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About LapidusData Inc.

Serving orphan drug developers since 2008:
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Expertise: Quantifying rare disease populations for commercial purposes
Core activity: Market analytics for licensing, M&A, and commercialization
Experience: Epidemiology analyses and forecasts for 60+ orphan drug companies and 130+ rare diseases

David Lapidus, President
—  Previous roles: Market forecasting at Genzyme and Decision Resources

—  Speaker at World Orphan Drug Conference (Washington, DC), 2012-2022
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Member of the Rare Collective  Rare Collective (@)

* Trusted advisors in

orphan drug development
o Communications
o Market Research
o Market Sizing & Modeling
o Patient Advocacy
o Pricing & Reimbursement

* Experts in advancing

rare disease therapies
o Hands-on experience in all stages of development, commercialization
o Across geographies — Intl capabilities w native speakers

Left to Right

Doug Paul;, MME

Patti Engel; Engage Health
* Proven ability to deliver results Chris Smith; SmithSolve
o Working across disciplines Jean Campbell; ] Campbell & Assoc.

o Addressing specific needs David Lapidus; LapidusData




Introduction to LapidusData

What does LapidusData do? How does LapidusData do it?

Use “commercial epidemiology” to quantify Review & synthesize literature

patients with rare diseases Analyze large data sets (insurance claims,
European administrative records)
Physician surveys

Other primary research

Why perform these activities? Why work with LapidusData?
Population models & revenue forecasts: * 15+ years of focus on rare diseases
O opportunity assessment ° Statistical rigor

e Valuation
* Commercial planning
* Regulatory (ODD/PRV)

* Transparent forecast assumptions

* Defensibility through identification of
forecast risk and sensitivity analysis

* Long-term view of analytic needs




Methods

Published literature

 Rigorous analysis of all available publications

* Creative use of connections among sparse data
points to reach commercially-relevant
conclusions

* Commitment to find/analyze original sources

* Leverage/add measures of statistical significance

Administrative data (insurance claims)

* Experience using large data sets for rare disease
analyses (sample size, coding)

* Project management: ensure vendors provide
reports that are commercially actionable

* Store/analyze data for exploratory and ad hoc
queries (IT resources?)

* Uses: Prevalent, Dx, Tx, nat’l history, MD lists

Primary research collaborations (examples)

minimum incidence

local experts), diagnostics, etc.

* Fibrodysplasia ossificans progressiva: Work with KOLS at European reference centers to
extract national data on prevalence and natural history

e Urea cycle disorder: Gather data from states’ newborn screening programs to estimate

* Rare bone disease: Survey physicians to identify treaters, referral patterns (specialties and




Unique Approach to Forecast Models

Dynamic inputs, flexible reporting, integrated scenarios/sensitivity to understand risk

Granular segmentation Sensitivity analysis

* ~80,000 forecast points in a small model * Low/med/high for all inputs

* Countries/regions * ~20 input categories

* Age groups * ~10 billion individual scenarios

* Disease subtypes/severities * Simple “switchboard” to manage combinations

Time periods: Quarters or months

Integrated financial view Interdependencies for commercial planning
* Mkt penetration vs. prevalence & diagnosis * Changes to inputs are designed to cascade
« Competitors and generics * Market dynamics can automatically shift with

launch dates: uptake, diagnosis, price changes,

» Country prices, annual increase/decrease
expense accruals, etc.

G -to-net
ross=to-ne * Reference pricing: global linkages for pricing

assumptions

FTEs and expenses as individual line items
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