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Investment Summary
Company Snapshot

Market Overview

• Oncoheroes’ mission is to develop drugs that serve an unmet need in pediatric 
oncology through the advancement of their multi-asset pediatric cancer drug 
portfolio. 

• First company 100% focused on pediatric oncology drug development and 
commercialization. 

• Robust ecosystem to support product acquisition, development, and market 
adoption

• Three (3) clinic-ready assets for three (3) different pediatric indications. 
• Experienced leadership team with deep domain expertise in pediatric oncology. 
• Poised to lead a unique market with different dynamics than adult oncology

Investment Highlights

Pipeline

• Current raise: $43M Series A round structured in two phases

• Previous raise: Over $9M raised in seed round

• High Impact: New hope for pediatric cancer patients

• Underpenetrated $6.6B market to be served with a portfolio of 4 financially 
uncorrelated assets

• Every year worldwide there are 300,000 new cases & 100,000 deaths of 
childhood cancer

• Childhood Cancer is a Rare disease (incidence below 1/200,000) with 12 major 
types and over 100 subtypes 

• Childhood Cancer is the leading cause of death by disease among children in 
the USA 2

• For some other childhood malignancies, there has been little significant 
improvement over the past 20-30 years in overall survival

• 70% of childhood cancer survivors are likely to suffer health problems later in 
life, including severe life-threatening conditions

• Only 6 pediatric cancer drugs ever approved

1) Source: Oncoheroes.
2) American Cancer Society, Childhood and Adolescent Cancer Statistics, 2014
3) https://pharma.globaldata.com
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Investment 
Highlights

RaisingSeriesAto advance
a multi-asset pediatric
cancer drug portfolio

First company 100%focusedon pediatric oncology
drug development and commercialization1

2 Robustecosystemto support product 
acquisition, development, market adoption

3 Three clinic-ready assets for three different 
pediatric indications

4 Experienced founding and leadership team
on pediatric cancer

5 Poised to lead a unique market with different 
dynamics than adult oncology
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The Landscape For Kids 
With Cancer Will Stay 
Bleak If New Treatments 
Are Not Found
Oncoheroes will reverse this situation 
by developing and commercializing life-
saving medicines. We intend to become 
the global leader in delivering new 
pediatric oncology drugs
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Every Year 
Worldwide

300K
new cases

100k
deaths Not a single disease. There are 12 major 

types & over 100 subtypes (1)

Rare disease (incidence below 
1/200,000) (1)

Leading cause of death by disease 
among children in the USA (2)

1. American Cancer Society, Childhood and Adolescent Cancer 
Statistics, 2014

2. National Vital Statistics Report, vol. 62.6, December 20, 2013

Childhood Cancer
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Childhood Cancer

Children Are 
Not Simply 
Little Adults

Although the most common types of cancer in children (brain tumors 
and leukemia) can occur in adults, cancers in children are usually 
different diseases, which only very rarely are diagnosed in adults. 
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Childhood Cancer

Whereas significant progress has been achieved in the treatment of 
certain blood cancers (e.g. acute lymphocytic leukemia, Hodgkin 
and non-Hodgkin lymphoma) for some other childhood 
malignancies there has been little significant improvement over the 
past 20-30 years in overall survival. 

For example, survival rates for high-risk, metastatic sarcomas are 
below 50%1,2, and the majority of children will die of these diseases 
within five years of diagnosis. 

In some extreme cases, such as in aggressive forms of brain cancer 
like diffuse intrinsic pontine glioma (DIPG), 5-year survival rates are 
less than 1%3.

Current 
Therapies Are 
Not Effective 
Enough

1. Lim SM et al. Cancer Res Treat. 2015;47(1):9-17. 
doi:10.4143/crt.2013.157

2. Pushpam D et al. Onco Targets Ther. 2020;13:5093-5112. 
doi.org/10.2147/OTT.S193363

3. https://dipg.org/dipg-facts/dipg-survival-rate-and-prognosis/
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Childhood Cancer

Current 
Therapies Are 
Too Toxic

Although conventional cytotoxic chemotherapy works well in 
advancing cure in children with cancer, these therapies have serious 
limitations and late effects may be expected1. 

It is well documented that more than 70% of childhood cancer 
survivors are likely to suffer health problems later in life, including 
severe life-threatening conditions1.

It is estimated that there might be up to 500,000 childhood cancer 
survivors across the US and 300,000 in Europe2. The health burden 
caused by these harsh therapies for childhood cancer is expected to 
increase over the next decades2. 

1. https://www.cancer.net/navigating-cancer-
care/children/late-effects-childhood-cancer

2. Stiller CA. Lancet Oncol. 2019 Sep;20(9):1184-1185. doi: 
10.1016/S1470-2045(19)30424-3. 
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Childhood Cancer

Only 6 pediatric 
cancer specific 
drugs approved 
ever

Rate of somatic mutations is much lower than in adults, 
complicating the choice of the appropriate targeted therapies(1).

Moreover, even if a particular mutation is detected clinicians have 
no certainty for treatment success(2) due to the tumor adaptation 
and the appearance of compensatory mechanisms that explain 
why many biomarkers have failed in clinical trials(3) and pointing to 
the unmet need of functional predictive biomarkers to assign the 
right drug to the right patient. 

From up to 120 approved drugs, 35 have been used off-label in 
children, but only 15 have pediatric use information in their 
labeling(4), so most of them have been designed exclusively for 
adults.

1. Adamson et al., Nat Rev Clin Oncol, 2014
2. Haibe- Kains et al., Nature, 2013
3. Garraway and Janne, Cancer Discov, 2012
4. S. Hirschfeld et al 2003, J Clin Oncol)
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Childhood Cancer

Drug Development 
and Operational 
Challenges in 
Pediatric 
Oncology
According to a paper by the Tufts Center for the 
Study of Drug Development1, these were the top 
challenges for pediatric oncology drug 
development:

1. Tutfs R&D Management Report, Volume 11, Number 
2 – October 2016

2. https://www.accelerate-platform.org/
3. https://www.ejcancer.com/article/S0959-

8049(16)32059-7/fulltext
4. https://www.annalsofoncology.org/article/S0923-

7534(19)35514-0/fulltext

The development of medicines for children requires a different set of 
skills and expertise. 

Most companies are focused on adult drug development and lack the 
connections with expert investigators and pediatric clinical networks. 

There are also specific regulatory provisions for pediatric drug 
development and the regulatory framework may seem complicated, with 
different paths in Europe and US.

Oncoheroes’ team members have been regular contributors to 
ACCELERATE2, a regular meeting of pediatric oncology researchers, 
clinicians, industry professional and regulators, aimed at supporting drug 
development efforts against cancers in children and adolescents. We have 
helped define the priority areas in the field and create best practices in 
clinical development3,4.

1 Access To Expertise In Pediatric Oncology
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Childhood Cancer

Drug Development 
and Operational 
Challenges in 
Pediatric 
Oncology
According to a paper by the Tufts Center for the 
Study of Drug Development1, these were the top 
challenges for pediatric oncology drug 
development:

Efficient Patient Recruitment

Participation in clinical trials is much higher with children as opposed to 
adults.

According to data from the Children Oncology Group (COG), whereas only 
5% of adult patients are enrolled in clinical trials, as much as 60% of 
children, adolescents and young adults are enrolled in clinical studies1.

This figure has been confirmed by several other studies/reports 
confirming that recruitment rates within the pediatric population are 
much higher in the oncology space2,3.

A reasonable explanation is that clinical trials are the only resource for 
children with cancer to access innovative treatments. Thus, we do not 
expect higher than usual challenges for our planned trials, as these are all 
supported by key opinion leaders and are targeting patients that have 
very limited therapeutics options.

1. https://www.childrensoncologygroup.org/clinicaltrial
s-136

2. https://journals.plos.org/plosone/article?id=10.1371/
journal.pone.0230824#abstract0

3. https://www.fightcancer.org/sites/default/files/Natio
nal%20Documents/Clinical-Trials-Landscape-
Report.pdf

2
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Childhood Cancer

Drug Development 
and Operational 
Challenges in 
Pediatric 
Oncology
According to a paper by the Tufts Center for the 
Study of Drug Development1, these were the top 
challenges for pediatric oncology drug 
development:

Navigating The Regulatory Landscape

There are also specific regulatory provisions for pediatric drug 
development and the regulatory framework may seem complicated, with 
different paths in Europe and US. Global pediatric development requires a 
thorough understanding of the regulatory environment.

Furthermore, there is increasing interaction and coordination between 
the FDA and the EMA. There is open dialogue and both agencies 
encourage as much as possible harmonization of drug development 
efforts1. 

Oncoheroes has access to regulatory experts in both jurisdictions.

1. https://www.raps.org/news-and-articles/news-
articles/2021/4/fda-ema-team-up-on-pediatric-
oncology-drug-develop

3
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Childhood Cancer

Drug Development 
and Operational 
Challenges in 
Pediatric 
Oncology
According to a paper by the Tufts Center for the 
Study of Drug Development1, these were the top 
challenges for pediatric oncology drug 
development:

Drug Development Costs

1. https://www.technopolis-
group.com/developing-medicines-for-children-
10-years-of-the-eu-paediatric-regulation/

2. https://jamanetwork.com/journals/jama/fullart
icle/205395

There is often a misconception about pediatric development costs; it is 
widely held that pediatric development is more costly. 

Costs for the entire Pediatric Investigation Plan (PIP) package (from in-
vitro studies to registration trial) in Europe are approximately $20-40M 
across different pediatric diseases (psychiatry and neurology trials are the 
most expensive – oncology trials tend to be at the lower end of the scale, 
$20-30M) estimated by Technopolis group1. These costs are estimated on 
the basis of 3 clinical trials per program. The typical duration of a pediatric 
development program is approximately 4-6 years.

These EU costs appear to be aligned with reported costs in the US2. Li et 
al. calculated a wider range of $5M-$44M for a full pediatric development 
program, with a median value of $12M. The average cost of a single 
clinical trial was $6M, in keeping with the Technopolis report. 

4
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Childhood Cancer

Childhood Cancer 
Community
The main driver on 
childhood cancer 
treatment advancements 
up to date

In the US there are 500,000+ childhood cancer survivors. Many of them, 
and their families, are involved in foundations or patient associations 
raising $100M per year to support other families and advance pediatric 
oncology research and development.

The Childhood Cancer (CC) community has had an essential role for the 
advancement of pediatric oncology landscape, from funding academic 
grants to promote new legislation.

As in many other rare diseases, the childhood cancer community plays an 
important role in:

• Identifying breakthrough discoveries in academia 
• Supporting clinical trial recruitment
• Advocating for new approved therapies

For years, the CC community has been denouncing the lack of early-stage 
funding from the private sector, incentives and of industry interest to move 
the assets into the clinical phase.

15
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Childhood Cancer

Childhood Cancer 
Community

Childhood Cancer non-profits are continuously granting academic research 
projects and some of them are adopting the venture philanthropy 
approach.

Oncoheroes has received endorsement from well-established cancer 
foundations and non-profit organizations that supported childhood cancer 
research with +$300M in the last 40 years. 

To date, 15 non-profit organizations invested in Oncoheroes.

Oncoheroes strategically cultivated this relationship and expects to 
continue receiving scouting of promising assets, clinical development, 
patient recruitment and economic support from these non-profits. 

The main driver on 
childhood cancer 
treatment advancements 
up to date
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The Opportunity:
Global Momentum in 
Pediatric Cancer

Oncoheroes is taking advantage of the 
new regulatory framework designed to 
support the development of new drugs 
for rare pediatric diseases, including 
childhood cancer. 

