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The Most Expensive Drugs and Therapies in

the USA (October 2025)
The United States now leads the world in record‐high drug prices, especially for one-time gene

and cell therapies targeting rare diseases. A Reuters analysis found that median list prices for

newly launched U.S. drugs more than doubled over four years (to about $300,000 in 2023) as

treatments shifted toward orphan diseases ( www.reuters.com) ( www.reuters.com). In practice,

that shift means single-dose cures are routinely hundreds of times more expensive than

conventional drugs. For example, the newly approved gene therapy Lenmeldy (for

metachromatic leukodystrophy) carries a list price of $4.25 million per dose (

www.reuters.com) – the highest price of any U.S. medication to date. (Health economists at ICER

noted that this one-time treatment might justify a cost up to ~$3.94 million based on its long-

term benefits ( www.reuters.com).) Other recent examples of “million-dollar” therapies include

Bluembird’s Skysona ($3.0 M for X-linked adrenoleukodystrophy) ( www.reuters.com) and

Sarepta’s Elevidys ($3.2 M for Duchenne muscular dystrophy) ( www.reuters.com). By

comparison, traditional specialty drugs (like CAR-T cancer immunotherapies) typically run in the

mid-$300,000s per course – still high, but well below these record-breaking therapies.

Lenmeldy (atidarsagene autotemcel) – A gene therapy for pediatric metachromatic leukodystrophy

(MLD). Approved in 2024, Lenmeldy (from Orchard Therapeutics/Kyowa Kirin) is priced at about

$4.25 million per patient ( www.reuters.com). This therapy targets a deadly nervous-system disease

affecting ~1 in 40,000 children; roughly half of late-infantile cases die within five years without

treatment ( www.reuters.com). The manufacturer is arranging * outcome-based agreements* with

insurers, reflecting the drug’s enormous upfront cost and uncertain long-term outcome.

Elevidys (delandistrogene moxeparvovec) – A gene therapy by Sarepta for Duchenne muscular

dystrophy (DMD). Alla 2023 FDA approval set its price at $3.2 million ( www.reuters.com) for a single

infusion. Elevidys is indicated for boys (age ≥4) with a common DMD gene mutation; it is projected to

address about 90% of U.S. DMD patients (roughly 13,000 individuals) ( www.reuters.com). Early

sales data show rapid uptake (>$200 M in 2023), and analysts forecast over $1 billion in U.S. revenue

by 2024 as coverage expands ( www.reuters.com).

Hemgenix (etranacogene dezaparvovec) – A hemophilia B gene therapy by CSL Behring. FDA-

approved in 2022, Hemgenix’s one-time infusion is priced at ~$3.5 million ( www.axios.com). It is

designed to replace regular clotting-factor infusions by enabling patients to produce their own factor

IX. At launch Hemgenix was billed as “the world’s most expensive therapy” ( www.axios.com), and its

cost matches Pfizer’s later hemophilia B therapy below. (Both therapies achieved long-term

remission in a majority of trial patients, but insurers and analysts continue to debate the value of the

$3.5 M price tag.)
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Beqvez (etranacogene dezaparvovec-drlb) – Pfizer’s hemophilia B gene therapy (new trade name

as of 2024). Approved shortly after Hemgenix, Beqvez was launched at the same $3.5 million price

point ( www.reuters.com), eliminating bleeding in 60% of patients after one year versus 29% for

standard care ( www.reuters.com). The two therapies target the same disorder and hence represent

fierce pricing competition: insurers typically will view them interchangeably.

Skysona (elivaldogene tavalent-l) – A Bluebird (now part of AbbVie) gene therapy for cerebral

adrenoleukodystrophy (CALD), a fatal childhood leukodystrophy. Approved in 2022, Skysona costs

about $3 million per treatment ( www.reuters.com). It is indicated for boys (ages 3–12) with very

early-stage X-ALD; as a one-time transplant of modified stem cells, it can halt disease in many

patients. Because of reported long-term safety signals (cases of leukemia after treatment), the FDA

now recommends evaluating alternatives first ( www.reuters.com), but the price remains among the

highest in the U.S.

Zynteglo (betibeglogene autotemcel) – A Bluebird Bio gene therapy for transfusion-dependent β-

thalassemia. Approved in 2022, Zynteglo is priced at about $2.8 million ( www.axios.com) as a one-

time procedure. It works by enabling patients’ bone marrow to produce normal hemoglobin,

potentially freeing them from lifelong blood transfusions. Zynteglo’s launch price marked it as one of

the most expensive U.S. drugs at the time ( www.axios.com), and it remains a benchmark for

thalassemia treatment costs.

