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Disclaimer

!

The information contained in these slides and any accompanying verbal presentation, any question and answer session and any document or material distributed at or in connection with the verbal
presentation (together, the ‘Presentation’) have not been approved by an authorised person within the meaning of the Financial Services and Markets Act 2000 (‘FSMA’). Reliance upon the Presentation for
the purpose of engaging in any investment activity may expose an individual to a significant risk of losing all of the property or other assets invested. If any person is in any doubt as to the contents of the
Presentation, they should seek independent advice from a person who is authorised for the purposes of FSMA and who specialises in advising on investments of this kind.

• The Presentation is being supplied to you solely for your information and does not propose to contain all information that may be required to evaluate Valirx PLC (“the Company”). The Presentation has been prepared by,
and is the sole responsibility of, the Company. The directors of the Company have taken all reasonable care to ensure that the facts stated herein are true to the best of their knowledge, information and belief.

• The Presentation does not constitute, or form part of, an admission document, listing particulars, a prospectus or a circular relating to the Company, nor does it constitute, or form part of, any offer or invitation to sell or
issue, or any solicitation of any offer to purchase or subscribe for, any shares in the Company nor shall it or any part of it, or the fact of its distribution, form the basis of, or be relied upon in connection with, or act as any
inducement to enter into, any contract. Any investment in shares in the Company should only be made by you on the basis of information relating to the Company published through a regulatory news service, and your own
judgment as to the merits of the suitability of the shares for your purposes, having taken all such professional advice as you consider necessary or appropriate in the circumstances.

• No reliance may be placed for any purpose whatsoever on the information contained in the Presentation or on its completeness, accuracy or fairness, nor is any responsibility accepted for any errors or misstatements in, or
omission from, the Presentation or any direct or consequential loss however arising from any use of, or reliance on, the Presentation or otherwise in connection with it.

• The Presentation may not be reproduced or redistributed, in whole or in part, to any other person, or published, in whole or in part, for any purpose without the prior consent of the Company. The contents of the
Presentation are confidential and are subject to updating, completion, revision, further verification and amendment without notice.

• The Presentation is being distributed on request only to, and is directed at, those persons falling within the following articles of the Financial Services and Markets Act 2000 (Financial Promotion) Order 2005 (as amended)
(the “Financial Promotion Order”): Investment Professionals (as defined in Article 19(5)) and High Net Worth Companies (as defined in Article 49(2)) (all such persons being “Relevant Persons”). Any person who is not a
Relevant Person and Persons who do not fall within any of these definitions should not rely on the Presentation nor take any action upon it but should return it immediately to the Company. The Presentation is exempt from
the general restriction in section 21 of FSMA relating to the communication of invitations or inducements to engage in investment activity on the grounds that it is made only to certain categories of persons.

• Neither the Presentation nor any copy of it should be distributed, directly or indirectly, by any means (including electronic transmission) to any persons with addresses in the United States of America (or any of its territories
or possessions) (together, the “US”), Canada, Japan, Australia, the Republic of South Africa or the Republic of Ireland, or to any corporation, partnership or other entity created or organised under the laws thereof, or in any
other country outside the United Kingdom where such distribution may lead to a breach of any legal or regulatory requirement. The recipients should inform themselves about and observe any such requirements or
relationship.

• The Company’s ordinary shares have not been, and are not expected to be, registered under the United States Securities Act 1933, as amended, (the “US Securities Act”) or under the securities laws of any other jurisdiction,
and are not being offered or sold, directly or indirectly, within or into the US, Canada, Japan, Australia, the Republic of South Africa or the Republic of Ireland or to, or for the account or benefit of, any US persons or any
national, citizen or resident of the US, Canada, Japan, Australia, the Republic of South Africa or the Republic of Ireland, unless such offer or sale would qualify for an exemption from registration under the US Securities Act
and/or any other applicable securities laws.

• The Presentation or documents referred to in it contain forward-looking statements. These statements relate to the future prospects, developments and business strategies of the Company. Forward-looking statements are
identified by the use of such terms as “believe”, “could”, “envisage”, “estimate”, “potential”, “intend”, “may”, “plan”, “will” or the negative of those, variations or comparable expressions, including references to
assumptions. The forward-looking statements contained in the Presentation are based on current expectations and are subject to risks and uncertainties that could cause actual results to differ materially from those
expressed or implied by those statements. If one or more of these risks or uncertainties materialises, or if underlying assumptions prove incorrect, the Company’s actual results may vary materially from those expected,
estimated or projected. Given these risks and uncertainties, potential investors should not place any reliance on forward-looking statements. These forward-looking statements speak only as at the date of the Presentation.
The Company is under no obligation to, and expressly disclaims any intention to, update or revise such forward-looking statements, estimates or projections.

• No undertaking, representation, warranty or other assurance, expressed or implied, is made or given by or on behalf of the Company or any of its directors, officers, partners, employees or advisers or any other person as to
the accuracy or the completeness of the information or opinions contained herein and to the extent permitted by law no responsibility or liability is accepted by any of them for any such information or opinions.
Notwithstanding the aforesaid, nothing in this disclaimer shall limit or exclude liability for fraud.