17
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The Opportunity

Under the Rare Pediatric Disease Designation program, a sponsor that 
develops a drug for a rare pediatric disease and receives FDA approval 
also receives a fully transferable voucher: Priority Review Voucher.

Mar 13, 2015 - United Therapeutics received a rare pediatric disease 
Priority Review Voucher after its orphan drug, Unituxin, was approved 
by the FDA to treat Neuroblastoma, a pediatric cancer.

FDA Incentives
Rare Pediatric 
Disease Designation 
Program

18
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The Opportunity

FDA Incentives
Priority Review 
Voucher awarded for 
rare pediatric drug 
approvals
$100M current value 
(estimated average)

19
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The Opportunity

The Orphan Drug Designation Program in the US provides important 
financial incentives to encourage companies to develop drugs and 
biologics for rare diseases.

Under the Orphan Drug status, companies qualify for various 
development incentives, including a tax credit on expenditures incurred 
in clinical studies, exemption from filing fees such as the user fee, a cost 
savings of around $2.9M in 2020, eligibility for a research grant awarded 
by the FDA, and, most importantly, seven years of U.S. market exclusivity 
upon approval.

A sponsor may request orphan-drug designation at any time in its drug 
development process prior to the time that sponsor submits a marketing 
application for the drug for the same rare disease or condition. A 
sponsor may request orphan-drug designation of an already approved
drug for an unapproved use without regard to whether the prior 
marketing approval was for a rare disease or condition.

FDA Incentives
Orphan Drug 
Designation 
Program

20
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The Opportunity

FDA Regulatory
RACE: The Research 
to Accelerate Cures 
and Equity for 
Children Act

https://www.wsj.com/articles/for-children-with-cancer-hope-for-new-treatments-11547561004?mod=mhp

21
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The Opportunity

EMA Incentives
Centralized 
authorization & 
market exclusivity

All designated orphan medicines are assessed for marketing 
authorization centrally in the European Union. 

This allows companies to make a single application to the European 
Medicines Agency, resulting in a single opinion and a single decision 
from the European Commission, valid in all EU Member States. 

Sponsor's may also have access via orphan designation to conditional 
approval, which is conducted under the centralized procedure.

Authorized orphan medicines benefit from ten years of 
protection from market competition with similar medicines with 
similar indications once they are approved. 

This period of protection is extended by two years for medicines that 
also have complied with an agreed pediatric investigation 
plan granted at the time of review of the orphan 
medicine designation.

22
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The Opportunity

EMA Incentives
SME Aids

Companies classified as SMEs benefit from further incentives 
when developing medicines with orphan designation. 

These include administrative and procedural assistance from the 
Agency's SME office and fee reductions including:

• protocol assistance
• marketing-authorization applications
• inspections before authorization
• applications for changes to marketing 

authorizations made after approval
• reduced annual fees

Oncoheroes has SME status granted by EMA since 2019 and we 
are successfully renewing every year since then. 

23
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Pediatric Oncology: 
A Niche Market
Regulatory Incentives contribute to 
make investment on pediatric 
cancer drug development highly 
Capital Efficiency and Profitable 
without a clear leader yet

24
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Niche Market

Pediatric
Oncology
Market Size
$6.6 Bn

Sales 2020* 2021 (F) 2022(F) 2023(F) 2024(F) 2025(F) 2026(F)

Global 2,778 3,228 3,689 4,229 4,912 5,740 6,634

US 1,412 1,621 1,836 2,053 2,298 2,583 2,891

N/A 174 255 374 553 816 1,192 1,611

Rest of 
World 859 1,010 1,084 1,166 1,268 1,364 1,455

Europe 236 252 290 338 395 450 507

Japan 97 91 105 119 136 151 166

*Extrapolation from all cancer sales considering childhood cancer is 1.7% of 
all cancers. https://pharma.globaldata.com/

We expect these numbers to be in the lower estimation range because of 
the potentially premium pricing of treatments for rare pediatric cancers

All Units in USD millions
(F) in Year header notifies forecast data

Source: globaldata.com
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Niche Market

Oncoheroes is
100% Devoted 
to Childhood 
Cancer
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Niche Market

Main Players
In Pediatric 
Cancer

27

Founders touched by childhood cancer Yes Yes No

Market Focus Pediatric Oncology Pediatric & Adult Oncology

Number of assets clinic ready 3 4 2

Technology Focus Agnostic Immunotherapy Agnostic

Number projects discovery / preclinical 1 2 0

Yes No No

Year Incorporated 2017 2014 2018

Public Company No Yes (2018) Yes (2021)

Number of RPDD granted 1 1 1

Number of ODD granted 1 1 1

Number of PRV sold 0 1 ($105M) 0

Number of drugs approved 0 1 0

Number of drugs sub-licensed 1 1 0

Childhood cancer community investors

Pediatric & Adult Oncology, 
and Life-Threatening Diseases
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Direct Expenses: Discovery $

28

Niche Market

Danyelza, a monoclonal antibody developed by Y-mAbs, was FDA 
approved in Nov 2020 as treatment of pediatric patients 1 year of age 
and older and adult patients with relapsed or refractory high-risk 
neuroblastoma (approx. 400 neuroblastoma cases/year in the US).

It was conceived and developed by Memorial Sloan Kettering (MSK) 
Cancer Center physician-scientist Nai-Kong Cheung, who heads MSK’s 
Neuroblastoma Program.

Danyelza received Rare Pediatric Disease Designation in 2013.

Y-mAbs received a Priority Review Voucher upon approval and sold it 
one month later for $105M (2020). 
Dec 2020, Y-mAbs sublicensed Danyelza for China’s market ($20M).
Annual Sales in 2021: $33M (US only). Projected sales by 2025: $236M 
(Global) – Source: GlobalData.

Latest Pediatric 
Oncology Drug
Approved: 
Danyelza (2020)
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Multi-Asset Strategy to 
Bring Faster & Better 
Options For Pediatric 
Patients
Global strategy to address the 
highest unmet needs in 
pediatric oncology

29
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Strategy

30

Experienced
leadership team
& Competences 
in Pediatric
Cancer

ü Strong bonds with Pediatric Cancer Non-Profits  &  
Families

üWell established relationship with Pediatric Clinical 
Networks (e.g.: COG & ITCC)

ü Stakeholder in Global Pediatric Efforts
(ACCELERATE & FNIH)

ü Pediatric Regulatory & Drug 
Development Expertise

ü Top Global Scientific Pediatric Cancer Advisory 
Board

ü Founders Touched By Childhood Cancer
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Strategy

1

2

3

Corporate
Goals

Become a World Leader in the research, 
development and commercialization of pediatric 
oncology drugs

Become the Partner of Choice for the 
pharmaceutical industry looking to out-license 
or co-develop oncology assets for pediatric 
indications

Become the First Choice for foundations and 
patient associations to invest in new treatments 
for childhood cancer, from bench to patient 
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Strategy

Boston
Clinical Development 

Barcelona
Drug Discovery 

We cover the whole development spectrum, from drug 
discovery to patient.

DISCOVERY Phase CLINICAL DEVELOPMENT Phase

Clinical Studies

I II III

Target 
identification

Hit 
Identification

Hit to Lead

Regulatory
Approval

Patient

In-license opportunities
From academia or industry at different 
development stages from preclinical to 
clinical

Pre-clinical
Studies

In-license opportunities
From academia or industry at 

different development stages from 
preclinical to clinical

32
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Strategy

Target 
Diseases
Selection 
Criteria

1 Childhood cancer with the highest unmet 
need = poorest prognosis.
• Potential bigger positive impact
• Higher clinical community engagement
• Potential accelerated clinical development 

and approval pathways

2 Existence of established disease networks to 
further facilitate trial set up and recruitment

3 Primary disease targets: 
• CNS Tumours: Medulloblastoma, DIPG and other 

high-grade gliomas
• Sarcomas: Ewing sarcoma, osteosarcoma and 

rhabdomyosarcoma

33
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Strategy

1
Multi-asset 
Pipeline 
Development 
Strategy

Identify new pediatric oncology targets, 
biomarkers and candidate drugs at Oncoheroes 
Discovery Lab.

Pediatric tumors differ greatly from adult ones, not only in their 
driver genetic mutations, but also in their unique developmental 
origin and tumor microenvironment. The direct consequence of 
these differences is that it may not always be possible to use 
drugs developed using adult cancer diseases models.

We believe that the identification and characterization of new 
oncogenic pathways and their interconnection will facilitate the 
development of novel pediatric cancer drugs and ensure more 
effective and less toxic cancer treatments exclusively for 
children.

34
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Strategy

1
Multi-asset 
Pipeline 
Development 
Strategy

Identify new pediatric oncology targets, 
biomarkers and candidate drugs at Oncoheroes 
Discovery Lab.

Oncoheroes’ discovery lab developed a proprietary highly-
predictive pediatric screening platform to helps us better develop 
therapies for children. 

Oncoheroes brings industry standard drug discovery to pediatric 
oncology projects, in collaboration with selected academic 
centers and innovative technology partners. 
The drug discovery unit is expected to generate high-quality pre-
clinical candidates to feed the company’s pipeline in the near 
future.
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Strategy

2
Multi-asset 
Pipeline 
Development 
Strategy

Identify a drug that can target unmet needs in 
pediatric cancer through its mechanism of action 
(MOA).

There are multiple assets in biopharma companies and academic 
research centers that hold a real potential to treat several types of 
childhood cancer.
We are actively identifying external clinic-ready assets for in-
licensing, in order to obtain fast-track regulatory approval and 
provide substantial benefits to patients. 
Oncoheroes asset selection criteria:
• Validated drug targets (i.e. solid pre-clinical and, preferably, clinical 

evidence): active dialogue with key opinion leaders and building 
connections with industry and academic partners.

• Clear drug development pathway, supported by in-house expertise and 
established partnerships. Priority on known technologies (e.g. small 
molecules and antibodies)

36
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Strategy

2
Multi-asset 
Pipeline 
Development 
Strategy

Identify a drug that can target unmet needs in 
pediatric cancer through its mechanism of action 
(MOA).

Oncoheroes has focused its pipeline building efforts on the 
following top priority targets, supported by the company’s scientific 
advisers and on the basis of extensive discussions, over the years, 
within the ACCELERATE1 platform working groups:

• n-myc
• PAX3-FOXO1, EWS-FLS1 (and other 

fusion proteins)
• PARP, ATR, ATM (DNA Damage 

Repair inhibitors in general)
• EZH2
• MDM2/MDMX
• ALK
• GD2, GPC2, Endosialin (and other 

pediatric-specific cell surface 
proteins)

• RAS/RAF/MEK pathway
• PI3K/mTOR pathway
• PLK1
• Bcl2 pathway
• CDK (7/9/12)
• HDACs (and other epigenetic 

regulators)
• WEE1 
• ADAMS 10

37
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Strategy

3
Multi-asset 
Pipeline 
Development 
Strategy

Co-development model to help an adult 
oncology drug developer fulfill drug 
development requirements.

RACE Act, a US law effective since August 2020, requires 
pharmaceutical or biotech companies to test cancer drugs being 
developed for adult cancer in children as well, when there is a 
scientific and medical rationale. Cancer indications for adults and 
children will likely differ but the drug being evaluated will be 
targeting a common target in both. 

Oncoheroes is positioning as the partner of choice, especially for 
small and medium biotech companies that might not be willing 
to create their own pediatric oncology division.
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Strategy

1

2

3

Business
Model
Establishing a platform 
for discovering,, 
developing, and and 
commercializing pediatric 
oncology drugs 

PRODUCT SALES | Commercialize drugs 
developed by Oncoheroes. Although a niche market, 
previous sales examples in the pediatric oncology space 
support our strategy.  Possibility of one-off sale of priority 
review voucher after each new drug approval.