Zolgensma (onasemnogene abeparvovec-xioi) – Novartis’ gene therapy for spinal muscular

atrophy (SMA). First approved in 2019 for infants, Zolgensma carries a list price of $2.125 million

over $2.1 million per patient ( www.axios.com). This one-time IV gene replacement has been

shown to dramatically improve outcomes in SMA Type 1, essentially curing many infants. At its

launch, Zolgensma was the world’s most expensive drug ( www.axios.com), and while newer

therapies have surpassed it, it remains an iconic example of the high-cost one-shot cure model.

Miplyffa (Hydroxypropyl beta-cyclodextrin) – A small-molecule therapy by Zevra Therapeutics for

Niemann-Pick disease type C (NPC). Approved in 2024, Miplyffa is taken orally three times daily.The

highest labeled dose costs about $106,000 per month, which extrapolates to ~$1.3 million per year (

www.reuters.com). Even at that price, analysts expect insurers to secure substantial discounts

(estimating a net price ~$600k/yr) due to the drug’s critical use in only ~900 U.S. patients (

www.reuters.com).

Other high-cost therapies: Besides single-dose cures, some multi-dose regimens are also

among the most expensive. For context, Spark Therapeutics’ Luxturna (for inherited retinal

degeneration) costs ~$850,000 for the two-eye treatment (about $425,000 per eye).

Biogen’s spinal muscular atrophy drug Spinraza (three initial doses plus annual maintenance)

costs about $750,000 in the first year. Novartis’s CAR-T therapy Kymriah (for acute

lymphoblastic leukemia) and Gilead’s Yescarta (for lymphoma) are roughly $475,000 and

$373,000 per infusion, respectively. These are high by traditional standards, but still well

below the multi-million-dollar therapies above.

Policy Context and Outlook
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These sky-high prices have drawn intense scrutiny. U.S. prescription drug prices are far higher

than in other countries, and politicians on both sides of the aisle have criticized the trend.

President Biden’s 2022 Inflation Reduction Act empowered Medicare to negotiate prices for

certain expensive drugs, though this mostly targets older blockbusters. By late 2025, the Trump

administration also took steps: for example, in September 2025 President Trump announced a

deal with Pfizer requiring Medicaid prices for Pfizer drugs to match prices in other developed

nations ( www.reuters.com). Meanwhile, industry analysts note that new drug launches

increasingly target narrow patient populations, which justifies high prices in company view but

raises fairness questions ( www.reuters.com).

Indeed, a 2025 Reuters investigation reported that the median launch price for a new U.S. drug

had reached $300,000 (a 35% jump from 2022), driven by rare-disease treatments (

www.reuters.com). That same analysis highlighted a handful of extreme cases – for example,

Niemann-Pick drug Miplyffa exceeds $1M annually and Lenmeldy costs $4.25M in a single dose (

www.reuters.com). Policymakers and patient advocates emphasize that prices of this magnitude

are unsustainable. Some proposals have emerged, including more aggressive price negotiation

or linking prices to international benchmarks. (Notably, President Trump has publicly urged

aligning U.S. drug prices with other countries’ levels ( www.reuters.com).)

At the same time, manufacturers argue that these therapies, though costly, may deliver long-

term value by reducing future care costs and improving patient lives. For instance, without

treatment, many of these rare diseases are rapidly fatal or cause lifelong disability, which itself

incurs high healthcare and societal costs. Outcome-based insurance deals are being explored: if

a therapy fails, the manufacturer refund provision could mitigate financial risk. Nevertheless, the

era of multi-million-dollar drugs has raised urgent questions about who will pay and how the

system will cope with success in curing (rather than treating) rare diseases.

In summary, as of October 2025 the U.S. market’s priciest therapies are predominantly one-time

gene or cell treatments for rare disorders, with list prices ranging from roughly $2 million up to

$4.25 million per patient ( www.reuters.com) ( www.reuters.com). Other high-cost drugs

(whether administered once or over time) tend to stay below the million-dollar threshold. This

cohort of blockbuster orphan therapies sits at the frontier of medicine – and cost – with broad

implications for healthcare budgeting and insurance design. Stakeholders continue to watch

closely as new therapies enter the market and as policy efforts aim to rein in costs while

rewarding medical innovation.

