who have been fortunate enough to access this drug. Both of these patients agreed to have 
 their story shared with the Canadian Drug Agency for the purposes of having pemigatinib 
 funded, although I will not include their names in this report. 

 Patient Case 1 

 My first patient story is that of a patient in her late 70s. She was diagnosed with unresectable 
 intrahepatic cholangiocarcinoma in 2016. She responded well to first line chemotherapy with 
 gemcitabine and cisplatin, and after six cycles of chemotherapy had stereotactic radiation to the 
 primary liver mass in the hopes of controlling disease. The radiation worked for about 3 years, 
 but in January 2021 her disease in the liver started to grow again. 

 We restarted first line gemcitabine and cisplatin in February 2021, and she completed 9 cycles. 
 Her disease was controlled for a few months, but by November 2021 was growing again. 

 Repeat biopsy of her liver, organized through an academic center, revealed FGFR2 fusion in her 
 cancer. 

 At that time, in early 2022, pemigatinib was available through a patient support program in 
 Ontario. She was enrolled in the program and started on the drug in May 2022. She has 
 required a couple of dose reductions and is currently on the lowest dose of 4.5 mg daily x 14 



 days, with 7 days off. However her CA19-9 normalized very quickly after starting pemigatinib, 
 and her imaging shows ongoing response. 

 She has been responding to pemigatinib now for two and a half years, and is able to live her life 
 fully, with minimal s/e aside from nail and hair changes. 

 One may argue that her disease has always behaved more indolently, given that she had 
 relatively long disease free intervals while off chemotherapy. However I do not think she would 
 have tolerated our second line regimen of folfox for the past 2.5 years, nor do I think she would 
 have responded to chemotherapy for as long. 

 Patient Case 2 

 My second case is that of a 26 yo woman, who is now deceased from her cancer. 

 Patient 2 was diagnosed with metastatic cholangiocarcinoma at the age of 24, while pregnant, 
 with multiple liver metastases.  Biopsy revealed carcinoma, and upon further review it became 
 clear this was a primary intrahepatic cholangiocarcinoma. She paid privately for somatic testing 
 that revealed an FGFR2 fusion in her cancer. 

 She started chemotherapy with carbo-taxol weekly, which was chosen because it can be safely 
 given during pregnancy, and being in her second trimester at the time of diagnosis her primary 
 concern was to deliver a healthy baby. The chemotherapy was effective, and after she delivered 
 her baby successfully, we switched her to standard first line chemotherapy with 
 cisplatin/gemcitabine, and durvalumab. 

 She had a good response to first line cisplatin/gemcitabine/durvalumab, and was on this 
 regimen from April 2023 until early 2024, when she experienced disease progression in her 
 liver. 

 We could not obtain funding for pemigatinib at that time, and with her family’s help, she started a 
 Gofundme to try and raise funds to pay for the drug out of pocket. In the meantime, we started 
 folfox chemotherapy, which she did not tolerate well, and a scan after only 4 cycles (8 weeks) 
 showed clear progression. 

 She was admitted to hospital with a pain crisis at the end of May, during which time she started 
 the pemigatinib. She had a radiographic response after 2 months of pemigatinib, but was 
 progressing again at the 4 month mark. However she was able to function at home over the 
 summer while she responded to the drug, and had a significant improvement in her quality of life 
 over the two to three months when she responded. This was a real response, documented 
 radiographically, and although brief, gave her an extra three to four months of life, with good 
 quality, and those months were precious to her, and to her toddler. 



 She stopped the pemigatinib in September 2024, and although there is no standard of care 4th 
 line regimen, we offered her weekly carbo/taxol again, but she did not respond and passed 
 away recently from her disease. 

 —------------------ 
 These two patient cases summarize the whole of my experience with pemigatinib, which 
 admittedly does not make me an expert on this drug or speak clearly to its efficacy. I do believe 
 that my second patient might have responded longer if she had started pemigatinib at the first 
 sign of progression, because her burden of disease was that much greater while she 
 progressed on folfox. She might have had time to look into a clinical trial with other FGFR2 
 fusion inhibitors, or even raised more funds to pay for a consultation and access other FDA 
 approved FGFR2 fusion inhibitors in the US. Right now, given the recommendation against the 
 funding of pemigatinib, I would wonder if there are any pharmaceutical companies looking to 
 bring their oral FGFR2 inhibitors here, since I presume they believe that the funding 
 environment is not in favor. 

 Therefore I believe that recommending the funding of pemigatinib is important and the right 
 decision to make. I believe this because I have seen it work in my two patient cases. I have read 
 the real-world evidence, and this is a standard second line therapy in other parts of the world. 
 Finally, the approval of this drug would promote a welcoming environment for the introduction of 
 even better targeted agents to Canada in the future. 

 Sincerely, 

 Andrea Molckovsky 
 Medical Oncologist 
 Grand River Regional Cancer Center 
 Kitchener, Ontario 