PRODUCT OUT LICENSE | Transfer IP rights to 
other companies for development and commercialization 
in other indications or markets.

CO-DEVELOPMENT PROJECTS | 
Reimbursement for clinical development costs plus 
milestone payments for those projects required to comply 
with regulatory obligations. 
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A Global Company With 
Well-Established Relations 
With Pediatric Oncology 
Key Opinion Leaders 
Worldwide
First-class mission-driven leadership 
with extensive experience in the life 
science industry focused solely upon 
one goal: to cure childhood cancer

40
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Founders
Ricardo García
Founder, CEO and Member 
of the Board of Oncoheroes
Biosciences

Serial Entrepreneur
Touched by Childhood 
Cancer

Ricardo is a seasoned serial entrepreneur. Passionate 
about taking on new challenges and with a solid 
background in management and business 
administration, he sold his first company at the age of 
22. This led to the creation and development of 
various companies, predominantly in the field of 
technology with a strong bent towards innovation.  

When his son Richi turned six years old, he was 
diagnosed with medulloblastoma, one of the most 
aggressive brain tumors in existence. Richi is currently 
a survivor.

Ricardo discovered the lack of adequate R&D funding 
in this field and decided to create the Richi Childhood 
Cancer Foundation, a non-profit organization based 
in the US and Spain, with links around the world.

41
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Cesare has more than 20 years of experience in the drug 
development field, in both scientific and commercial 
roles. He started his career as a research scientist in a 
pharmaceutical company (Eisai) and in academia 
(Institute of Enzymology, Budapest). He has held senior 
positions at AMRI, Aptuit Laurus, and ThalesNano.

When his first daughter Laura died of cancer at the age of 
4, he created aPODD, a foundation in the UK with the 
mission to accelerate the development of better 
treatments mainly through drug repurposing and 
international research collaborations.

Cesare holds an MSc in Applied Molecular Biology and a 
PhD in Neuroscience from the University of London, as 
well as an MBA from the Central European University, 
Budapest.

Cesare Spadoni PhD, MBA
Founder, COO and Member 
of the Board of Oncoheroes 
Biosciences

Drug Development Expert
Touched by Childhood Cancer

Founders

42
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Edward Garmey, MD | Acting Chief Medical Officer
Edward is a former academic hematologist-oncologist who has served as Chief Medical
Officer for leading private and public biopharmaceutical companies during his 15 years in the
industry. Prior to a transition into consulting in 2015, Dr. Garmey served as Chief Medical
Officer and Senior Vice President at Cerulean Pharma where he oversaw the initiation of
several multi-national clinical trials across multiple drug programs and helped lead the
company’s successful $67 MM IPO. Earlier in his career, Dr. Garmey served as a pediatric
hematologist-oncologist at Memorial Sloan-Kettering Cancer Center. He is an alumnus of
Harvard and New York Universities and completed his medical training at the Children’s
Hospital of Los Angeles and MSKCC.

Experienced
Leadership

Jeffrey Skolnik, MD | Future Chief Medical Officer
Jeffrey is pediatric oncologist who has worked in the pharmaceutical sector for over twelve
years. He has led both early- and late-stage development programs at both large
pharmaceutical and small biotechnology companies. He has led pediatric oncology programs
across the industry, as well as adult oncology and infectious disease teams, as Senior
Director, Vice President and Chief Medical Officer. He is an experienced leader in trial design,
and is recognized for having re-defined the method by which children are enrolled onto
phase 1 oncology studies. He has published numerous peer-reviewed papers on oncology
studies throughout his career. He is a member of the Steering Committee of ACCELERATE,
and a member of the Children's Oncology Group. He is practicing pediatric oncologist and
Attending Physician at the Children's Hospital of Philadelphia, and an Adjunct Assistant
Professor at the University of Pennsylvania.
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Experienced
Leadership
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Eva Méndez, PhD | Head Of Drug Discovery
Eva has more than 20 years of experience in academic and industrial biomedical
research. As head of different drug discovery departments at Ferrer Group, she was
responsible for defining and proposing to the R+D direction new research lines,
scouting new collaborations, due diligence of proposals sent to our company and the
supervision of day-by-day activities on compound management and in vitro screening
activities. Indeed, she was responsible for setting up one of the first HTS systems in
Spain. Besides, she was the scientific coordinator of multidisciplinary teams involving
other companies and public institutions. During her time at Ferrer, she had a key role
in identifying and early selecting new molecules, some of which are currently in Phase
II clinical trials.

Sandra Hecker, RAC | Head Of Regulatory Affairs
Sandra is a seasoned regulatory affairs professional, with more than 30 years of
regulatory strategy and submissions project management for investigational medicinal
product (biologic and small molecule) development. She supports companies to
identify the best strategy for, lead creation of, review, and submit clinical trial and
marketing applications to FDA. +35 INDs/CTAs (no clinical holds) and +20 marketing
applications (no refuse to file or complete response letters) in multiple indications.

Team
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Dawn Toronto, PhD | Head Of CMC

Dawn is a CMC and regulatory compliance professional with 20 years of international experience
within the pharmaceutical industry, developing the CMC control strategy for more than 50 clinical
drug candidates and has contributed to the development of several commercially approved drugs.
She has worked with regulatory health authorities including FDA and Europe National Competent
Authorities (ANSM, BfArM, FAMHP, SUKL, FIMEA, MHRA) and across multiple indications. In the last 5
years she has collaborated on several fast-track pediatric development programs which have received
ultra-rare and orphan designation from the FDA. Dawn’s education includes a pH in Chemistry from
UC Davis and two post-doctoral fellowships in French research institutions.

Experienced
Leadership

Krisztian Nagy, MD | Head of Clinical Operations 

Krisztian Nagy is a medical doctor (Univ. Pecs/Hungary) and holds an MSc in Public Health from the 
London School of Hygiene and Tropical Medicine. He has extensive experience with epidemiology 
and pharmaceutical drug development, worked earlier as head of the Clinical Research Department 
at Gedeon Richter Plc. Krisztian was involved in all stages of drug development, supported early 
preclinical development and supervised clinical projects from phase 1 up to phase 4. Krisztian also 
participated and presented at several Scientific Advice meetings at regulatory authorities including 
the EMA and FDA.

Berta Marti, PhD | Head Of Communications & Partner Relations
Berta is a science communicator and biomedical researcher. She holds a bachelor’s of science in
Physics from the University of Barcelona and earned a PhD in Biomedicine from the same university
in 2013. From 2014-2017 she was a Catalyst fellow at MIT-LinQ where she received extensive
instruction and clinical rotation in leading US/Spanish healthcare institutions and teaching hospitals
to identify unmet healthcare needs. She formed and led an international team of engineers and
physicians, working on new lines of translational skin cancer identification. The project turned into a
startup and its research results have been recently published in the prestigious journal "Science
Translational Medicine”.
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Scientific & 
Strategic Advisory 
Board
Renowned pediatric 
oncology & industry 
experts

15

Peter Adamson MD, PhD
Global Head, Oncology Development & Pediatric 
Innovation at Sanofi. Formerly Chair of Children’s 
Oncology Group and Professor of Pharmacology at 
Children’s Hospital of Philadelphia

Steven Dubois MD, MS
Director Experimental Therapeutics
Dana Farber Cancer Institute, Boston 
Associate Professor of Pediatrics, Harvard School

Lee J. Helman, MD 
Director of Osteosarcoma Institute. Formerly
Head Basic and Translational Research
Children’s Center for Cancer and Blood Diseases, 
Children’s Hospital Los Angeles

Lucas Moreno MD, PhD
Clinical Director Pediatric Oncology & Hematology
Hospital Valle Hebrón, BCN, Spain
Member Clinical Trials Committee ITCC Consortium

Juliet Gray MD, MA, MB BS, MRCPCH, 
PhD 
Clinical Lead Pediatric Oncology & Hematology
Pediatric Oncology Clinical Trials Lead
Southampton Paediatric Oncology Centre, UK

Jaroslav Sterba MD, PhD
Department of Pediatric Oncology
University Hospital Brno, Czech Republic
Director of the CEPOETA Clinical Network

Pratiti Bandopadhayay MBBS, PhD
Pediatric Neuro-Oncologist
Dana Farber Cancer Institute, Boston 
Instructor in Pediatrics, Harvard School

Daniel Morgenstern MD, PhD
Department of Pediatric Oncology, Sick Children 
Hospital, Toronto, Canada
Assistant Professor, University of Toronto

Marta Princep, PhD 
+20 years of experience in biomedical start-ups 
strategy, long track record on drug discovery and 
development 
BHV Partners, Barcelona, Spain

Kirk G. Tanner PhD
Oncology R&D specialist +18 years of industry 
experience (Vertex, Lead Drug Discovery Team) 
National Brain Tumor Society, MA, USA
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Marc Goldberg JD, MBA
Member of the Board of Oncoheroes 
Biosciences
Managing Partner of Bioventures Investors 
Founding President of the Massachusetts 
Biotechnology Council (MassBio)
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Scientific And 
Patient 
Network

The world’s largest organization devoted exclusively to childhood and
adolescent cancer research. The COG unites more than 9,000 experts in
childhood cancer at more than 200 leading children’s hospitals,
universities, and cancer centers across North America, Australia, New
Zealand, and Europe in the fight against childhood cancer.

ITCC gathers 55 European pediatric oncology departments with expertise
in conducting early phase trials in children and adolescents and 22
European research laboratories.

The Coalition against Childhood Cancer (CAC2) is the largest
international network of non-profit organizations engaged in supporting
childhood cancer research.

The purpose of CEPOETA is to support research in pediatric oncology,
particularly the area of early clinical trials for children and young adults
in the countries of Central and Eastern Europe.
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Ricardo Garcia
CEO/CFO

Jeffrey Skolnik
Chief Medical Officer

Hiring Q4 2022
(Full-Time Employee)

BOARD OF DIRECTORS SCIENTIFIC ADVISORY BOARD

Sandra Hecker, RAC
Head of Regulatory Affairs 

(Consultant As Needed)

Henar Hernando, PhD
Drug Discovery Senior 

Scientist
(Full-Time Employee)

Olga Almacellas, PhD
Drug Discovery 

Postdoctoral 
Researcher

(Full-Time Employee)

Inés Fallon, MSc
Drug Discovery PhD. 

Candidate
(Full-Time Employee)

Dawn Toronto, PhD
Head of CMC 

(Consultant As Needed)

Krisztian Nagy 
Head of Clinical Operations

Hiring Q4 2022
(Full-Time Employee)

ONCOHEROES BIOSCIENCES EU

Not identified
TBD

Hiring Q1 2023

STRATEGIC ADVISORY BOARD

ONCOHEROES BIOSCIENCES US
(Full-Time Employee)

Jose Antonio Ramos
Head of Finance & 

Administration

(Full-Time Employee)

Berta Marti, PhD
Head of Communications 

& Partner Relations

(Full-Time Employee)

Cesare Spadoni, PhD, MBA
Chief Operating  Officer

(Full-Time Employee)

Eva Mendez, PhD
Head of Drug Discovery

(Full-Time Employee)

Team | Post SERIES A Organizational Chart
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ONCOHEROES’ 
PIPELINE
Three clinic-ready assets and a 
drug discovery project
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Pipeline
Asset/Target Discovery Preclinical Phase I Phase II

Alveolar Rhabdomyosarcoma, a soft tissue Sarcoma in children and young adults

In-licensed from
SERIES A Milestone:
Ready to initiate
Registration Trial in 2025

Various pediatric solid tumor, neuroblastoma, sarcomas and CNS tumors

SERIES A Milestone:
Ready to initiate Phase 
Ib/II Trial in 2025

Medulloblastoma, one of the most aggressive brain tumors in children
In-house drug 
discovery project Preclinical 

candidate by 2024

Phase III/Registration

VOLASERTIB

STENOPARIB

2HIT MB

Osteosarcoma, a bone Sarcoma in children and young adults 

SERIES A Milestone:
Completion Phase II in 
2025 + Potential Approval

Pediatric license from

DOVITINIB

PLK1

Pan-TKI

PARP
Pediatric license from

* Adult Clinical studies have been conducted for volasertib, dovitinib and stenoparib
before Oncoheroes’ in-licensing. None of the compounds have been approved yet.

