
April 5, 2023

Fate can be altered

“Our goal is to become a leading
biotechnology company, globally
recognized for discovering and
developing breakthrough small
molecule drugs acting on
unexplored protein and novel
mRNA targets to help patients in
need of innovative therapeutic
solutions”
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Molecure SA (”MOC") and its Board and employees make no warranties or assurances regarding the
accuracy or completeness of any representations or other materials contained herein.

The information and data contained herein reflect the current conditions and assessments of the
market situation as at the time of preparation of the document and are subject to change at any time.
All predictions and forward-looking statements express current views, subjective judgments,
predictions and assumptions about potential and uncertain future events and are subject to risk and
uncertainty.

MOC and the Management Board indicate that there is a possibility of unexpected events (in
particular unpredictable ones), so there is no guarantee that the situation will develop in accordance
with the presented predictions.

The document is provided for informational purposes only. MOC, its affiliates and its management and
employees do not accept any liability for direct, indirect or any loss or damage that may arise in
connection with the use of this document or the information or data contained therein.

Warsaw, April 5, 2023
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2022 | Two clinical assets enter Molecure’s pipeline
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OATD-01: preparations for a Phase II Proof-of-concept (PoC) clinical trial

Change of the Company's name to Molecure

OATD-02: regulatory approval and start of a Phase I clinical trial in solid tumor patients

Discovery of antifibrotic drugs based on a new target and license from UoM*

Progress in the deubiquitinase (DUB) platform

Team and infrastructure expansion

Revision of pipeline priorities

Further development of mRNA platform

05/04/2023 **UoM – the University of Michigan



Balanced pipeline
Current status

2023 estimate
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Molecular
Target Indications

Target
Validation
Hit-to-lead

Lead
Optimization

In Vivo
POC

Clinical Candidate
Selection

Preclinical
Development

Regulatory
Process Phase I Phase II

OATD-01

YKL-40 ImmunoOncology

Sarcoidosis, other 
ILDs OATD-01OATD-01

CHIT1

NASH, ILDs, CNS2ND GENERATION
CHIT1

License Agreement withUndisclosed Fibrosis

OATD-02
ARG1/ARG2

USP7

USP21

ImmunoOncology

ImmunoOncology

Oncology

OATD-02

PROTEIN TARGETS

INFLAMMATION
&

FIBROSIS

ONCOLOGY

Undisclosed mRNA In progress

mRNA TARGETS

INFLAMMATION/ONCOLOGY
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OATD-01
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OATD-01 | on track to enter Phase II

OATD-01

Preparations for Phase II clinical
trial in patients with pulmonary
sarcoidosis

Ph I studies in human volunteers
performed (129 subjects
exposed)

Clinical trial plan in collaboration
with a group of key opinion
leaders and clinicians from the
US and Europe*

*including Prof. Marc Judson, Daniel Culver, Marlies Wijsenbeek, Prof. Michael Kreuter, and Prof. Vincent Cottin,
**NIH - the National Institutes of Health, ABM – Agencja Badań Medycznych

Grant application for the Phase II
clinical trial to ABM** for a total
amount of PLN 49m submitted
(PLN 24.5m grant funding)

Application for funding of US part
of clinical trial to the NIH**
submitted (USD 2.2m)

2 articles published*** by
Molecure describing the results
obtained regarding OATD-01

7

***the European Journal of Pharmacology: “Inhibition of CHIT1 as a novel therapeutic approach in idiopathic
pulmonary fibrosis” (publication date 15 March) and the Journal of Inflammation Research: “Pharmacological Inhibition
of Chitotriosidase (CHIT1) as a Novel Therapeutic Approach for Sarcoidosis” (publication date 29 September).

05/04/2023



OATD-01 | Phase II clinical trial plan 
Double-blind, randomized, placebo-controlled multi-center
study to assess the safety and efficacy of an oral inhibitor of
CHIT1 (OATD-01) in patients with active pulmonary
sarcoidosis
H1 202

~90 male and female 
patients with active 

pulmonary 
sarcoidosis

20 to 30 out-patient
sites in the EU and 

USo Between-group difference in granulomatous inflammation
(PET-CT imaging)

o Difference in pulmonary function test

o Difference in time to symptom improvement

o Difference in number of patients escaping to corticosteroids

o Quality of life measurement

IND & CTA
Submission *FPFV *LPLV *CSR

Q2 2023 Q3 2023 H2 2024 H1 2025

*FPFV – First Patient First Visit; *LPLV – Last Patient Last Visit; 
*CSR - Clinical Study Report

FDA & EMA
approvals

Q2-Q3 2023

Each patient treated 
for 12 weeks 

8

Endpoints

05/04/2023



OATD-02
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OATD-02 | administered to the first patient

Study Duration: Approx. 1,5 years (Q1 2023 - H2 2024)