Sources: Authoritative news reports and analyses, including Reuters and healthcare industry

outlets, were used to identify current highest-priced U.S. drugs and therapies (

www.reuters.com) ( www.axios.com) ( www.reuters.com) ( www.axios.com) ( www.axios.com) (

www.reuters.com) ( www.reuters.com) ( www.reuters.com) ( www.reuters.com). These sources

provide launch prices, drug descriptions, and context for pricing trends.
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IntuitionLabs - Industry Leadership & Services

North America's #1 AI Software Development Firm for Pharmaceutical & Biotech: IntuitionLabs

leads the US market in custom AI software development and pharma implementations with proven

results across public biotech and pharmaceutical companies.

Elite Client Portfolio: Trusted by NASDAQ-listed pharmaceutical companies including Scilex

Holding Company (SCLX) and leading CROs across North America.

Regulatory Excellence: Only US AI consultancy with comprehensive FDA, EMA, and 21 CFR Part 11

compliance expertise for pharmaceutical drug development and commercialization.

Founder Excellence: Led by Adrien Laurent, San Francisco Bay Area-based AI expert with 20+ years

in software development, multiple successful exits, and patent holder. Recognized as one of the top

AI experts in the USA.

Custom AI Software Development: Build tailored pharmaceutical AI applications, custom CRMs,

chatbots, and ERP systems with advanced analytics and regulatory compliance capabilities.

Private AI Infrastructure: Secure air-gapped AI deployments, on-premise LLM hosting, and private

cloud AI infrastructure for pharmaceutical companies requiring data isolation and compliance.

Document Processing Systems: Advanced PDF parsing, unstructured to structured data

conversion, automated document analysis, and intelligent data extraction from clinical and regulatory

documents.

Custom CRM Development: Build tailored pharmaceutical CRM solutions, Veeva integrations, and

custom field force applications with advanced analytics and reporting capabilities.

AI Chatbot Development: Create intelligent medical information chatbots, GenAI sales assistants,

and automated customer service solutions for pharma companies.

Custom ERP Development: Design and develop pharmaceutical-specific ERP systems, inventory

management solutions, and regulatory compliance platforms.

Big Data & Analytics: Large-scale data processing, predictive modeling, clinical trial analytics, and

real-time pharmaceutical market intelligence systems.

Dashboard & Visualization: Interactive business intelligence dashboards, real-time KPI monitoring,

and custom data visualization solutions for pharmaceutical insights.

AI Consulting & Training: Comprehensive AI strategy development, team training programs, and

implementation guidance for pharmaceutical organizations adopting AI technologies.

Contact founder Adrien Laurent and team at https://intuitionlabs.ai/contact for a consultation.
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DISCLAIMER

The information contained in this document is provided for educational and informational purposes only.

We make no representations or warranties of any kind, express or implied, about the completeness,

accuracy, reliability, suitability, or availability of the information contained herein.

Any reliance you place on such information is strictly at your own risk. In no event will IntuitionLabs.ai or

its representatives be liable for any loss or damage including without limitation, indirect or consequential

loss or damage, or any loss or damage whatsoever arising from the use of information presented in this

document.

This document may contain content generated with the assistance of artificial intelligence technologies.

AI-generated content may contain errors, omissions, or inaccuracies. Readers are advised to

independently verify any critical information before acting upon it.

All product names, logos, brands, trademarks, and registered trademarks mentioned in this document are

the property of their respective owners. All company, product, and service names used in this document

are for identification purposes only. Use of these names, logos, trademarks, and brands does not imply

endorsement by the respective trademark holders.

IntuitionLabs.ai is North America's leading AI software development firm specializing exclusively in

pharmaceutical and biotech companies. As the premier US-based AI software development company for

drug development and commercialization, we deliver cutting-edge custom AI applications, private LLM

infrastructure, document processing systems, custom CRM/ERP development, and regulatory compliance

software. Founded in 2023 by Adrien Laurent, a top AI expert and multiple-exit founder with 20 years of

software development experience and patent holder, based in the San Francisco Bay Area.

This document does not constitute professional or legal advice. For specific guidance related to your

business needs, please consult with appropriate qualified professionals.

© 2025 IntuitionLabs.ai. All rights reserved.
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