Approval
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Volasertib
Full In-licensing Project

ONCOHEROES 
PIPELINE
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Pipeline | Volasertib

Volasertib
Full In-License
From Boehringer 
Ingelheim

Oncoheroes obtained the full license (with exclusive rights to 
research, develop, sell and sublicense the compound) of 
volasertib from Boehringer Ingelheim (BI) on Aug 2019.

Volasertib was developed by BI for the treatment of acute 
myeloid leukemia (AML) but clinical development activities were 
halted after a large Phase III study with adult patients failed to 
meet its primary endpoints.

BI conducted Phase I pediatric trials in leukemia, solid tumors 
complete: tolerability demonstrated, dosing and 
pharmacokinetics defined.

Volasertib safety profile appears to be acceptable for younger 
patients and the RP2D was identified

52



© 2022 Oncoheroes Biosciences

Pipeline | Volasertib

Volasertib
In-licensing
Rationale

“This is by far the best
potential new drug we have 
seen in decades for RMS!”

ITCC Executive Committee

• Volasertib is a highly potent and selective ATP-competitive 
small-molecule polo-like kinase 1 (PLK1). Abundance of data 
now suggest Rhabdomyosarcoma (RMS) is particularly 
sensitive to PLK1 inhibition.

• PAX3-FOXO1 fusion gene recently identified in RMS cell lines 
encodes a transcription factor driving tumorigenesis in several 
ways including upregulation of MYCN.

• PLK1 identified as a key kinase involved in the phosphorylation 
and stabilization of PAX3-FOXO1.

• Treatment of fusion positive RMS cells with volasertib leads to 
fusion protein degradation and a notable reduction in 
transcription of gene targets.

• Synergistic interaction (i.e. greater than additive activity) now 
observed with the combination of PLK1 inhibition and 
vincristine in animal models.
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Pipeline | Volasertib

Volasertib
Target 
Indication

Rhabdomyosarcoma (RMS) is an aggressive and highly malignant 
form of cancer (soft tissue sarcoma) that develops from skeletal 
muscle that have failed to fully differentiate. 

A disease of childhood:
- ~9,000 (worldwide) and 400-500(US) new patients per year 
- Poor out comes in aggressive subtypes: 5-year survival rate 20-
30% in high-risk RMS (grade, location) 

Current treatments are based on decades-old therapy: 
• Surgery and chemotherapy:

• Vincristine, dactinomycin, cyclophosphamide
• Vincristine, irinotecan
• Doxorubicin
• Ifosfamide and etoposide

• Radiation therapy, proton therapy 
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Pipeline | Volasertib

Volasertib
Target 
Indication
Rationale in RMS

PLK1 overexpression is associated with poor prognosis in RMS.

Thalhammer V. et al Cancer Res. 2015 Jan 1;75(1):98-110
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Pipeline | Volasertib

Volasertib
Target 
Indication
Rationale in RMS

PLK1 Inhibition by volasertib (BI 6727) causes down-regulation of 
PAX3/FOXO1

RMS13 and Rh4 cells were treated with DMSO, 15 nmol/L BI 2536, or 20 
nmol/L BI 6727 for 48 hours.

ARMS cell lines 

Thalhammer V. et al Cancer Res. 2015 Jan 1;75(1):98-110
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Pipeline | Volasertib

Volasertib
Target 
Indication
Rationale in RMS

Strong synergy with vincristine* in PDX models.

* Standard of care Hugle M. et al. Cell Death Differ. 2015 Dec;22(12):1946-56
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Pipeline | Volasertib

Volasertib
Status of 
Clinical 
Activities 

As of November 2021, a total of 1190 adult and pediatric patients 
treated with volasertib, within clinical trials run by Boehringer  
Ingelheim (BI). 

All BI-supported trials have been closed.

As of April 15, 2022, a total of 5 patients continue to receive treatment 
in the framework of a named patient supply (NPS) run by Oncoheroes, 
in compliance with the volasertib licensing agreement.

Active patients are currently supplied in the following countries:

o Germany – 2 patients

o Belgium – 1 patient

o France – 1 patient

o Hungary – 1 patient
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Pipeline | Volasertib

Volasertib
Summary of 
Clinical Data in 
Adults

• In the first-in-human clinical trial, the maximum tolerated dose (MTD) for 
volasertib monotherapy in solid tumors was 400 mg. IV d1q3w. 

• 300 mg. selected as starting dose for phase 2 clinical trials in solid tumors.
• In AML patients, MTD for volasertib d1+15q4w was 350 mg. in combo. with low-

dose cytarabine and 450 mg. for Volasertib monotherapy.
• Additional MTDs/RP2Ds identified for use of volasertib in combo. with other anti-

cancer drugs, including carboplatin, cisplatin, pemetrexed, nintedanib and 
afatinib.

• Reversible suppression of hematopoiesis is the drug’s principal side effect. 

• Transient prolongation of QT interval detected at higher doses was transitory 
and no clinically relevant adverse events were reported.

• Multi-compartmental PK and distribution into large volume (>3000 L) with 
terminal elimination t1/2 of 121 hours.

• Volasertib mainly excreted unchanged via feces, with urinary excretion as a 
minor elimination pathway. 
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Pipeline | Volasertib

Volasertib
Summary of 
Clinical Data in 
Children

In a phase 1 study of volasertib in children with leukemia and 
refractory solid tumors (NCT01971476), RP2Ds defined as:

• 200 mg/m2 q2w. (ages 12-17 yrs.) 
• 300 mg/m2 q2w. (ages 2-11 yrs.)
• Both doses above the RP2D in adult solid tumor patients.

PK data in pediatric patients appear similar to adults with overall 
exposure higher in 2-12 years vs. 12-18 years.
Twenty-two pediatric patients treated:

• 5/7 patients with leukemia demonstrated reduced 
peripheral blast counts compared to pretreatment values 
(best response of SD).

• 2/13 patients with solid tumors demonstrated RECIST SD 
as best overall response but no fusion-positive RMS 
patients evaluated to-date. 
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Pipeline | Volasertib

Volasertib
Clinical 
Development Plans 
in United States

• U.S. clinical trial will be based on ongoing discussions with the 
Children’s Oncology Group (COG).

• Preliminary intention to design a stand-alone clinical trial for 
accelerated approval of volasertib consistent with section 
505(b)(2) of the U.S. Federal Food, Drug, and Cosmetic Act.

• Clinical trial design to be based on an ongoing evaluation of 
volasertib in combination with standard-of-care agents in 33 
patient-derived xenograft models.

• Subsequent clinical trial to focus on pediatric patients with first 
relapse of RMS with anticipated first patient in (FPI) Q3 2023 

• Potential primary endpoint: rate of 6 mo. event-free-survival 
(EFS)
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Pipeline | Volasertib

Volasertib
Clinical 
Development Plans 
in United States
Pre-clinical Details

• Treatment of high-risk rhabdomyosarcoma (RMS) comprises 
DNA damaging agents and the microtubule destabilizing agent 
vincristine or other vinca alkaloyds. 

• The most recent high-risk study1 extensively used  VI
(vincristine + irinotecan in modules 1 and 3 [with radiation 
therapy]) and VAC (vincristine/actinomycin 
D/cyclophosphamide in modules 4 and 5).

• Since the current drug development strategies used in COG for 
RMS introduce new agents into a standard backbone, we want 
to evaluate preclinically the optimal drug combination for a 
COG-based volasertib trial in the US.

• The ongoing preclinical studies at The University of Texas 
Health at San Antonio (UT Health SA) are evaluating volasertib 
in combination with VI or VAC treatment in 33 models of RMS.

1. clinicaltrials.gov/ct2/show/NCT00354744
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Pipeline | Volasertib

Volasertib
Clinical 
Development Plans 
in United States
Pre-clinical Details

Pre-clinical Study Design:
• Group A: Control
• Group B: VAC (Vincristine (1mg/kg day 1,8,15); Actinomycin D (0.2 mg/kg d1); 

Cyclophosphamide (120 mg/kg d1)
• Group C: Volasertib (75 mg/kg day 1) + VAC
• Group D: VI ((Vincristine (1mg/kg day 1,8,15); Irinotecan (2.5 mg/kg days 1-5)
• Group E: Volasertib (75 mg/kg day 1) + VI

• The dose of volasertib is based on clinical dosing at 250 mg/m2 given day 1 
of a 21 day cycle. Based on the conversion factor of 3.3 for a 22 gram mouse, 
this equates to 75 mg/kg dose in mice. 

• Consequently, we will first assess single agent tolerability for volasertib, and 
the dose that can be combined with VI and VAC treatments.

• For therapeutic experiments 5 mice would be used for each tumor line. 33 
RMS will be entered on trial, with interim analysis after entering 12 lines 
where response to one cycle of treatment can be made. 
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Pipeline | Volasertib

Volasertib
Additional 
Indications

• Diffuse Intrinsic Pontine Glioma (DIPG)1

• Hepatoblastoma2

• Medulloblastoma3

• Neuroblastoma4

• Ewing Sarcoma5

We have been contacted by several organizations that generated 
new preclinical data which would support further development of 
volasertib for other pediatric indications. 

1. Amani V et al. BMC Cancer. 2016;16:647. 2016. 
doi:10.1186/s12885-016-2690-6

2. Kats D et al. Oncotarget. 2019;10(60):6403-6417. 
doi:10.18632/oncotarget.27237

3. Harris PS et al. BMC Cancer. 2012 doi: 10.1186/1471-
2407-12-80. 

4. Czaplinski S et al. Oncotarget. 2016 3;7(8):8700-11. 
doi: 10.18632/oncotarget.3901

5. Li J, Ohmura S, Marchetto A, et al. Therapeutic 
targeting of the PLK1-PRC1-axis triggers cell death in 
genomically silent childhood cancer. Nat Commun. 
2021;12(1):5356.
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We are in advanced conversations with academic groups interested 
in launching a basket-trial for these indications.
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Pipeline | Volasertib

Volasertib
Milestone
Rare Pediatric Disease 
Designation (RPDD)

Rare Pediatric Disease Designation

Rare Pediatric Disease Designation qualifies 
Oncoheroes to receive fast track review, and a priority 
review voucher (PRV) at the time of marketing 
approval of volasertib.

PRV holders can benefit from an expedited six-month 
review of a new drug application for any disease by 
the FDA.

PRVs are transferable to other sponsor companies and 
historically have had a selling price range of USD 67 to 
350 million.1
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Pipeline | Volasertib

Volasertib
Milestone
Orphan Drug Designation 
(ODD)

Orphan Drug Designation 

FDA awarded Orphan Drug Designation to potential 
therapies addressing unmet needs of underserved 
patients with rare diseases. 

ODD may enable Oncoheroes to retain seven years of 
U.S. market exclusivity upon marketing approval and
obtain partial tax credits for clinical trial 
expenditures. 

