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Disclaimer

This company presentation (the ”Company Presentation”), which is personal to the recipient, is issued by CombiGene AB (the “Company”). The Company Presentation has been prepared for 
information purposes only and is not to be relied upon in substitution for the exercise of independent judgement. The Company Presentation may not be reproduced, redistributed, passed 
on or published, in whole or in part, to any other person for any purpose. Unless otherwise stated, the Company is the source for all data contained in the Company Presentation. Such data is 
provided as at the date of this Company Presentation and is subject to change without notice. The Company Presentation (together with any further information which may be provided to 
the addressee) is made available on the condition that it is for use only by the addressee specified above for the sole purpose of evaluating the Company and shall not be passed on to any 
other person or copied or reproduced, copied, distributed, disclosed or published in whole or part and shall be immediately returned along with any other copies or destroyed at any time at 
the request of Company. 

The Company Presentation is solely for your information and should not be relied upon and shall not confer rights or remedies upon, you or any of your employees, creditors, holders of 
securities or other equity holders or any other person. No representation or warranty, express or implied, is made by the Company or any of its directors, officers, employees, 
representatives, advisers or agents or any other person or entity as to the fairness, reasonableness, adequacy, accuracy or completeness of the information, statements or opinions, 
whichever its source, contained in this document (including any written or oral information made available to any interested party in connection thereto), and no liability whatsoever is 
accepted by any such person in relation to any such information or opinion. The information contained herein has been prepared to assist interested parties in making their own evaluation of 
the Company and its credit worthiness and does not purport to be all-inclusive or to contain all information that prospective investors may desire or that may be required to properly evaluate 
the business, prospects or value of the Company. 

The information in this Company Presentation has not been independently verified. No representation or warranty, expressed or implied, is made as to, and no reliance should be placed on, 
the fairness, accuracy or completeness of the information or opinions contained herein. The Company or any of their respective subsidiaries or affiliates or any of such person’s directors, 
officers or employees, advisers or other representatives, accepts any liability whatsoever (whether in negligence or otherwise) arising, directly or indirectly, from the use of this Company 
Presentation or otherwise arising in connection therewith. The Company is under no obligation to submit further information. By receiving this Company Presentation and/or attending 
a presentation concerning the contents hereof you acknowledge that you will be solely responsible for your own assessment of the Company and that you will conduct your own analysis and 
be solely responsible for forming your own view of the potential future performance of the Company.​

This Company Presentation includes forward-looking statements. All statements other than statements of historical fact included in this Company Presentation, including, without limitation, 
those regarding the Company’s financial position, business strategy, management plans and objectives for future operations are forward-looking statements. These forward-looking 
statements involve known and unknown risks, uncertainties and other factors, which may cause the Company’s actual results, performance, achievements or industry results to be materially 
different from those expressed or implied by these forward-looking statements. Forward-looking statements speak only as of the date of this Company Presentation and the Company 
expressly disclaim any obligation or undertaking to release any update of, or revisions to, any forward-looking statements in this Company Presentation as a result of any change in 
expectations or any change in events, conditions or circumstances on which these forward-looking statements are based.​ No representation is made that any of these forward-looking  
statements or forecasts will come to pass or that any forecast result will be achieved.



CombiGene – a leading Nordic gene therapy company

A public Swedish gene therapy company – founded in 2015

Expertise covering the central areas of the gene therapy field

Strong team covering all areas in drug development with a track record 
of taking a Gene Therapy project from scientific finding to out-licensing 
to Big Pharma 

Project portfolio

3

CombiGene´s lead project CG01 has received funding from the European Union´s 
Horizon 2020 research and innovation programme under grant agreement No 823282.

CombiGene´s project COZY01 is supported by the Eurostars Programme. 
Project ID: E!4408. 

Project name Therapy 
mode

Indication Preclinical phase development

CG01 Gene therapy Epilepsy

COZY01 Peptide Pain

COZY02 Gene therapy Pain



Develop assets to
preclinical/clinical proof-of-

concept

CombiGene seeks:

• Collaborations and/or inlicensing from 
academia/SME/Pharma 

• Gene therapy projects

• CNS and metabolic diseases

• Rare and common diseases (excluding ultra-rare)

• Projects ranging from scientific findings to 
clinical studies

CombiGene Business model – to source and develop assets

Seek partnership for 
continued development and

commercialization



CombiGene´s project CGT2 is supported by the Eurostars Programme. Project ID: 114714. 