• By accepting receipt of, attending any delivery of, or electronically accessing, the Presentation, you agree to be bound by the above limitations and conditions and, in particular, you represent, warrant and undertake to the
Company that: (i) you are a Relevant Person (as defined above); (ii) you will not forward the Presentation to any other person, or reproduce or publish this document, in whole or in part, for any purpose and (iii) you have
read and agree to comply with the contents of this disclaimer.
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Overview
Innovative technologies and therapeutics
Worldwide development and commercial and patent rights

Precision medicine: the foundation of future cancer therapeutics:
§ Cancer is an extremely heterogeneous disease. Precision medicine in cancer focuses on matching 

the most accurate treatment for each individual. Thereby avoiding “one-size-fits all”                                 
(Source: Nature Partner Journals, 2017)

Clinical assets in development:
▪ VAL201 in ongoing clinical phase I/II dose escalation and expansion trial
▪ VAL401 results completed from clinical phase II efficacy study. Discussions for the next stage 

ongoing 

Pre-clinical asset pipeline:
▪ VAL301 for treatment of endometriosis
▪ VAL101, a Bcl-2 gene silencing & gene editing compound derived from proprietary GeneICE

platform
▪ GeneICE platform technology for designing compounds for controlling ”rebellious” genes
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Partners
Cancer Research UK – License for VAL201

University College London Hospital – VAL201 Clinical Trials 

Imperial College London – Development of GeneICE and VAL101

Deutsche Krebsforschungzentrum (DKFZ) - Development of VAL101 and GeneICE technology 
platform

Eurostars Consortium  – Development of VAL101 with two grants

Development partners in USA, China, and Finland - VAL101

Helsinki and Oulu Universities – Biomarkers, VAL201, VAL401

JV with Tangent Reprofiling Limited (Warwick University) – VAL401



Discovery Pre-clinical Clinical Marketing

Target identification
Target validation
Lead discovery
Lead optimisation

Activity analysis
Indication analysis
Toxicology studies
Regulatory filing

Regulatory filing
Phase I
Phase II
Phase III
NDA

Proprietary
Generic

Academia

Valirx 

Biotech/Pharma companies

BIOTECH IS THE LINK BETWEEN DISCOVERY AND LATE STAGE CLINICAL AND MARKETING

Drug  Development Pathway / Value Chain

www.valirx.com



Therapeutic portfolio
Clinical Assets

VAL201
Phase I/II dose escalation study to assess safety, tolerability and effect of VAL201 in 
the treatment of prostate cancer and other solid tumours

VAL401* 
Phase II clinical study for lung cancer - Completed

Pre-clinical Assets
VAL301
VAL301 in development for the treatment of endometriosis

VAL101
Development of VAL101  (using the GeneICE Platform) is in late stage pre-clinical 
studies with partners

*Being developed through ValiSeek Limited, a joint venture company of which ValiRx is the majority owner. 6
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VAL201
• Precision targeting for hormone induced cancers and abnormal growth, including prostate, breast 

and ovarian cancers

• Mode of action minimises the side effects associated with many current therapies

• Treatment is safe, well tolerated with preliminary activity seen during the trial to date

• Previously the MHRA approved an extension and upgrade of the trial enabling wider intra-patient 
dosing variation to establish a maximum tolerated dose and further the full anti-cancer impact of 
VAL201 

• Based on subsequent good clinical results, the MHRA and REC approved the relaxation of trial 
restrictions, thereby enabling more effective use of VAL201

• Dose escalation clinical trial ongoing with UCLH. The analysis of samples is currently underway and 
is being reviewed on a continuing basis

• During the study, the strategies for commercialisation and value addition will be evaluated

• Patent grants in US, EU, JP and AU and applications pending in a number of other territories

www.valirx.com



VAL201 Pre-Clinical Data

Inhibition of Xenograft development in peptide 

treated animals Vs scrambled peptide and vehicle

• In addition, experimental evidence indicates 

that the peptide treatment acts on both 

proliferation and apoptosis.

SUPRESSION OF TUMOUR GROWTH 
IN XENOGRAFT MOUSE MODEL

KEY
NEGATIVE CONTROL
Ss-NEGATIVE CONTROL
S1 TREATMENT VAL201

www.valirx.com
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VAL201 Clinical Results to Date

Cohort Dose Mean 
age 

Mean 
days 
under 
dosing

Treatmen
t related  
Adverse 
Events

Effect on 
PSA

Imaging 
response
Study end

1 0.5mg/kg 71 191 G1 rash,    
G1 fatigue

2.8X longer 
doubling 

time
Stable Disease

2 1.0mg/kg 63 126 G1 rash
Longer PSA 

doubling 
time

Stable Disease

3 2.0mg/kg 76 68 G1 rash,
G1 fatigue unchanged

Stable 
Disease/Progres

sive Disease

4 4.0mg/kg 70 88 G1 rash,    
G1 fatigue

Reduction in 
PSA levels Stable Disease

5 8-16 
mg/kg

Escalation and expansion approved by MHRA, Trial 
ongoing with UCLH

9

Good preliminary data observed addressing all endpoints



VAL201 Anti-Metastatic Activity
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VAL201 / 301 (in clinical trials) 