ODD may also enable exemption from filing fees such 
as the user fee, a cost savings of around $2.9M in 
2020, and eligibility for a research grant awarded by 
the FDA.
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Pipeline | Volasertib

Volasertib
Potential
Market

Estimated volasertib’s market for each indications per year:

Indication US Market* Oncoheroes’ 
Market US

Oncoheroes’ 
Market US + EU

Oncoheroes’ 
Market 16MM

RMS $90.00 M $29.70 M $89.10 M $234.53 M

DIPG $60.00 M  $19.80 M $59.40 M $156.35 M

Ewing Sarcoma $50.00 M $16.50 M $49.50 M $130.29 M

Medulloblastoma $80.00 M $26.40 M $79.20 M $208.47 M

Neuroblastoma $100.00 M $33.00 M $99.00 M $260.59 M

TOTAL $380.00 M $125.40 M $376.20 M $990.23 M

Assumptions: 

• *Disease incidence x $200,000 average treatment cost per patient1,2,3

• Oncoheroes’ market only 33% penetration
• European market x2 US Market
• Market 16MM include: the US, France, Germany, Italy, Spain, the UK, Japan, Australia, Brazil, 

Canada, China, India, Mexico, Russia, South Africa and South Korea
NOTE: Cost range of full pediatric development program is $20-$30M (see slide 13)

Following works mention an average range $100-$150k for 
cancer treatment per patient in 2013-2018. We expect to 
get closer to $200k by the time Oncoheroes’ first approval 
and taking into account childhood cancer is a rare disease. 

1. Prasad, V et al.. Nat Rev Clin Oncol 14, 381–390
(2017). doi.org/10.1038/nrclinonc.2017.31

2. Vincent Rajkumar, S. Blood Cancer J. 10, 71 (2020). 
doi.org/10.1038/s41408-020-0338-x

3. https://www.iqvia.com/insights/the-iqvia-
institute/reports/global-oncology-trends-2018
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Pipeline | Volasertib

Volasertib
Out Licensing
Deal

In October 2021, Oncoheroes transferred the adult IP rights of 
volasertib to Notable Labs.
Notable Labs is a precision medicine company based in San Francisco 
(USA) interested to continue the development of volasertib for adult 
cancers.
Oncoheroes will receive payments for milestones and royalties if 
Notable’s adult development is successful. 
Oncoheroes and Notable will share the cost of volasertib’s 
manufacturing campaign.
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Active Clinical 
Development
Stage Of Other 
PLK1 Inhibitors

GSK461364 | Phase I - Study to Assess the Pharmacokinetics 
and Pharmacodynamics of GSK461364 in Subjects With Non-
Hodgkins Lymphoma

TAK-960 | Phase I - Study of Orally Administered TAK-960 in 
Patients With Advanced Nonhematologic Malignancies

CYC140 | Phase I  - Study of CYC140, a PLK-1 Inhibitor, in 
Advanced Leukemias or MDS

NMS-1286937 | Phase I  - Study of NMS-1286937 in Adult 
Patients With Advanced/Metastatic Solid Tumors

Rigosertib | Phase II - Study of 72-Hour Infusion of ON 
01910.Na in Patients With MDS or AML
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2022 2023 2024 2025 2026 2027 2028

Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

LPO

SERIES A MILESTONE
LPO: Last Patient Out
MTG: Meeting
NDA: New Drug Application

LPO

Ph. 2A Enrollment LPO

FDA MTG

NDA 
Prep.

FDA Review

Ph. 3 Start-up LPOPh. 3 Enrollment

Clinical Development Timeline
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Dovitinib
Pediatric License Project

ONCOHEROES’ 
PIPELINE
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Dovitinib
Pediatric
License

• Oncoheroes obtained pediatric in-license (development and commercialization)
of dovitinib from Allarity Therapeutics on Jan 2022.

• Allarity previously in-licensed dovitinib from Novartis. 

• Novartis demonstrated efficacy demonstrated in Phase 3 in Renal Cell Carcinoma 
(RCC) and in Phase 2 in 4 other cancers including: GIST, HCC, breast and 
endometrial cancers.

• Allarity is preparing for the submission of a new drug application (NDA) for 
marketing approval, by the U.S. FDA, for dovitinib as a treatment for renal cell 
carcinoma (RCC). 

• In support of its NDA filing, and in accordance with FDA requirements (RACE Act), 
Allarity needed to conduct a clinical trial in pediatric patients.

• Under defined circumstances, Allarity can exercise a buy-back option and recover 
the pediatric rights, on the basis of the fair market value of the asset at that 
specific time (e.g. pediatric market value in case of prior approval and/or 
regulatory value as compliance with pediatric requirements is a prerequisite for 
NDA submission with the FDA).
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Dovitinib
In-licensing
Rationale

• Dovitinib is a pan-tyrosine kinase inhibitor targeting fibroblast growth 
factor receptor (FGFR), the vascular endothelial growth factor receptor 
(VEGFR) and other receptor tyrosine kinases (RTKs). 

• The FDA “Relevant Pediatric Molecular Target List with references” dated 
07-19-2018 lists FGFR as a molecular target in pediatric cancers and cites a 
publication (Porta et al. Crit Rev Oncol Hematol 2017 May;113:256-267)  
which lists dovitinib as a drug that targets FGFR and defines osteosarcoma 
as an FGFR-driven cancer type. 

• A more detailed review of FGFR in osteosarcoma (Zhou W-Y et al. Cancer 
biology & medicine. 2016;13(2):260) concludes that “the use of FGFR 
kinase inhibitors may be a promising treatment for patients with 
osteosarcoma”. 

• A pre-clinical study (Fan et al. University of Illinois- unpublished) shows an 
improvement in survival of dovitinib-treated osteosarcoma mice compared 
to placebo treated animals, in a lung-metastasis, osteosarcoma mouse 
xenograft model.
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Dovitinib
In-licensing
Rationale

• Global, exclusive pediatric license.

• Pan tyrosine kinase inhibitor (TKI) in advanced stage of development for renal cell 
carcinoma (by Allarity).

• Class of molecule considered relevant for various forms of childhood bone 
sarcomas, including osteosarcoma and rhabdomyosarcoma.

• The Osteosarcoma Institute strongly supports the development of dovitinib and 
there is currently strong interest in TKIs for the treatment of bone sarcomas. The 
ACCELERATE platform has recently held (Nov 20219 a priority forum on this 
topic1 and Oncoheroes was invited to present

• Dovitininb is clinic-ready, with the possibility of a quick transition to a registration 
trial, as single agent or in combination with other molecules,

• Patient selection for dovitinib trials is biomarker-supported (using Allarity’s DRP 
platform).1. https://www.accelerate-platform.org/paediatric-

strategy-forum-3/6th-paediatric-strategy-forum
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Allarity
Partnership
Added Value
Biomarker-Driven 
Patient Selection

From cancer cell line drug testing data as an “input”, 
Allarity’s DRP® engine applies the system biology 
analysis as a “filter” of human tumor biopsy data, to 
yield a 50 to 400 gene DRP® for that specific drug. A DRP® biomarker specific for our TKI Dovitinib

In vitro
TRANSCRIPT

-OMICS

HUMAN
SYSTEMS
BIOLOGY

In vitro
Drug Response 

DATA

Multi
Gene

DRP® for
DRUG

BLIND
CLINICAL

VALIDATION

14

Improved selection of potential responders for clinical trials
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DRP ® Validation: 
Predicting 
Dovitinib
Responses From 
Clinical Trials 
Biopsies
(renal cell carcinoma)

Response rate above DRP®

cutoff of 50: 18%
(median PFS 5 months)
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Dovitinib Phase III RCC Trial
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All comers URR* : 8% 
(median PFS 3.7 months)

• 58-gene biomarker signature predictive of dovitinib response based 
on in vitro sensitivity.

• Biomarker retrospectively validated across multiple adult tumor types. 
• Biomarker signature additionally identified in osteosarcoma (OS) FFPE 

biopsies.
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Dovitinib
Target 
Indication

1. Longhi A et al. Cancer Treat Rev. 2006 
Oct;32(6):423-36. doi: 
10.1016/j.ctrv.2006.05.005. 

2. Misaghi A. et al. SICOT J. 2018;4:12. 
doi:10.1051/sicotj/2017028

3. Mirabello L et a. Cancer. 2009;115(7):1531-
1543. doi:10.1002/cncr.24121

4. Lilienthal et al. Int J Mol Sci. 
2020;21(18):6885.doi:10.3390/ijms21186885

• Osteosarcoma (OS) is a rare bone tumor found in areas of rapid bone 
turnover and the most common primary bone tumor in children and 
adolescents1.

• OS has worldwide incidence of 3.4 per million people per year2, most 
often seen in children, adolescents and young adults (55%)3.

• Individuals with localized osteosarcoma have an average 5-year 
survival of about 80% but those with metastatic disease have much 
worse outcomes (5-year OS 15-30%).

• Up to 90% of OS patients face relapse and metastatic disease after 
primary treatment.4

• There have been no new chemotherapeutic, small molecule–targeted, 
or immunotherapeutic agents found to be active in osteosarcoma.

77



© 2022 Oncoheroes Biosciences

Pipeline | Dovitinib

Dovitinib
Phase Ib-II First-in-
Child Clinical Trial

1. Misaghi A. et al. SICOT J. 2018;4:12. 
doi:10.1051/sicotj/2017028

2. Mirabello L et a. Cancer. 2009;115(7):1531-
1543. doi:10.1002/cncr.24121

• Initial Phase IB-II clinical trial will establish pediatric RP2D and explore 
signals of differentiated efficacy vs. SOC benchmarks.

• Study protocol is in development with Dr. Daniel Morgenstern, an 
internationally recognized pediatric oncologist at the Hospital for Sick 
Children, Toronto, ONT.

• Approx. 50 patients (~20 Phase IB; ~30 Phase II).
• First Patient In (FPI) anticipated Q2, 2023.
• Initial Phase Ib evaluation will establish safe and effective dose in pediatric 

solid tumor malignancies.

• Phase II arm will evaluate the anti-tumor activity and utility of DRP 
biomarker in pediatric patients with Osteosarcoma.

• Subsequent arms will evaluate additional tumor types where biomarker 
signature is robust.
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Clinical Development Timeline

2022 2023 2024 2025 2026 2027 2028

Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

LPO

* If Allarity gets FDA approval for dovitinib in Renal Cell Carcinoma 
(RCC) and Oncoheroes gets positive results during the Ph. 2 trial, it 
is likely that by 2025 dovitinib could be also FDA approved for 
pediatric osteosarcoma. If RCC adult not approved, implications 
with pediatric development will be discussed with FDA. 

LPO: Last Patient Out
MTG: Meeting
NDA: New Drug Application

SERIES A MILESTONE

LPOPh. 2 Enrollment

FDA MTG

Commercialization

NDA* 
Prep.

FDA Review

Ph. 1B 
Enrollment LPO
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Dovitinib
Potential
Market

Assumptions: 

• * Disease incidence x $200,000 average treatment cost per patient1,2,3

• Oncoheroes’ market only 33% penetration
• European market x2 US Market
• Market 16MM include: the US, France, Germany, Italy, Spain, the UK, Japan, Australia, Brazil, 

Canada, China, India, Mexico, Russia, South Africa and South Korea

NOTE: Cost range of full pediatric development program is $20-$30M (see slide 13)

Following works mention an average range $100-$150k for 
cancer treatment per patient in 2013-2018. We expect to 
get closer to $200k by the time Oncoheroes’ first approval 
and taking into account childhood cancer is a rare disease. 