Design: Open-label single-arm dose-escalation 
monotherapy study (Bayesian design, 2.5-30mg)

Patient population (30-40 patients): Relapsed/refractory advanced 
and/or metastatic solid tumors

Colorectal cancer, platinum-resistant serous ovarian cancer, pancreatic 
ductal cancer, renal cell carcinoma

Location: 3 sites in Poland: 
Warsaw, Otwock, Bydgoszcz

Phase I clinical trial 
approval *FPFV *LPLV *CSR

Nov 2022 Mar 2023 H2 2024 H2 2024

Sites initiation

Jan-Feb 2023

Initial clinical data expected at the end of 2023

*FPFV – First Patient First Visit; *LPLV – Last Patient Last Visit; 
*CSR - Clinical Study Report 10

Patient screening

Feb 2023

05/04/2023



OATD-02 | dosing scheme

First cohort
Min. 1 patient

Second cohort
Min. 3 patients

17-23 weeks for 3 pts 
2 weeks for SRC

25-46 weeks for 9 pts  
2 weeks for SRC

2.5 mg

5 mg

10 mg

20 mg

1-4 week of treatment
2 weeks for SRC

7-15 week for 3 pts
2 weeks for SRC

Third cohort
Min. 3 patients

Fourth cohort
Min. 3-9 patients

o Six main doses (2.5-30 mg) each 4 weeks.
o After each cohort the decision is taken by Sponsor with

help of Safety Review Committee to continue the study.
o Only one patient can be enrolled at the time.

Dose escalation is guided by the occurrence of DLT* within
the observation window of 28 days following the first dose
administration (Cycle 1)

25 mg

30 mg

Fifth cohort
Min. 3-9 patients

Sixth cohort
Min. 3-6 patients

48-69 week for 9 pts
2 weeks for SRC

71-85 week for 6 pts
2 weeks for SRC

11*DLT – dose limiting toxicity05/04/2023



DUBs platform
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USP7 inhibitor - a T cell modifier with proven
anti-cancer potential

Significant anticancer efficacy as 
monotherapy and in combinations

Mechanism of action involves
activation of T cells

Validated translational 
potential

Current focus in the program: 
optimalization of drug-like

properties of a lead compound

1305/04/2023



USP7i developed as a tumor-agnostic therapy

TGI* 72% (100 mg/kg)
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A20 lymphoma
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TGI* 37% (25 mg/kg)
TGI* 58% (100 mg/kg)
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USP21 inhibitors developed as inhibitors of tumor 
metabolism

o Screening cascade is developed to study newly synthesized inhibitors

o Launched in August 2021

o Hit molecule found as a starting point for the development of a first-in-class inhibitor of USP21

o Extensive biological studies validated role of USP21 in cancer metabolism: USP21 enhances
proliferation and migration of cancer cells - we have identified molecular mechanisms involved in
this process demonstrating regulation of known undruggable proteins by USP21 (to be published)

Target
Validation
Hit-to-lead

Lead
Optimization

In Vivo
POC

Clinical Candidate
Selection

Preclinical
Development

Current status

2023 estimate

USP21

1505/04/2023



License Agreement with

Undisclosed signaling pathway crucial to fibrosis
(UoM license)

o In February 2023, the Company signed a non-exclusive license agreement with Innovation
Partnerships of the University of Michigan, covering know-how in the area of discovering new
molecules targeting an undisclosed signaling pathway important in the development of
pulmonary fibrosis

o Launched in March 2022

o The medicinal chemistry team focused on the synthesis of new compounds to create our own
IP space

Target
Validation
Hit-to-lead

Lead
Optimization

In Vivo
POC

Clinical Candidate
Selection

Preclinical
Development

Current status

2023 estimate

Undisclosed
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o In February 2023, Molecure submitted an application to ABM* for funding of this research

*ABM – Agencja Badań Medycznych05/04/2023



mRNA platform
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mRNA platform | discovering medicines of the 
future

In silico

SHAPE-
MaP

Validation

(wet lab)

NMR*

X-ray
Sequence

3D
structure
of RNA

Druggable
Secondary
structures

Active
Small
molecule

3D
structure
of the
complex

Optimized
Lead

compound
Small
molecule

In silico

CryoEM*
X-ray

Docking
(virtual 

screening)Docking

(virtual 
screening)

We are here

o Continued development of this novel platform, with a range of analytical techniques being applied to assist structural biology
studies of RNA

o In-house investment in both cellular and molecular screening capabilities

o Ongoing collaborations with global leading RNA centers to further leverage the company’s expertise and alternative approach
to identify compounds interacting with selected mRNA regions

o Service offering developed that will provide commercial partners, involved in the discovery and development of small
molecules, with a profit-sharing option. Under this arrangement potential partners will retain the rights to research results and
drug molecules but will share revenue from the commercialization of the final product with Molecure