11

A First in Class Therapeutic Decapeptide with unique properties

Molecular Weight (free 
base)

1149.3481

Monoisotopic Mass (free 
base)

1148.6567

Molecular Formula C55H84N18O11
Melting Point 186°C
Solubility Freely soluble in water
pH of a 1% solution in 
water

5.67

Salt Form Acetate

H-Pro-Pro-Pro-His-Pro-His-Ala-Arg-Ile-Lys-OH

• A novel “mechanism of action” – NON IMMUNOSUPPRESSIVE

• Targeted: specifically binds to the Src SH3 domain hence a reduction in tumour 

proliferation and metastasis

• Does not affect the Androgen Receptor or testosterone pathways

• Effective against hormone refractory tumours and metastasis

www.valirx.com
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VAL301
• VAL301 is being developed for Endometriosis, a painful and chronic gynaecological condition, 

estimated to affect about 1 in 10 women of reproductive age in the UK alone

• Same active pharmaceutical ingredient as VAL201, which has an excellent clinical safety and 

tolerability profile

• In pre-clinical trials, the VAL301 treatment has demonstrated reduced endometrial lesions by up 

to 50%, whilst indicating that the treatment should not affect bone density or exacerbate fertility, 

which are problems associated with many current medical treatments

• Together with a world-class CRO, a Clinical Development Plan is currently being devised

• VAL301’s mechanism of action means there is potential to investigate endometrial cancer and 

gynaecological conditions

• VAL301 is supported by extensive global patent coverage



GeneICE- VAL101

GeneICE 

Solution
A novel & Targeted “mechanism of action”

• Proprietary GeneICE technology platform enables 
selective gene targeting and silencing

• Lead compound targets the Bcl-2 gene, which is 
associated with several cancers

• Natural mechanism for gene activity control

• VAL101 has shown Bcl-2 binding and gene 
downregulation, restoring cancer cell death 
(apoptosis)

• In pre-clinical development with partners:
• Toxicology discussions started
• GMP manufacturing methods finalising with 

partners

• Programme has received two consecutive Eurostar 
grants based on scientific and commercial assessment. 

• Discussions with potential clinical partners started 

Selective “ Rebellious Gene” Gene Silencing and Editing Platform

Structure of VAL101

Gene finding/
binding domain

Repressor recruiting 
domain

NLS

Link chemistry
Linker

Nucleic acid Peptide

Gene finding/
binding domain

Repressor recruiting
Domain
Nuclear localisation
Signal (NLS)

First 
Generation
G1

Second 
Generation
G2

Chemistry and size 
optimisation



www.valirx.com

Market Forecasts

By 2025
Prostate cancer $18.4 billion
Non-small cell lung cancer $12.2 billion
Endometriosis expected to surpass $2 billion
Genome editing $8.1 billion

By 2022
Global cancer therapeutics market $172.6 billion
Cancer mortality is now the first or second leading cause of death in most high-income countries 
(Source: Businesswire, Grandview research, Pharmrpro, PR Newswire)

People live longer with better and earlier diagnostics

…”more licensing deals from Big Pharma will produce valuable health solutions going forward and these 
companies are positioning themselves for growth by diversifying to increase their market share in 
particular therapeutic areas”… 
(Source: GlobalData Healthcare, 2017)



Summary and Future
The recent achievements and progress with all projects have clearly generated asset  
value and been of benefit topotential patients

1 Prostate Cancer Clinical Trial for VAL201
• Compelling early clinical data in late stage prostate cancer
• Enhanceddesign of study to see further and heightened therapeutic effects
• Explore other potential indications with partners

2 Lung Cancer Clinical trial ofVAL401
• Positive data shows increased survival and quality of life
• Results from the initial trial are informing the design of a Phase 3 pivotal trial

3 Progress on pre-clinical pipeline – VAL101 and VAL301
▪ VAL301

– Clinical Development Plan with CRO partner to be implemented
▪ VAL101

– Continued pre-clinical progress and preparatory clinical trial preparations
– Select cancer indications with partners

4 Commercial discussions relating to partnering and licensing of compounds are progressing with a  
variety of organisations worldwide



Contact Details 

Dr Satu Vainikka (CEO, ValiRx plc)
Satu.Vainikka@valirx.com

Mr Tarquin Edwards 
(Investor and Public Relations, ValiRx plc)
Tarquin.Edwards@valirx.com

ValiRx Plc
16 Upper Woburn Place
London  
WC1H 0BS
UK
Tel: +44 (0) 203 008 4416
Email: info@valirx.com
www.valirx.com
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