1. Prasad, V et al.. Nat Rev Clin Oncol 14, 381–390
(2017). doi.org/10.1038/nrclinonc.2017.31

2. Vincent Rajkumar, S. Blood Cancer J. 10, 71 (2020). 
doi.org/10.1038/s41408-020-0338-x

3. https://www.iqvia.com/insights/the-iqvia-
institute/reports/global-oncology-trends-2018

Indication US Market* Oncoheroes’ 
Market US

Oncoheroes’ 
Market US + EU

Oncoheroes’ 
Market 16MM

Osteosarcoma $130.00 M $42.90 M $128.70 M $338.77 M

Ewing Sarcoma $50.00 M $16.50 M $49.50 M $130.29 M

TOTAL $180.00 M $59.40 M $178.20 M $469.06 M

Estimated dovitinib’s market for each indications per year:
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Stenoparib
Pediatric License Project

ONCOHEROES’ 
PIPELINE
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• Oncoheroes obtained pediatric in-license (development and 
commercialization) of stenoparib from Allarity Therapeutics on Jan 
2022.

• Allarity previously in-licensed stenoparib from Eisai.  

• Allarity completed Phase 1 study in adult solid tumors with ID of RP2D 
600 mg/day and overall response rate of 4.9%.

• Allarity has an ongoing Phase 2 in ovarian cancer at Dana Farber

• DRP® validated in both ovarian and pancreatic cancer.

• Under defined circumstances, Allarity can exercise a buy-back option
and recover the pediatric rights, on the basis of the fair market value of 
the asset at that specific time (e.g. pediatric market value in case of 
prior approval and/or regulatory value as compliance with pediatric 
requirements is a prerequisite for NDA submission with the FDA).

Pipeline | Stenoparib

Stenoparib
Pediatric
License
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• PARP inhibitors drugs, four of which are now FDA approved, have well 
established utility across a variety of adult cancers. The cumulative 
market for PARP inhibitors now exceeds US$5 Billion1. 

• Through their inhibition of PARP1, a protein that is vitally important for 
repair of single-strand DNA breaks, Poly Adenosine Diphosphate-Ribose 
Polymerase (PARP) inhibitors cause multiple double strand DNA breaks 
to form. In tumors with BRCA1, BRCA2 or PALB2 mutations, these 
double strand breaks cannot be efficiently repaired, leading 
preferentially, in turn, to cancer cell death. 

• Moreover, PARP inhibitors achieve synthetic lethality when 
administered in combination with DNA damaging chemotherapy 
agents.

Pipeline | Stenoparib

Stenoparib
In-licensing
Rationale

1. https://www.futuremarketinsights.com/reports/parp-
inhibitors-market 
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• While there is no reason to believe that PARP inhibitors are less active in 
pediatric malignancies, none to-date have a pediatric approval. 

• Stenoparib is first in class small molecule targeted inhibitor of DNA damage 
repair enzymes (PARP) and telomerase maintenance enzymes (Tankyrase),
with improved efficacy, no myelotoxicity, and less drug resistance.

• Potential targeting of several pediatric malignancies on the basis of known 
molecular profiles.

• Key to establishing PARP-inhibitor use in children will be the identification 
and prosecution of optimal investigative settings.

• Clinic-ready compound with potential for best-in-class status.

• Example of compound class with established efficacy, ready to move into a 
pediatric setting. 

• Patient selection for stenoparib trials is biomarker-supported (using Allarity 
DRP platform).

Pipeline | Stenoparib

Stenoparib
In-licensing
Rationale
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• Several strong candidates for a first pediatric approval exist. 
Among these, pediatric neuroblastoma is typically characterized 
by MYCN amplifications, well-characterized genetic alterations 
that correlate directly with advanced stage and a poor 
prognosis. Loss of 1p, 3p, and 11q is also observed in advanced 
neuroblastomas and is associated with unfavorable prognosis.1,2

• Genomic alterations, such as loss and single nucleotide variants, 
in the ATM gene and other DNA damage response-associated 
genes have been identified in nearly half of all neuroblastoma 
samples, particularly in advanced stages3. 

• ATM-defective cells are known to exhibit dysfunction in 
homologous recombination repair, suggesting strong potential 
for synthetic lethality by a PARP inhibitor. Indeed, greater than 
80% of neuroblastoma-derived cell lines demonstrate sensitivity 
to PARP inhibition3.

Pipeline | Stenoparib

Stenoparib
Target 
Indication
TBD

1. Spitz R et al.. Clin Cancer Res. 2003;9:52–8.

2. Attiyeh EF et al.. N Engl J Med. 2005;353:2243–53.
3. Takagi M et al.. J Natl Cancer Inst. 

2017;109(11). https://doi.org/10.1093/jnci/djx062.
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Another cancer type of interest is Ewing’s Sarcoma. These tumors 
exhibit high levels of DNA damage and similarity in phenotype 
to BRCA1/2 mutant breast cancer, theoretically providing a 
molecular basis for strong sensitivity to PARP inhibitors1.

Similarly, greater than 80% of osteosarcomas demonstrate genome 
instability signatures characteristic of BRCA1/2-deficient tumors 
and it has been shown that osteosarcoma cells with genetic 
signatures of BRCAness are susceptible to PARP inhibition2.

Pipeline | Stenoparib

Stenoparib
Target 
Indication
TBD

1. Gorthi A et al.. Nature. 2018;555:387–91.

2. Kovac M et al. Nat Commun. 2015;6:8940.
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DRP ® Validation: 
Predicting 
Stenoparib
Responses From 
Clinical Trials 
Biopsies
(ovarian cancer)

PR SD PD

0
20

40
60

80
10

0

Results of E7449 Phase I Trial

Clinical response

D
R

P 
pr

ed
ic

te
d 

E7
44

9 
se

ns
iti

vi
ty

 (a
dj

us
te

d 
fo

r d
os

e 
50
−8

00
m

g)

●

●

●

●

● ●

●

●

●

●

●

●

●

PR SD PD

0
20

40
60

80
10

0 CC=0.42, P=0.07

Results of stenoparib Phase I Trial

Response 
rate below 
DRP® cutoff 
of 50: 0%

All comers ORR : 15%

Response 
rate above 
DRP® cutoff 
of 50: 33%

All 
histologies

PD: Progressive disease
SD: Stable disease
PR: Partial Response

87



© 2022 Oncoheroes Biosciences

Pipeline | Stenoparib

PARP
Competitive 
Landscape

Product Stage Response 
biomarker 

Export 
Resistance 

No
Myelo-
toxicity

Multi-
targeted 
(PARP/

Tankyrase)

PARP 
trapping

BBB 
penetration

Olaparib Approved BRCA ✗ ✗ ✗ ✓ ✗
Oiraparib Approved BRCA/HRD ✗ ✗ ✗ ✓ ✗
Veliparib Phase 3 BRCA ✗ ✗ ✗ ✗ ✗

Rucaparib Approved BRCA ✗ ✗ ✓ ✓ ✗
Talazoparib Approved BRCA ✓ ✗ ✗ ✓ ✗
Stenoparib Phase 2 DRP® ✓ ✓ ✓ ✓ ✓

Strong competitive position for stenoparib
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Stenoparib
Phase Ib-II First-in-
Child Clinical Trial

• Initial Phase Ib-II clinical trial will establish pediatric RP2D and 
explore signals of differentiated efficacy vs. SOC benchmarks.

• Ongoing discussion with Daniel Morgenstern, Professor at 
University of Toronto and Staff Oncologist, Solid Tumor Program, 
Hospital for Sick Children, Toronto, ONT.

• Approx. 50 patients:

• Phase I (~20 patients) to establish RP2D in children.

• Phase 2A (~30 patients) to assess preliminary signals of RP2D 
efficacy and evaluate utility of DRP signature to identify 
patients with inc. likelihood of clinical benefit.

• First Patient In (FPI) anticipated Q4, 2023.
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2023 2024 2025 2026 2027 2028 2029

Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

LPO

LPO

LPO: Last Patient Out
MTG: Meeting
NDA: New Drug Application

SERIES A MILESTONE

Ph. 1B Enrollment LPO

Ph. 2A Enrollment LPO

FDA MTG

NDA 
Prep.

FDA Review

Ph. 3 Start-up LPOPh. 3 Enrollment
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Stenoparib
Potential
Market

Assumptions: 

• * Disease incidence x $200,000 average treatment cost per patient1,2,3

• Oncoheroes’ market only 33% penetration
• European market x2 US Market
• Market 16MM include: the US, France, Germany, Italy, Spain, the UK, Japan, Australia, Brazil, 

Canada, China, India, Mexico, Russia, South Africa and South Korea

NOTE: Cost range of full pediatric development program is $20-$30M (see slide 13)

Following works mention an average range $100-$150k for 
cancer treatment per patient in 2013-2018. We expect to 
get closer to $200k by the time Oncoheroes’ first approval 
and taking into account childhood cancer is a rare disease. 

1. Prasad, V et al.. Nat Rev Clin Oncol 14, 381–390
(2017). doi.org/10.1038/nrclinonc.2017.31

2. Vincent Rajkumar, S. Blood Cancer J. 10, 71 (2020). 
doi.org/10.1038/s41408-020-0338-x

3. https://www.iqvia.com/insights/the-iqvia-
institute/reports/global-oncology-trends-2018

Indication US Market* Oncoheroes’ 
Market US

Oncoheroes’ 
Market US + EU

Oncoheroes’ 
Market 16MM

Neuroblastoma $100.00 M $33.00 M $99.00 M $260.59 M

Medulloblastoma $80.00 M  $26.40 M $79.00 M $208.47 M

Osteosarcoma $130.00 M $42.90 M $128.00 M $338.77 M

Ewing Sarcoma $50.00 M $16.50 M $49.50 M $130.29 M

RMS $90.00 M $29.70 M $89.10 M $234.53 M

TOTAL $450.00 M $148.50 M $445.50 M $1,172.65 M

Estimated stenoparib’s market for each indications per year:
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2HIT
Drug Discovery Project

Project financed by:
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Pipeline | 2HIT Medulloblastoma

2HIT 
Target 
Indication 

• Medulloblastoma (MB) is the most common high-grade brain 
tumor in children (18% of pediatric brain tumors).

• Responsible for almost 10% of all pediatric cancer deaths.

• Current Treatment includes:

• Surgery

• Craniospinal (brain and spine) radiation and/or

• Chemotherapy (standard for generic cancer)

• Despite treatments improvement, 40% patients do not survive.

• MB classified into 4 molecular groups:

• Group 3 are the deadliest of all molecular subgroups, with 
20% 5-year OS for the most unfavorable prognosis when 
associated with MYC amplification.
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2HIT 
Target 
Indication 

The initial focus of this project is in MB 
Group 3 because it is mainly present in 
children (extremely rare among adults) 
and has the worst prognosis.
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2HIT 
Therapeutic 
Approach

Synthetic Lethality (SL) 

Synthetic lethality refers to the death of cells caused by concomitant 
perturbations of two genes (loss-of-function mutations, RNA 
interference, drug treatment, etc.), each of which is nonlethal alone. 
Oncoheroes approaches:

Pharmacological Blockade + Pharmacological Blockade 

Mutation + Pharmacological Blockade2

1

Based on SL principle, we are attacking cancer cells on two 
therapeutic targets simultaneously to increase efficacy and reduce 
toxicity and resistance.
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2HIT 
Discovery 
Project Goal

Select and characterize a 
preclinical candidate* to be 
ready to enter the 
regulatory preclinical phase 
in 2024

*This candidate is a 
compound/combination of 
compounds that exhibits in vitro 
activity against two targets and in 
vivo activity in animal models, as 
well as a suitable pharmacokinetic 
profile and no concerns on 
preliminary toxicity. 

