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10,000+ 

known rare 
diseases1 

1. Haendel, M., et al (2020) How many rare diseases are there?, Nature reviews. Drug discovery. U.S. National Library of Medicine. Available at: https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7771654/ (Accessed: 4 January 2024).  
2. Introducing the Rare Diseases Genomics and Precision Health Knowledge Base (no date) Centers for Disease Control and Prevention. Centers for Disease Control and Prevention. Available at: https://blogs.cdc.gov/genomics/2019/04/04/introducing-the-rare-diseases/ (Accessed: 4 January 2024).  
3. About GARD (no date) Genetic and Rare Diseases Information Center. U.S. Department of Health and Human Services. Available at: https://rarediseases.info.nih.gov/about (Accessed: 4 January 2024). 
4. Willmer, G. (2022) The building blocks to make rare disease treatments more common, Horizon Magazine. Available at: https://projects.research-and-innovation.ec.europa.eu/en/horizon-magazine/building-blocks-make-rare-disease-treatments-more-common (Accessed: 4 January 2024). 
  

400M 

people affected 
globally2 

1 in 10 
people have a 
rare disease3 

of conditions have 
FDA approved drug4 

5% 

The problem: 10,000 rare diseases and  
only 5% have an approved drug treatment   
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1. Rare Disease Treatment Market Size: Share Report, 2023-2032 (no date) Global Market Insights Inc. Available at: 
https://www.gminsights.com/industry-analysis/rare-disease-treatment-market (Accessed: 4 January 2024).  
 
 
2. (No date) Rare Diseases Treatment Market Size, Share Report, 2030. Available at: https://www.grandviewresearch.com/industry-analysis/rare-
diseases-treatment-market-
report#:~:text=The%2520global%2520rare%2520disease%2520treatment,USD%2520335.84%2520billion%2520in%25202030 (Accessed: 
11 January 2024). 

… however, that 5% 
is generating enormous,  
and growing revenues 

• Market size of $119bn in 
20221 

• Current CAGR of 12.8%2 

• Fastest growing 
pharma niche 
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Deloitte. (2023) Pharma R&D return on investment falls in post-pandemic market, Deloitte United Kingdom. Available at: https://www2.deloitte.com/uk/en/pages/press-
releases/articles/pharma-r-d-return-on-investment-falls-in-post-pandemic-market.html (Accessed: 12 January 2024). 
 
 

So new business models are 
needed for rare disease drug 
development  

And many promising 
drugs are stuck  

 $2.3bn average cost of 
developing a new drug 

$2.3bn 

Existing business models aren’t 
working for the other 95% 
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• An award-winning pharmaceutical start-up with a highly-experienced team. 
• We are rethinking rare by combining deep human expertise with resourceful 

approaches, including AI*.  

*Through our partner, BioPhy 

Meet Ambrose Healthcare 
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• With our RxEvaluator 

• Identify & acquire drugs 

• Manage trials & contract manufacturing  

• Navigate accelerated regulatory pathways  

• Supply across the US, Europe & Middle East 

Drug discovery Phase 3 Approval Phase 1 Phase 2a Phase 2b 

We are building a broad, late-stage, lower-risk portfolio 

6 



0.01% 10% 33% ~50% 65% 90% 

This is sexy…  … but this is less risky 
Bio, Amplion, Biomedtracker (2016) "Clinical Development Success Rates 2006-2015". Available at: https://www.bio.org/sites/default/files/legacy/bioorg/docs/Clinical%20Development%20Success%20Rates%202006-2015%20-
%20BIO,%20Biomedtracker,%20Amplion%202016.pdf  

Drug discovery Phase 3 Approval Phase 1 Phase 2a Phase 2b 
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… targeting higher success rates in drug development 



Our approach 
takes < 5 years 

Redfearn, S. (2019) Tufts: Facing Many Challenges, Orphan Drugs Take 18% Longer to 

Develop, CenterWatch RSS. CenterWatch. Available at: https://www.centerwatch.com/articles/12603-

tufts-facing-many-challenges-orphan-drugs-take-18-longer-to-develop (Accessed: 12 January 

2024). 
 

11-15 years to get to market Standard approach takes 

Drug discovery Phase 3 Approval Phase 1 Phase 2a Phase 2b 
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… with shorter times to revenues and market 



Target: £25M 
cost to approval 

Deloitte. (2023) Pharma R&D return on investment falls in post-pandemic market, Deloitte 
United Kingdom. Available at: https://www2.deloitte.com/uk/en/pages/press-
releases/articles/pharma-r-d-return-on-investment-falls-in-post-pandemic-
market.html (Accessed: 12 January 2024). 

development: $2.3bn Average cost of drug  

Drug discovery Phase 3 Approval Phase 1 Phase 2a Phase 2b 
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… at a lower cost 



2023 

H1 CLOSE OF 
£1.5M 

2024 

2023 Won National 
Start-up Award 2023 

Business founded & 
team established 

 
Original plan:  
• Raise £1m  
• Acquire first product 

   
Acquired rights to 2 
assets, using share 
equity 
 

Hitting milestones early 
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Ahead of schedule 



Growing pipeline ahead of plan 

Val401 

• Indication:  

o Patients with Stage 3-4 Pancreatic 
Cancer 

o Treatment for palliative care/quality 
of life extension 

 

• £70m /$87m current NPV estimate 

 

• Peak revenues: £170m 

 

• Approval ~ 4 year plan 
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Product 2 

• Indication:  
o Undisclosed  

 

 

 

 

• £40m /$50m current NPV estimate 

 

• Peak revenues: £150m 

 

• Approval ~ 5 year plan 

Rights over 2 products; estimated combined NPV of £110m 

£320m 
Targeting:  

Peak revenues pa  
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Targeting a  
5 year exit at a 
~£800m / $1bn 
valuation 
 



• Run dual IPO/trade sale 
process 

 
• Mid-cap pharma consolidators 

seeking products for sales 
pipelines 

 
• Growing number of  
 rare disease company 
 acquisitions …... 

