
Bio€quity Europe 2018
15 May, 2018

Ronny Skuggedal, CFO



This presentation may contain certain forward-looking statements and forecasts based on uncertainty, since they relate to events

and depend on circumstances that will occur in the future and which, by their nature, will have an impact on PCI Biotech’s

business, financial condition and results of operations. The terms “anticipates”, “assumes”, “believes”, “can”, “could”, “estimates”,

“expects”, “forecasts”, “intends”, “may”, “might”, “plans”, “should”, “projects”, “programmes”, “will”, “would” or, in each case, their

negative, or other variations or comparable terminology are used to identify forward-looking statement. There are a number of

factors that could cause actual results and developments to differ materially from those expressed or implied in a forward-looking

statement or affect the extent to which a particular projection is realised. Factors that could cause these differences include, but are

not limited to, implementation of PCI Biotech’s strategy and its ability to further grow, risks associated with the development and/or

approval of PCI Biotech’s products candidates, ongoing clinical trials and expected trial results, the ability to commercialise

fimaporfin (Amphinex®), technology changes and new products in PCI Biotech’s potential market and industry, the ability to develop

new products and enhance existing products, the impact of competition, changes in general economy and industry conditions and

legislative, regulatory and political factors. No assurance can be given that such expectations will prove to have been correct. PCI

Biotech disclaims any obligation to update or revise any forward-looking statements, whether as a result of new information, future

events or otherwise.

The reservation is also made that inaccuracies or mistakes may occur in this information given about current status of the

Company or its business. Any reliance on the information is at the risk of the reader, and PCI Biotech disclaims any and all liability

in this respect.

IMPOTANT NOTICE AND DISCLAIMER
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PCI BIOTECH AT A GLANCE
► Unlocking the potential of innovative medicines

Biopharmaceutical company focusing

on development and commercialization

of novel therapies for the treatment of

cancer

Leverages Photochemical Internalisation

(‘PCI’) technology, originating from the

Oslo University Hospital – the Radium

Hospital

Platform technology with three programmes

targeting an attractive and growing oncology

market

Lead programme, fimaCHEM, is a pivotal 

phase ready orphan designated (EU & US) 

first-in-class photochemical internalisation

product for treatment of bile duct caner – a 

disease without approved drugs

Listed on Oslo Børs (PCIB), M-Cap Euro ~130m
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Source: PCI Biotech, Oslo Børs

An oncology focused company with three well differentiated assets



PCI TECHNOLOGY
► Enabling drugs to reach intracellular therapeutic targets

PCI – the 

solution to a 

key challenge 

for several 

modalities
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PCI may enhance 

approximately

20%
of relevant approved 

chemotherapies

► First-in-man study published in Lancet 

Oncology1

► Promising tumour responses in Phase I in 

inoperable extrahepatic bile duct cancer

► Pivotal phase ready, with potential for 

approval based on interim read

► Orphan disease with high price potential

1) Lancet Oncology (2016) 17(9): p1217–1229

2) GBI Research (2016) Global Cancer Vaccines Market to 2022

3) Research and Markets (2015) RNAi therapeutics market

fimaCHEM

Total sales of 

cancer vaccines 

estimated to reach

$7.5bn
in 20222

► Expected market growth largely driven 

by therapeutic vaccine combinations with 

checkpoint inhibitors

► Aim is to out-license the technology on 

non-/semi-exclusive basis

► Opportunity to develop own therapeutic 

vaccination products

fimaVACC

Main

HURDLE IS 

DELIVERY
into cells

► Estimated sales of $18bn in 20303 (RNAi 

alone)

► Opportunistic collaborative approach 

► Aim is to out-license the technology on 

non-/semi-exclusive basis

fimaNAC1 2 3

THREE WELL-DEFINED DEVELOPMENT PROGRAMMES
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PCI TECHNOLOGY
► fimaCHEM – mode of action

Chemotherapeutics

chemotherapeutic

Cancer cell

1
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Endocytosis

Lysosomal 

breakdown

Anti-

microtubule 

agents

Anti-

metabolites

Cytotoxic 

antibiotics

Release into cytosol

DNA 

intercalation, free 

radical formation, 

etc.