• Assay development
• Screening

• Screening
• Activity, selectivity and early 

in vitro ADMET
• Early signs of in vivo efficacy

• Proof of concept declaration
• In vivo ADMET
• Dose-effect relationship

Target 
identification

Compound 
Identification

Compound 
Optimization

Preclinical 
Candidate

(before regulatory)
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2HIT 
Novel Target 
Identified & 
Validated

Novel synthetic lethal (SL) pair identified & validated using Proprietary 
Predictive Pediatric Platform

SCREENING 
PLATFORM

3D CO-
CULTURES

MICROFLUIDIC
CHIPS

IN VITRO
TOXICITY 
MODELS

XENOGRAFTS
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2HIT 
Novel Target 
Identified & 
Validated

Novel SL Pair identified is composed by Gain-of-function mutation 
(Driver Gene) and proto-oncogene (Target gene):

Driver Gene:
• One of the most commonly altered genes in MB and solid 

tumors 
• Targeted therapies approved with associated companion 

diagnostics 
Target Gene: 
• Critical negative regulator of p53. Overexpression/ 

amplification of this gene detected in a variety of different 
cancers

• Predictive biomarker in clinical trials 
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2HIT 
Novel Target 
Identified & 
Validated

Growth inhibition curves
D341 3D cultures (48h)
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Simultaneous inhibition of the Driver & Target 
synergistically inhibits MB cell growth
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2HIT 
Novel Target 
Identified & 
Validated

Simultaneous inhibition of the Driver & Target synergistically 
inhibits MB tumor growth in D341 xenografts

Vehicle
Driver inhibitor 
Target inhibitor
Combination
Cisplatin
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2HIT 
Novel Target 
Identified & 
Validated

Representative experiments with the best combination of Driver & Target inhibitors (48h)

Simultaneous inhibition of the Driver & Target 
synergistically restores p53 levels

Driver inhibitor [µM] 

Target inhibitor [µM] 

(Each data point represents the mean of three 
independent experiments)
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Pipeline | 2HIT Medulloblastoma

2HIT 
Drug-Like Dual 
Inhibitors 
Confirmed 
In Vitro

• Dual inhibitors in silico designed to simultaneously block both targets
• Several drug-like dual inhibitors identified by virtual screening
• Virtual HIT Selection criteria: structural diversity, physicochemical 

properties, visual inspection, capacity to cross the Blood Brain Barrier 
and commercial availability. 

• Ongoing experimental confirmation of virtual Hits. Some of the 
virtual Hits have been already confirmed experimentally in vitro.

Example of a drug-like selected HIT 

H-bond donors: 2
H-bond acceptors: 6
tPSA: 75 
Rotatable bonds: 4
MW 283.335
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Pipeline | 2HIT Medulloblastoma

2HIT 
Future 
Plans

New Pediatric Projects: Synthetic Lethality Applied To Other Pediatric 
Brain Tumors  

• Some of the driver genes identified critical for medulloblastoma are also 
highly frequent in other pediatric brain tumors. 

• Therefore, Oncoheroes  will apply the SL approach to the most aggressive 
pediatric brain tumors: medulloblastoma, pediatric glioblastoma multiforme 
and diffuse intrinsic pontine glioma.

Out-license IP for Adult Markets

• The novel target pair identified might have the potential to benefit also other 
adult indications (e.g. prostate, esophageal, pancreatic, head and neck).
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2HIT:  Drug Discovery Timeline

2022 2023 2024 2025

Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

Hit ID

Hit to Lead

Lead Optimization

Regulatory Package

*B
ac

ku
p 

SL
 P

ai
r

* Preferred SL pair: Gain-of-function mutation (Green) 
Backup SL pair: Loss-of-function mutation (Orange)
If preferred pair is discarded after the decision point, the 

backup one will be perused. As a consequence, Hit ID step 
will be included and the rest of the timeline would be the 
same (Hit to Lead, Lead Opt.) except of a 3 months shift. MILESTONE

Hit ID

Decision point

Target 
Val.

Pipeline | 2HIT Medulloblastoma
Drug Discovery Timeline
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Pipeline | 2HIT Medulloblastoma

2HIT
Potential
Market Assumptions: 

• * Disease incidence x $200,000 average treatment cost per patient1,2,3

• Oncoheroes’ market only 33% penetration
• European market x2 US Market
• Market 16MM include: the US, France, Germany, Italy, Spain, the UK, Japan, Australia, Brazil, 

Canada, China, India, Mexico, Russia, South Africa and South Korea

NOTE: Cost range of full pediatric development program is $20-$30M (see slide 13)
Following works mention an average range $100-$150k for 
cancer treatment per patient in 2013-2018. We expect to 
get closer to $200k by the time Oncoheroes’ first approval 
and taking into account childhood cancer is a rare disease. 

1. Prasad, V et al.. Nat Rev Clin Oncol 14, 381–390
(2017). doi.org/10.1038/nrclinonc.2017.31

2. Vincent Rajkumar, S. Blood Cancer J. 10, 71 (2020). 
doi.org/10.1038/s41408-020-0338-x

3. https://www.iqvia.com/insights/the-iqvia-
institute/reports/global-oncology-trends-2018

Indication US Market* Oncoheroes’ 
Market US

Oncoheroes’ 
Market US + EU

Oncoheroes’ 
Market 16MM

Medulloblastoma $80.00 M  $26.40 M $79.00 M $208.47 M

Estimated 2HIT’s market for each indications per year:
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$24M 2022 2023 2024 2025

Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

Direct Expenses $113k $1,413k $1,208k $1,177k $1,156k $1,176k $1,129k $1,151k $1,101k $1,134k $472k $501k $111k

Indirect 
Expenses $254k $1,057k $1,057k $1,091k $1,060k $1,049k $1,057k $1,066k $1,060k $1,049k $1,057k $1,066k $1,060k

TOTAL $367k $2,470k $2,265k $2,268k $2,216k $2,225k $2,186k $2,217k $2,161k $2,183k $1,529k $1,567k $1,171k 

ACCOUNT 
BALANCE Dec, 31 $992k

CASH FLOW NEEDS $625 -$1,845 -$4,110 -$6,378 -$8,594 -$10,819 -$13,005 -$15,222 -$17,383 -$19,566 -$21,095 -$22,662 -$23,833

Series A | Budget: $24M
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Dovitinib: Completion Phase II in 2025 + Potential Approval
SERIES A

Milestones
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Out of SERIES A Budget

$11.8M 2022 2023 2024 2025

Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

Direct Expenses $113k $1,413k $1,208k $1,177k $1,156k $1,176k $1,129k $1,151k $1,101k $1,134k $472k $501k $111k

Volasertib
$6.9M $95k $1,025k $710k $719 $698 $718k $671k $693k $673 $706 $54k $76k $56k

Patents: $299k $5k $35k $13k $35k $15k $35k $13k $35k $15k $35k $13k $35k $15k
CMC: $496k $49k $332k $39k $26k $25k $25k $13k

NPS (Old Trials): $533k $41k $41k $41k $41k $41k $41k $41k $41k $41k $41k $41k $41k $41k
US Trial: $5.5M $617k $617k $617k $617k $617k $617k $617k 617k $617k

Dovitinib
US Trial: $4M $363K $363K $363K $363K $363K $363K $363K $363K $363K $363k $370k

Stenoparib
Preclinical: $200K $50k $30k $30k $30k $30k $30k

Pharmacovigilance: 
$318K $18k $25k $25k $25k $25k $25k $25k $25k $25k $25k $25k $25k $25k

Storage, Shipping, 
Labeling: $430k $60k $40k $40k $40k $40k $40k $40k $40k $30k $30k $30k

Ph. 1B Enrollment (US Trial) Last Patient Out (LPO)CMC
Ph. 2A Enrollment

Series A | Breakdown Direct Expenses: $11.8M
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$13M 2022 2023 2024 2025

Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

Indirect 
Expenses $254k $1,057k $1,057k $1,091k $1,060k $1,049k $1,057k $1,066k $1,060k $1,049k $1,057k $1,066k $1,060k

Associations 
Membership $5k $8k $25k $5k $5k $5k

BackOffice $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k

Communication, 
marketing & Social 

Media
$3 $8k $8k $8k $8k $8k $8k $8k $8k $8k $8k $8k $8k

Conferences & Events $6k $6k $14k $23k $12k $6k $14k $23k $12k $6k $14k $23k $12k

Offices $5k $5k $5k $5k $5k $5k $5k $5k $5k $5k $5k $5k

Legal/Accounting CPA $33k $33k $33k $33k $33k $33k $33k $33k $33k $33k $33k $33k $33k

Professional Services $181k $971k $971k $971k $971k $971k $971k $971k $971k $971k $971k $971k $971k

Core Team Full Time $74k $768k $768k $768k $768k $768k $768k $768k $768k $768k $768k $768k $768k

Consultants $84k $80k $80k $80k $80k $80k $80k $80k $80k $80k $80k $80k $80k

Bonus $100k $100k $100k $100k $100k $100k $100k $100k $100k $100k $100k $100k

Fundraising $23k $23k $23k $23k $23k $23k $23k $23k $23k $23k $23k $23k $23k

Travel & Lodging $24k $24k $24k $24k $24k $24k $24k $24k $24k $24k $24k $24k $24k
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$2.9M 2022 2023 2024 2025

Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

Direct Expenses -$98k -$88k -$203k -$96k -$196k -$206k -$346k

Indirect 
Expenses -$115k -$123k -$125k -$123k -$138k -$129k -$127k -$130k -$145k -$135k -$137k -$135k -$150k

TOTAL -$213 -$211 -$328 -$219 -$334 -$335 -$473 -$130 -$145 -$135 -$137 -$135 -$150 

CASH FLOW NEEDS -$213 -$424 -$752 -$971 -$1,305 -$1,640 -$2,113 -$2,243 -$2,388 -$2,523 -$2,660 -$2,795 -$2,945 

2HIT | Budget: $2.9M
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Direct Expenses: Discovery $

$1.2M 2022 2023 2024 2025

Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

Direct Expenses $98k $88k $203k $96k $196k $206k $346k
Hit to Lead $98k $88k $203k

MedChem (SAR) $75k $75k $75k

In vitro Activity $13k $13k $13k

In vitro ADME $10k $10k

Off-Target Activity $30k

In vivo ADME $25k

In vivo efficacy $50k

Lead Optimization $96k $196k $206k $346k

MedChem (SAR) $75k $75k $75k $75k

In vitro Activity $13k $13k $13k $12k

In vitro ADME $8k $8k $8k $7k

Off-Target Activity $10k

In vivo ADME $50k $50k

In vivo efficacy $50k

Non-GLP toxicology $200k

CMC $50k $50k
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$1.7M 2022 2023 2024 2025

Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

Indirect 
Expenses $115k $123k $125k $123k $138k $129k $127k $130k $145k $135k $137k $135k $150k

Associations 
Membership $2k $2k $2k

BackOffice $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k $2k

Conferences & Events $4k $4k $4k $4k $4k $4K $4k

Offices $4k $6k $6k $6k $6k $6k $7k $7k $7k $8k $8k $8k $8k

Accounting, Laboral & 
Legal Advice Services $2k $2k $2k $4k $4k $2k $2k $4k $4k $2k $2k $4k $4k

Professional Services $92k $111k $111k $111k $111k $117k $117k $117k $117k $121k $121k $121k $121k

Core Team Full Time $83k $86 $86k $86k $86k $90k $90k $90k $90k $94k $94k $94k $94k

Consultants $9k $16k $16k $16k $16k $18k $18k $18k $18k $18k $18k $18k $18k

Bonus $9k $9k $9k $9k $9k $9k $9k $9k $9k $9k $9k $9k

IP $11k $11k $11k $11k
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Investment
Opportunity

Leadership Opportunity | First company focused 
exclusively on pediatric oncology drugs 1

2 Mission-Driven | First-class, experienced founders 
and team

3 Risk-Contained Strategy | Multi-asset portfolio 
approach, rapid development plan, capital-efficient

4
Leverageable Robust Ecosystem | To support 
product acquisitions, development, and 
commercialization 

5 Strong Pipeline| Diversified portfolio of clinic-ready drug 
candidates
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The Time
Has Come, 

Oncoheroes
Is Ready



An investment in the Shares involves a number of risks. You should carefully consider the following risks and other 
information in this Memorandum and information contained in the Subscription Agreement before purchasing the Shares. 
This investment is highly speculative, and you may lose all or a part of your investment.