• Ipsen acquires Albireo for $952m 
o 2 recent approvals 
 

• Chiesi Farmaceutici  
acquires Amryt Pharma for $1.25bn 

o 3 recent approvals 
 

• Amgen acquires Horizon Therapeutics for 
$28.7bn 

o Larger portfolio, 3 recent approvals 
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Seeking investors 

 … to close round 1  
 
... discussions with VCs and 
institutions for future rounds 

Why invest now? 

• Building value ahead of plan 

• £1.5m upscaled round:  
• £455k closed  

• Institutional investor for £500k 

• Final £500k available, to match 

• Last opportunity 
for ground floor investment 

• EIS tax approval 

• 5-year exit 
• 30x ROI potential 
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In Summary 

• Award-winning rare disease pharma start-up 

• Massive void in rare diseases, experienced team and international network 

• Building a late-stage drug portfolio for patient supply and commercialization, selected using 
our Rx Evaluator, paid for with share equity  

• Ahead of plan 

• Rights to 2 products acquired, estimated combined NPV of £110m 

• £1.5m upscaled raise, at £4m pre-money 

• Last £500k available for ground-floor investors 

• Clear route to 5-year exit … x30 ROI potential 
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“New treatments for rare 
diseases are urgently needed – 
and I am excited to see that 
Ambrose is taking a different 
approach to the provision of new 
rare disease treatments. It’s 
exactly what is needed to 
support patients.”   

www.ambrosehc.com 

 NHS Wales 

 
 
 
Toby Wilson Waterworth, CEO 
 
toby@ambrosehc.com 
+44 7770 450 898 
 
Connect on LinkedIn via the QR code  
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This presentation (the “Presentation”) is being provided to a limited number of parties, who may be interested in acquiring an interest (the “Investor Interest”) in Ambrose 
Healthcare Ltd (“Ambrose Healthcare” or the “Company”). It is not intended to form, and shall not be treated as, the basis of any investment decision or any decision to acquire an 
Investor Interest in the Company. This Presentation does not constitute an offer to sell or an invitation for offers to purchase or acquire any securities in the Company or any of the 
business or assets of the Company.​ 
 
No representation or warranty, express or implied, is or will be made and no responsibility or liability is or will be accepted by the Company or by any of its respective officers, 
servants or agents or any other person as to or in relation to the accuracy or completeness of the Presentation or the information or opinions contained herein or supplied herewith 
or any other written or oral information made available to any interested party or its advisers and no responsibility or liability is accepted for the accuracy or sufficiency of any of the 
information or opinions, for any errors, omissions or mis-statements, negligent or otherwise, or for any other communication, written or otherwise, made to anyone in, or supplied 
with, the Presentation or otherwise in connection with any Investor Interest. In particular, no representation or warranty is given as to the achievement or reasonableness of any 
future projections, management estimates, prospects or returns.​ 
 
Accordingly, neither the Company nor any of its shareholders, directors, advisers, agents or affiliates shall be liable for any direct, indirect or consequential loss or damage suffered 
by any person as a result of relying on any statement or omission in, or supplied with, the Presentation or in any future communications in connection with the acquisition of an 
Investor Interest in the Company.​ 
 
This Presentation is being made available only to parties who have previously expressed an interest in the Company for information only and upon the express understanding that 
such parties will use it only for the purpose set out above. The recipient agrees to keep confidential any written or oral information contained herein or otherwise made available in 
connection with the Company. This Presentation must not be copied, reproduced, distributed or passed to others at any time. The recipient has further agreed to return all 
documents and other material held by it relating to the Presentation upon request.​ 
 
The information in this Presentation is not targeted at the residents of any particular country or jurisdiction and is not intended for distribution to, or use by, any person in any 
jurisdiction or country where such distribution or use would be contrary to local law or regulation. ​ 
 
This Presentation may include forward-looking statements that are based on management’s beliefs and assumptions and on information currently available to the management of 
the Company. ​ 
 
The inclusion of forward-looking statements should not be regarded as a representation by the Company that any of its plans or projected financial outlook will be achieved. Actual 
results may differ materially from those set forth in this Presentation due to the risks and uncertainties inherent in the Company’s business, including, without limitation, the 
Company’s ability to generate sales of its commercial products, risks related to the Company’s product development programs and regulatory submissions, the Company’s ability to 
maintain patent protection and data exclusivity for its products and product candidates and other difficulties or delays in the development, testing, manufacturing and marketing of, 
and obtaining and maintaining regulatory approvals for, the Company’s products.​ 
 
You are cautioned not to place undue reliance on these forward-looking statements, which speak only as of the date hereof, and the Company undertakes no obligation to revise or 
update this Presentation. This caution is made under the safe harbor provisions of Section 21E of the Private Securities Litigation Reform Act of 1995 of the USA. 

Disclaimer 
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