DNA/RNA 

synthesis 

inhibition;

DNA damage

Cell cycle 

arrest

E.g.:



BILE DUCT CANCER
► Location and classification

1
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► Often referred to as cholangiocarcinoma 

► The cancer cells originates from the cells inside the 

bile duct (called cholangiocytes)

► Cholangiocarcinoma includes:

 Intrahepatic tumours (10%1)

 Perihilar tumours (60-70%1) 

 Distal tumours (20-30%1)

 Different incidence, pathobiology and management

Perihilar bile duct cancer is the 

initial target for PCI treatment

1) Bile duct cancer, American Cancer Society, 30 October 2013



BILE DUCT CANCER
► Excellent fit between medical need and fimaCHEM

Enhancing the active 

and recommended 

chemotherapy

- Combination therapy with gemcitabine and cisplatin 

is recommended

- Gemcitabine is significantly enhanced by fimaCHEM

- Enhancing systemic therapy locally

- Patients are treated with endoscopic methods 

(ERCP) for diagnosis and stenting

- Optic fibre and illumination easily included in the 

ERCP procedure

- Tumours tend to block the bile duct

- Liver function is often affected

- Biliary drainage is key for patient treatment and 

survival

- Preclinical and clinical data supports the notion of 

potential abscopal effects with fimaCHEM

- May be ideal for combination with checkpoint 

inhibitors

► Orphan indication, yearly incidence rate of 1-2 per 

100,000 in the western world1 – higher in Asia

► Five-year survival rate of less than 5% and almost 0% 

when inoperable1

► Average survival inoperable: ≈12 months2

► Current management1

Surgery

‒ Only potentially curative treatment

‒ Less than ⅓ are resectable at presentation 

Stenting

‒ Endoscopic stenting for palliative biliary drainage

Chemotherapy

‒ No approved chemotherapy

‒ Recommended: gemcitabine and cisplatin

1

8
1 www.cancerresearchuk.org
2 N Engl J Med 2010;362:1273-81

Easy illumination 

through standard 

endoscopic methods

Boosting 

chemotherapy effect 

where it is most 

needed

Inducing immunogenic 

tumour cell death

http://www.cancerresearchuk.org/


fimaCHEM

INOPERABLE EXTRAHEPATIC BILE DUCT CANCER
► An underserved patient population

- No approved medical treatment

- Combination therapy with gemcitabine and cisplatin recommended

Pain, jaundice, abnormal liver function tests, abnormality on imaging

Biliary drainage (stenting)

Gemcitabine/cisplatin combination therapy

Fluoropyrimidine-based treatment / Clinical trial

Best supportive care

Presentation:

Workup:

Treatment: Phase I treatment

1

fimaCHEM

Intended pivotal 

phase treatment

9



BILE DUCT CANCER – CLINICAL PHASE I/II STUDY
► Encouraging early signs of efficacy in Phase I
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- Interim average overall survival (OS) of all 16 patients in Phase I was 17.4 months per March 2018, with 25% of the patients 

still being alive. Median OS ended at 14.4 months

- Best overall response (all radiologically evaluable patients) – almost all showed tumour reduction

1
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Source: PCI Biotech data

Note: 1) Cohort 1 and 2: Local read; Cohort 3 and 4: Central read
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BILE DUCT CANCER – PHASE I EXTENSION STUDY
► Repeating the fimaCHEM treatment with the aim to further enhance efficacy

► Exploring safety of repeating the fimaCHEM

treatment in an extension to Phase I, which 

may allow for repeated treatment in a 

potential pivotal Phase II study

► The study is progressing according to plan 

and done in parallel with other preparation for 

the next phase

1

11



► Immediate target market is as first line treatment

 Incidence is close to 15,000 across Europe and the US

 Immediate target is inoperable patients with local disease

 Approximately 3,000 assumed to be eligible for fimaCHEM

 Possible upside in distal and more advanced metastatic disease 

 Higher incidences in Asia

► Attractive price potential

 Lack of approved medicinal treatment options

 Diseases with <10,000 in US support annual pricing >$100,0001

► Potential significant majority share of the market

 Anticipated benefits

‒ No competing marketable treatment alternatives

‒ Greater efficacy due to local chemotherapy boost

‒ Easy light access through established standard procedures

*Source; Khan et al, Lancet 2005; 366:1303

Gatta et al, Eur J Cancer 2011; 47:2493

Bragazzi et al, Transl Gastrointest Cancer 2012; 1:21

Bile duct cancer
Incidence*:

Europe: 6-8,000

USA: 5-6,000

45% of patients 55% of patients

Local disease Metastatic disease

Stenting and 

chemotherapy
50% 50%

Inoperable disease

Stenting and 

chemotherapy

Operable disease

Surgery and 

chemotherapy

BILE DUCT CANCER
► A sizeable orphan market potential

12

1

Source: 1 LifeSciCapital, OD Market Sector Analysis 2016



► Orphan designation

- Granted in both the US and EU, recognising the medical need and potential therapeutic benefits

► Phase I dose-escalation completed with good tolerability and promising early signs of efficacy

- Tumour shrinkage in almost all radiologically evaluable patients

- Encouraging interim overall survival data, with 25% of patients still alive

► Fastest way to market determined through regulatory interactions with authorities

- Single randomised pivotal study with potential for accelerated / conditional approval based on interim analysis

► Preparations for pivotal phase progressing towards initiation 2H 2018

- Full study design to be announced upon completion of clinical advisory interactions

BILE DUCT CANCER
► Status and strategy going forward

1
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PCI TECHNOLOGY
► fimaVACC – mode of action

proteasomes

MHC I MHC II

2
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► fimaVACC – strong potential

Dendritic cell

vaccine 
antigen

Vaccine

MHC Class I MHC Class II

Generate more disease 

specific cytotoxic T-cells

Antibodies and 

helper T-cells

Attack cancer and virus 

infected cells more efficiently

► Opportunity to play a key role in second generation 

immunotherapy

► Unique mode of action

– Indication of CTL-induction by MHC class I antigen

presentation in dendritic cells and macrophages

► Broad applicability 

– Peptide and protein antigens

– Prophylactic & therapeutic vaccination

► Excellent stability 

– Few logistical challenges (stable at room 

temperature in solution and can be autoclaved)

► Important recent IP generation



Amount of 

activated antigen-

specific CD8 T-

cells in blood

Amount of 

activated antigen-

specific CD8 T-

cells in spleen

Cytotoxic (CD8) T-cells

► Most important immune cells to fight 

tumours

► Difficult to induce with vaccination

► fimaVACC strongly enhances the ability of 

vaccines to induce CD8 T-cells: 

- >20 and >40 times enhancement seen 

in spleen and blood cells, respectively

- Generation of immunological memory

fimaVACC STRONGLY ENHANCES VACCINATION EFFECTS
► Impressive effects with clinically relevant HPV therapeutic vaccine in mice

1.0% 44.3 %

Vaccination 
without fimaVACC

Vaccination 
with fimaVACC

0.9 % 18.9 %

2
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Source: PCI Biotech data



► Two tumours inoculated 

simultaneously

► Intra-tumoural immunisation (   ) 

generates an immune response 

capable of destroying untreated 

tumours
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Days after tumour cell inoculation

Two tumours in TC-1 model. Median tumour volume of 
at least 4/6 animals in each group

Untreated - right tumour

HPV+poly(IC) (5 µg) - treated tumour

PCI+ HPV+poly(IC) (5 µg) - treated tumour

Untreated  UT tumour

HPV+poly(IC) (5 µg) - UT tumour

PCI+ HPV+poly(IC) (5 µg) - UT tumour

INTRA-TUMOURAL VACCINATION WITH fimaVACC
► Eradicates treated tumour and induces strong response in non-treated tumour

*

*

* fimaVACC treated animals

UT: untreated
*

*
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Source: PCI Biotech data



PROGRESSING CLINICAL TRANSLATION
► Phase I study in healthy volunteers

► Overall objective:

- Determine the safety, tolerability and immune response of fimaVACC in 

healthy subjects

► Study consists of three parts:

1. Tolerability of intradermal fimaporfin, adjuvant and light (without

vaccine)

2. fimaVACC vaccination: dose finding (fimaporfin and light) and cohort

expansion

3. Optimisation of the fimaVACC regimen

► Status:

- More than 90 subjects have so far been treated

- Part 1 is completed

- Part 2 is completed

• Initial data suggest overall T-cell enhancement at tolerable doses, 

as well as early responses and high response rates

• Vast number of study examples available – near-term focus on 

characterisation of the immune response

- Part 3 TBD

- Expected study completion: 2H 2018

2
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Patented disposable “band-aid-like” 
device for user-friendly illumination of 

the vaccination site



PCI TECHNOLOGY
► fimaNAC – mode of action

Nucleic acid therapeutic

Nucleic acid therapeutic

Cancer cell
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Endocytosis

Lysosomal 

breakdown

CRISPRmRNA

DNA

siRNA

miRNA

Release into cytosol

Knockdown of 

gene expression

Therapeutic 

protein production

Repair of 

genetic defects

E.g.:
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RESEARCH COLLABORATIONS
► Five active collaborations within vaccination and nucleic acid therapeutics

19

Aim to evaluate synergies between the fima platform and partner technologies, with the potential for further partnerships

fimaNAc

fimaVACC

Top-10 

large 

pharma

- Collaboration initiated 1Q 2016

- Norwegian immunotherapy company

- Therapeutic cancer vaccine against human telomerase

- Collaboration initiated 2Q 2015

- Listed on Nasdaq, developing innovative therapeutic siRNA

- Collaboration expanded to immuno-oncology following RXi’s MirImmune acquisition

- Collaboration initiated 3Q 2015

- A global leader in nucleic acid therapeutics

- Collaboration expanded to include in vivo studies and duration to end 2Q’18

- Collaboration initiated 3Q 2016

- German biotech company developing individualised cancer immunotherapies

- Clinical programmes in melanoma, head & neck, breast, ovarian and pancreatic cancer

- Collaboration initiated 4Q 2016

- A global leader in mRNA-based immunotherapies

- Evaluate synergistic effects between companies’ technologies



GOOD PROGRESS AND EXCITING OUTLOOKS
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fimaCHEM

fimaVACC

fimaNAC

Progressing development in bile duct cancer

- Encouraging tumour response and emerging survival data from Phase I

- Fastest way to market determined through regulatory interactions with authorities

- Preparations for pivotal phase progressing towards initiation in second half of 2018

Clinical validation of the vaccination technology

- Initial results suggest overall T-cell enhancement at tolerable doses, as well as early responses and high 

response rates

Progressing the research collaborations

- Top-10 pharma collaboration extended to end of first half 2018 and entered into in vivo studies



PCI BIOTECH HOLDING ASA

This material has been prepared by PCI Biotech Holding ASA, or an affiliate thereof (“PCIB").

This material is for distribution only under such circumstances as may be permitted by applicable law. It has no regard to the specific investment objectives, financial situation or particular needs of any 

recipient. It is published solely for informational purposes and is not to be construed as a solicitation or an offer to buy or sell any securities or related financial instruments. No representation or warranty, 

either expressed or implied, is provided in relation to the accuracy, completeness or reliability of the information contained herein, nor is it intended to be a complete statement or summary of the securities, 

markets or developments referred to in the materials. It should not be regarded by recipients as a substitute for the exercise of their own judgement. Any opinions expressed in this material are subject to 

change without notice and may differ or be contrary to opinions expressed by other business areas or groups of PCIB as a result of using different assumptions and criteria. PCIB is under no obligation to 

update or keep current the information contained herein. PCIB, its directors, officers and employees' or clients may have or have had interests or long or short positions in the securities or other financial 

instruments referred to herein and may at any time make purchases and/or sales in them as principal or agent. PCIB may act or have acted as market-maker in the securities or other financial instruments 

discussed in this material. Furthermore, PCIB may have or have had a relationship with or may provide or has provided investment banking, capital markets and/or other financial services to the relevant 

companies. Neither PCIB nor any of its affiliates, nor any of PCIB‘s or any of its affiliates, directors, employees or agents accepts any liability for any loss or damage arising out of the use of all or any part 

of this material. 

© 2018 PCI Biotech Holding ASA. All rights reserved. PCI Biotech Holding ASA specifically prohibits the redistribution of this material and accepts no liabil ity whatsoever for the actions of third parties in 

this respect. 

CEO Per Walday

Cell phone: +47 917 93 429

E-mail: pw@pcibiotech.com

www.pcibiotech.com

CFO Ronny Skuggedal

Cell phone: +47 940 05 757

E-mail: rs@pcibiotech.com

www.pcibiotech.com
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