Risks Related to the Company’s Operations and Industry:

• Our risk management efforts may not be effective which could result in unforeseen losses.
• We are exposed to the risk of natural disasters, unusual weather conditions, pandemic outbreaks, political events, war 

and terrorism that could disrupt business and result in lower sales, increased operating costs and capital expenditures.
• We are susceptible to adverse economic conditions.
• We rely and expect to rely on a combination of confidentiality, assignment, and license agreements with our employees, 

consultants, and third parties with whom we have relationships, as well as intellectual property laws to protect our 
proprietary rights.

• Security breaches and improper access to or disclosure of our data or user data, or other hacking and phishing attacks 
on our systems, could harm our reputation and adversely affect our business.

• The Company is obligated to pay certain fees and expenses.
• The Company has a limited operating history, which makes it hard to evaluate its ability to generate revenue through 

operations.
• We may not be able to raise additional funds if and when needed.
• To the extent that we seek to expand our operations and increase our reserves through acquisitions, we may experience 

issues in executing acquisitions or integrating acquired operations.

Risk Factors



Risks Related to the Company and our Business:
• The Company may experience fluctuations in its quarterly results.
• Our financial condition and results of operation will depend on our ability to manage future growth effectively.
• Regulatory, legal and tax changes may adversely affect the Company.
• The Company is undertaking this Offering pursuant to a private offering exemption.
• There will exist recourse to the Company’s assets.
• General economic conditions and recent events may affect the Company and its operations.
• Negative publicity could adversely affect our business and operating results.
• We may fail to implement our business plan.
• There may be unanticipated obstacles to the execution of the Company’s business model. 
• Management has broad discretion as to the use of proceeds.
• The Company’s results are dependent on successful initiatives and acceptance by customers of the Company’s products and 

services.
• Our operations overall may be impaired by the Coronavirus pandemic.
• Declining economic conditions could negatively impact our business.
• We expect that the Covid 19 /Coronavirus pandemic may materially impact our ability to move forward with our intended operations

within the intended timeline.
• The Company is not profitable, has historically operated at a loss, and expects to continue to operate at a loss until at least 2023.
• There exists an inability to accurately forecast future revenue and growth.
• The Company is dependent on current management and on our key personnel.
• We have a limited operating history and thus are subject to risks of business development.

Risk Factors



Risks Related to this Offering and the Shares:

• The offering price of the Shares has been determined arbitrarily.
• If the Company ceases operations the Shares will have limited or no value or use.
• There is a risk of uninsured losses. 
• There is no assurance that purchasers of the Shares will receive a return on their investment.
• Investors may lack information for monitoring their investment.
• The Shares have no material history.
• Investing in private placements is risky.
• There may be adverse tax consequences for Investors upon certain future events.
• Prospective Investors must undertake their own due diligence.
• You have no ability to withdraw from your investment.
• While the stockholders have a right to vote thereon, the Board and the officers they designate will make all 

management decisions.
• If the Shares ever become transferable, such transactions may be irreversible, and, accordingly, losses due to 

fraudulent or accidental transactions may not be recoverable.
• Investors should expect to hold their Shares for an indefinite period of time.
• There is no public market for the Shares, so Investors may be unable to dispose of their investment.

Risk Factors



DISCLOSURE AND FORWARD-LOOKING STATEMENTS

This presentation contains certain statements that may include 'forward looking statements’ within the meaning of federal securities laws. All statements, other than statements
of historical facts, included herein are 'forward-looking statements.’ Although the Company believes that the expectations reflected in these forward-looking statements are
reasonable, they do involve assumptions, risks and uncertainties, and these expectations may prove to be incorrect. You should not place undue reliance on these forward-
looking statements, which speak only as of the date of this presentation. The Company's actual results could differ materially from those anticipated in these forward-looking
statements as a result of a variety of factors, including those discussed in the Company's periodic reports that are filed with and available from the Securities and Exchange
Commission. All forward-looking statements attributable to the Company or persons acting on its behalf are expressly qualified in their entirety by these factors. Other than as
required under the securities laws, the Company does not assume a duty to update these forward-looking statements. The financial information and data contained in this
presentation is unaudited and does not conform to the Securities and Exchange Commission's Regulation S-X. This presentation includes certain estimated financial information
and forecasts that are not derived in accordance with generally accepted accounting principles (GAAP), and which may be deemed to be non-GAAP financial measures within
the meaning of Registration G promulgated by the Securities and Exchange Commission. The Recipient acknowledges that US securities laws prohibit any Person who has
received from an issuer any material, non-public information from purchasing or selling securities of such issuer or from communicating such information to any other Person
under circumstances in which it is reasonably foreseeable that such Person is likely to purchase or sell such securities

FOR ACCREDITED INVESTOR USE ONLY – DISCLAIMERS

This Investor Summary (this “Investor Summary”) is being furnished by or on behalf of the Company based on information provided or furnished by the Company or from publicly
available sources. Any information contained in this Investor Summary is being furnished for informational purposes only. The information contained herein is confidential and is
provided for the exclusive use of the recipient and may not be reproduced, provided or disclosed to others, or used for any other purpose, without written authorization by
JUSTLY Markets, LLC. (“Placement Agent”) and the Company, and upon request must be returned to the Company or Placement Agent. JUSTLY Markets, LLC (“JUSTLY”) a
Delaware limited liability, is a FINRA/SEC registered Broker Dealer in connection with any transaction involving the Company pertaining to the matters contained herein. This
Investor Summary is not intended to be and does not constitute financial advice or any other advice, is general in nature and not specific to any recipient. Recipients are
responsible for their own investment research and investment decisions. This Investor Summary is for informational purposes only. Recipients should not construe any such
information or other material as legal, tax, investment, financial, or other advice. Nothing contained on this Investor Summary constitutes a solicitation, recommendation,
endorsement, or offer by Placement Agent or any third-party service provider to buy or sell any securities or other financial instruments in this or in any other jurisdiction in which
such solicitation or offer would be unlawful under the securities laws of such jurisdiction. All content in this Investor Summary is information of a general nature and does not
address the circumstances of any particular individual or entity. Nothing in this Investor Summary constitutes professional and/or financial advice, nor does any information in this
Investor Summary constitute a comprehensive or complete statement of the matters discussed or the law relating thereto. Placement Agent is not a fiduciary by virtue of any
person’s use of or access to this Investor Summary or the information contained herein. Recipients alone assume the sole responsibility of evaluating the merits and risks
associated with the use of any information or other content in this Investor Summary before making any decisions based on such information or other content.

Risk Factors



In exchange for using this Investor Summary, recipients agree not to hold Placement Agent, its affiliates or any third-party service provider liable for any possible claim for damages
arising from any decision recipients make based on information or other content made available to recipients through this Investor Summary. This Investor Summary is provided on an
“as is” basis without warranties of any kind, either express or implied, including but not limited to warranties of title or implied warranties of merchantability or fitness for a particular
purpose. The disclaimers of liability contained herein apply to any damages or injury caused by any failure of performance, error, omission, interruption, deletion, defect, delay in
operation or transmission, computer virus, communication line failure, theft or destruction or unauthorized access to, alteration of, or use of record, whether for breach of contract,
tortious behavior, negligence, or under any other cause of action. Any recipient of this Investor Summary acknowledges that Placement Agent are not liable for the defamatory,
offensive, or illegal conduct of other third parties, members, or other users of the Investor Summary. In no event will Placement Agent or any person or entity involved in creating,
producing, or distributing content of this Investor Summary be liable for any direct, indirect, incidental, special, or consequential damages (including but not limited to lost profits or
trading losses) arising out of the use of or inability to use this Investor Summary or out of the breach of any warranty. Placement Agent neither endorses nor is responsible for the
accuracy or reliability of any opinion, advice, information or statement on this Investor Summary. Under no circumstances will Placement Agent be liable for any loss or damage caused
by any recipient’s reliance on information obtained through the content on this Investor Summary. The information contained herein has not been independently verified, and neither the
Company, Placement Agent nor its respective affiliates make any representation or warranty (expressed or implied) as to the accuracy or completeness of this Investor Summary or any
statements, estimates or projections contained herein, and none of them will have any liability for any recipient’s use of this Investor Summary or any other oral, written, or other
communications transmitted to the recipient in the course of its evaluation of the Company.

This Investor Summary includes certain forward-looking statements, estimates and projections provided by, and with respect to the anticipated future performance of the Company. In
some cases, recipients can identify forward-looking statements by terminology such as “may”, “estimates”, “anticipates”, “intends”, “will”, “should”, “could”, “expects”, “believes”, or
“predicts”. Such statements, estimates, and projections reflect various assumptions and elements of subjective judgment made by management concerning anticipated results, which
are subject to business, economic, and competitive uncertainties and contingencies, many of which are beyond the control of the Company and which may or may not prove to be
correct. This Investor Summary contains certain projected financial information that reflects management’s projections as to anticipated future results based upon assumptions that are
inherently uncertain, including assumptions as to the size of the market in which it competes, general industry conditions, and other factors. The assumptions are based upon
management’s judgment. As a result, no representation or warranty is made as to the feasibility of the projected financial information included in this Investor Summary. The only
information that will have any legal effect will be that which is specifically represented or warranted in a definitive agreement relating to a transaction with the Company and executed on
behalf of the Company and a third party. This Investor Summary is only being made available to parties who have signed and returned a non-disclosure agreement and recipients are
therefore bound by the terms of such non-disclosure agreement in respect of all information contained herein. The Company and Placement Agent accept no liability whatsoever for the
actions of third parties with respect to any re-distribution of the Investor Summary. Placement Agent anticipate receiving a fee from the Company in connection with the transaction
contemplated herein. This Investor Summary is not, and under no circumstances should be construed as, a solicitation to act as a securities broker or dealer in any jurisdiction. This
material is general and broad insofar as it does not have regard to the particular circumstances or needs of any specific person who may read it. Recipients should not regard this
Investor Summary as a substitute for the exercise of their own judgment. The Company reserves the right to negotiate with one or more prospective third parties at any time and to enter
into a definitive agreement relating to a transaction with the Company without prior notice to the recipient or other prospective third parties. Also, the Company reserves the right, at any
time, to terminate the further participation in the investigation and process by any party and to modify any procedures without giving advance notice or providing any reason thereof. The
Company also reserves the right during the evaluation period to take any action, whether within or outside the ordinary course of business. Neither this Investor Summary nor its delivery
to recipients shall constitute or be construed to be an offer to sell any securities of the Company. Neither the Company nor Placement Agent expect to update or otherwise revise this
Investor Summary or other materials supplied herewith.

Risk Factors
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