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Understanding Orphan and Rare Diseases

US <200,000 people nationwide. A medicine developed specifically to US fewer than 6,000 patients.
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Addressing severe unmet medical needs.
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Orphan Market Size

$195.2 Billion?

60% US?2

2x Higher CAGR!

1. EvaluatePharma. World Preview 2024, Outlook to 2030. 2024.
2. Grand View Research. Global Pharmaceutical Market Report 2025-2030. 2025.



Reaching
Patients Sooner

Time to market ~5 yrs (vs. 10-12)
Patient & societal support speeds
access’,

Investin
Orphan

P in Small Patient Populations
N

centives

Market
Exclusivity

Long market exclusivity (7-10 years
US/EU)
Strong payer acceptance for severe
disease?.

1. EvaluatePharma. World Preview 2024, Outlook to 2030. 2024.
2.FDA & EMA — Orphan designation: Overview, 2024.

3.FDA — Orphan designation: Overview, 2024,

Additional FDA
Support

Dedicated Orphan Products Unit
FastTrack, Priority Review, waived
fees3.

4.Jones Day. Congress Expands Orphan Drug Exemptions from Medicare Price Negotiations. July 2025.
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Legislative Wins

Orphan Drug Act (1983)
2025 Bill expanded protections: pricing

exemptions from Medicare negotiations

providers.




Big Orphan Pharma

% Top 10 companies in Orphan Prescription Drug Sales
by 2030

=mm WW non orphan sales ($bn) Percentage of sales coming from orphan drugs

s WW Orphan Sales ($bn)

-~ Percentage of sales coming from orphan drugs

WW Orphan Prescription Sales ($bn)

(ohmonfolmmon Astra2eneca'/i" ), NOVARTIS VEI%EX)

SONOFi AMGEN €3 MERCK tscommensum & Pfizer

100%

- 80%

- 60%

- 40%

- 20%

- 0%

1. FDA — Orphan Pharma Report, 2025
2.EMA - Orphan designation: Overview, 2024
3.IQVIA Institute. Global Trends in Orphan Drug Pricing. 2022.

Global Pharma
Revenue!

>50%

Premium
Pricing?

17X



SlEliigieEle] Active Swedish Investor in Orphan Companies
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“Exclusivity is more than IP—it’s the window that gives small companies Wilson’s dlsease.
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The Future: Precision Medicine &
Orphan Drugs

a Targeted Treatments

Genomic, environmental & lifestyle
data

@ Enhanced Diagnostics

Gender, age, disease progression,
genetic makeup




3 Key Insights

< v

Big Pharma

Orphan drugs are the
fastest-growing
segment in Pharma.

They are shaping the
future of precision
medicine.

dominance &
premium pricing

drive strong
investment value.




Thank you!

Executive Report
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Access Full Report

| Orphan Drug Pharma

A Growing Frontierin Phatmaceutical Innovation

¢ The orphan drug market is set to exceed $300 billion by 2030, creating unparalleled

opportunitices for innovation and growth in the rare disease treatment

¢ Premium pricing exceeding $200.000 per treatment ensures exceptional profitability,

supported by reguiatory frameworks that encourage market entry for niche therapies
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from emerging biotechs and global pharmaceutical companies alike

Weblink: https://sites.google.com/view/orphandrugreport2025/home
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