COZY The Pain program



CGT2 The lipodystrophy project

Chronic Pain from a Societal Perspective



Same binding motif and mechanism of action

One solution – Two treatment modalities

COZY01 – a peptide 

– multiple injections during 
treatment duration

COZY02 – a gene therapy 
– one administration 



Neuropathic pain (NP) is caused by damage or injury to the nerves

• A biological dysfunction

• Symptoms are abnormal pain from normally non-painful or weakly 
painful stimuli as well as spontaneous pain

• ~7-10% of adults world-wide

Typical neuropathic pain symptoms

Stabbing
sensation

Electric shock-like
sensation

Numb
sensation

Burning
sensation

Shooting
sensation

Pins and needles
sensation

Common conditions with extensive NP are:
• Diabetic neuropathy (DNP)
• Chemotherapy-induced peripheral neuropathy (CIPN)
• Postherpetic neuralgia
• HIV-associated sensory peripheral neuropathy
• Multiple sclerosis (MS)
• Traumatic nerve lesions incl phantom limb pain (PLP)

First indication will be chosen within Neuropathic Pain  

Limited efficacy of current treatments for NP



Mouse Neuropathic Pain (NP) model – SNI

Mechanical allodynia 
tested with von Frey filaments 

Spared nerve injury (SNI) model of neuropathic pain



Spared nerve injury (SNI) model

Read-out: mechanical sensitivity 

Normal sensitivity 

Excessive sensitivity 

Complete Pain Relief in Neuropathic Pain model
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Spared nerve injury (SNI) model

Read-out: mechanical sensitivity 

Normal sensitivity 

Excessive sensitivity 

Complete Pain Relief in Neuropathic Pain model

Dose-dependent reversal of hypersensitivity



Dimeric peptide ligands enable high-affinity blockade of PICK1

Two C5 binding

pocket

Christensen, De Luca et al, EMBO Mol. Med. 2020

Cell-penetrating moiety

COZY01

PICK1 – the target protein



Dimeric peptide ligands enable high-affinity blockade of PICK1

Two C5 binding

pocket

Christensen, De Luca et al, EMBO Mol. Med. 2020

Cell-penetrating moiety

COZY01

PICK1 – the target protein



An AAV-based platform for targeting PICK1: from DNA to peptide

Cell-penetrating moiety

COZY01



PICK1 inhibitor delivered through AAV

• The prototype vectors were produced by adherent HEK293T triple transfection method

• Most in vivo studies have used AAV8

• The gene cassette is driven by the human synapsin promoter (hSyn)



Spared nerve injury (SNI) model

Read-out: mechanical sensitivity 

Normal sensitivity 

Excessive sensitivity 

Can one injection with a gene therapy relief the pain?



Spared nerve injury (SNI) model

Read-out: mechanical sensitivity 

Normal sensitivity 

Excessive sensitivity 

Reversal of hypersensitivity

Long-term Pain Relief in Neuropathic pain model



Spared nerve injury (SNI) model

Read-out: mechanical sensitivity 

Normal sensitivity 

Excessive sensitivity 

Administration of AAV in the chronic SNI phase

Reversal of hypersensitivity after AAV treatment in the chronic phase
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Effect on spontaneous pain - SNI model

Effect on spontaneous pain (SNI AAV-C5 vs SNI AAV-Control)  



Summary of the COZY program

COZY01 and COZY02 Efficacy shown in several pain models (SNI, CFA, STZ)

• Data has been verified by academic collaborators and CRO 

• Efficacy in both genders

• Mode of action is peripheral and without abuse liability 

• Effect on spontaneous pain

• None of the treatments/modalities affects normal sensory perception 

• No side-effects on learning & memory, or on locomotion & balance 

 Peptide CD candidate selected and AAV lead candidate is currently being finalized



Thank you!
Karin Agerman

Chief Scientific Officer

Karin.agerman@combigene.com
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