18*NMR-nuclear magnetic resonance, CryoEM - cryoelectron micropscopy05/04/2023



Financials
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Financial Results
PLN m 2022 2021
Revenue 1.64 1.46

Grants 1.61 1.17

Other 0.03 0.29

Cost incl: 18.22 15.23

General & Adm & Projects* 12.78 9.28

Early stage programs 4.46 0.52

Motivation program 0.44 2.84

Commercialisation costs 0.53 2.59

EBIT -16.77 -13.76

Net loss/profit -15.30 -13.64

151,58    138,03

25,64 36,45 4,53
1,78

2021 Total Assets Project Accruals Change in Cash Receivables Fixed Assets
Investments

2022 Total Assets

Assets & Liabilities changes (PLN m)

* incl early discovery programs cost amounted to PLN 4,5 m vs PLN 0,7 m in 2021

1,61    0,03    

-18,22    

-0,44    
1,91    

-0,19    

-15,29    

Renenues Other Operating
Revenues

Operating costs Motivation
Program

Financial
Revenues

Financial Costs Net Loss

2022 Profit & Loss Breakdown (PLN m)

20

Net loss

05/04/2023

151,58    
138,03    

0,44    0,12    1,18    15,30    

2021 Total
Liabilities

Motivation
Program

Capital Increase Liabilities change 2021 Loss 2022 Total
Liabilities



R&D expenses and CAPEX

Grant funding
PLN 20m in current grants

Cash position (Mar 2023)
>PLN 53m

Financing secured
Q1 2024

PLN m 2022 2021

R&D expenses incl.: 25.64 10.10

Arginase program 10.19 2.67

Chitinase program 8.72 4.78

Deubiquitinases & UoM 6.73 2.65

Lab equipment infrastructure** 3.22 1.98

other CAPEX 0.24 0.28

Total 29.09 12.36
*project aiming at an undisclosed signaling pathway crucial for the development of pulmonary fibrosis (licensed from the University of Michigan)
**Incl Lab equipment in Łódź

o Positive decision of the Supreme Administrative Court and corrected ruling by director

of KIS indicating expected return of corporate tax of nearly PLN 7m + interest

o Return of PLN 0.4m interest on the received PLN 6m return in August 2022

o Received last payment of PLN of 0.8m from NCBR for the last CHIT1 project

107 employees

50 PhDs

2105/04/2023



Grants

Submitted to ABM** (Feb 23), NIH** (Mar 20)

ABM
OATD-01

PLN 49/24.5m

ABM
Undisclosed* 

PLN 43/29.7m

NIH
OATD-01
USD 2.2m

PARP
mRNA platform

PLN 46/29m

PARP
USP21

PLN 57/40m

In total
Submitted 5 applications

PLN 203/133m (over the next 6 years)
*project aiming at an undisclosed signaling pathway crucial for the development of pulmonary fibrosis (licensed from the University of Michigan)
**ABM – Agencja Badań Medycznych, NIH – the National Institutes of Health, PARP - Polska Agencja Rozwoju Przedsiębiorczości

Planned to PARP** (Apr)

2205/04/2023



2023-2025 plans
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Potential news flow until Q4 2023

24

Q2: decisions on one or two ABM grant applications

Q2: FDA approval obtained for OATD-01

Q4: Maximum Tolerated Dose (MTD) successfully established for OATD-02

Q2-Q3: continued progress in OATD-02 dose escalation

Q3: decisions on the NIH grant for OATD-01 & FENG grants

Q4: nomination of a clinical candidate in the USP7 program

Q4: PoC confirmed in the mRNA discovery platform

05/04/2023

Q3: First Patient Dosed in OATD-01 clinical trial



2023-2024

Molecure 3-year outlook

25

Potential milestones targeted by 2025

Protein Targets BD/Financial/Operational

by 2025

RNA Platform

o Two clinical assets in PhI/II 
multi center clinical trials in 
patients

o Two candidates in formal 
preclinical development 
(internal pipeline 
+ in-licensing)

o Three new discovery 
programs in lead-optimisation

o Final reports from 
OATD-01/02

o Indication expansion for 
OATD-01

o One new clinical stage 
program

o At least one clinical stage 
program partnered in 
a high-value deal

o High value assigned to the 
pre-translational & post-
translational discovery 
platform

o In vitro PoC reached for 
2-3 high  value mRNA 
targets

o Drug-like molecules 
(leads) in 2 RNA-targeting 
small molecule programs

o First profit-sharing 
collaboration on external 
targets

o 1-2 additional revenue
generating collaborations
(revenue+milestones)

o One major partnering
transaction

o Significant cumulative 
revenue from partnering 
& collaboration agreements 

o Dynamic growth: >50% 
human resources

05/04/2023



Thank you

Q&A
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