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The unique reimbursement landscape in the U.S.

1. Cost Recovery for Sponsor:

2. Full Breakeven for Sponsor:

3. Full charging by Medical and
Service Providers:

Fragmented payer system = Fragmented reimbursement policy

21 CFR 312.8 limits charging at “Cost Recovery”

Permitted Covered by Health Plans

Yes

No

Yes

Rarely

No

Sometimes
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New Approaches under Current Conditions

2017 Expanded Access Summit, Panel Session 3:
Cost Recovery Models. Rabourn Balch, Pitts, Farber

• Sliding pay scale with Patient Assistance Fund
and financial means test

• Charitable partnerships to fund selected number
of patients (allow others to buy in?)

• Third-Party Sponsor buys from manufacturer,
resells at cost. (not for profit)
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Marketplace for Remedy

1840- 1937 1962- Present
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Marketplace for Remedy

Marketplace for Options

• Lower evidentiary standard

• No affirmative claim of pharmacological
benefit or patient outcome

• Cultural belief in individual decision
making for people with unmet need
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Normative Analysis of Possible Regulatory Changes

1. Right To Try (HR 5247). No restrictions
(-) Back to 1937
(-) Misaligns development priorities of legitimate medicines
(-) Who pays? And at what price?
Net: Minimal improvement in feasibility

2. Current environment
(-) Reveals manufacturer’s cost structure
(-) Hard costs only; not full resource expenditure
(-) Potentially bad optics for manufacturer
Net: No change in feasibility, limited improvement in access
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Normative Analysis of Possible Regulatory Changes

3. Cost Plus Standardized Margin
(+) May increase cash flow feasibility
(-) Reveals cost structure
(-) Who pays? And at what price?
Net: Moderately increased feasibility, greater with
reimbursement

4. Fraction of Projected Market Price
(+) Greater alignment with commercial risk / value prospect
(+) Does not reveal cost structure
(-) Requires payer
Net: Moderately increased feasibility, greater with
reimbursement
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Normative Analysis of Possible Regulatory Changes

4. New York Taxicab (Tiered pricing)
(+/-) Not related to cost structure
(+) No projection of market pricing
(+) Can include associated treatment costs
(+) Adoptable by CMS, health systems, and employer plans
Net: Significantly Increased feasibility for some

Example Tier Example Set Price Per Patient /Yr

Inorganic Molecules 2500

Semi-Synthetic Sourced 4500

Plant-Derived Recombinant Protein 6000

Humanized Antibodies /

Oligonucleotide /

HCT/P /
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From: Access to Experimental Drugs for Terminally Ill Patients
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Solutions for the Buy Side

1. Collaborative Patient Assistance Funding
1. Means test / Sliding Scale out of pocket

2. Legislation to recognize “medical appropriate exploratory treatment”
1. Fund CMS coverage with PDUFA fee sponsored pilot (e.g. vax)
2. Threshold test for eligible products

3. Evolving Private Sector Health Systems
1. Specialty Plans / Concierge Medicine
2. Self-insured employer plans

4. Federally mandated “escrow”
1. Payable upon market approval in indication
2. Can tie regulation with CMS coverage
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