
 

New gene therapies may soon treat dozens of
rare diseases, but expense may limit
availability for many
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Zolgensma—which treats spinal muscular atrophy, a rare genetic disease
that damages nerve cells, leading to muscle decay—is currently the most
expensive drug in the world. A one-time treatment of the life-saving
drug for a young child costs US$2.1 million.
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While Zolgensma's exorbitant price is an outlier today, by the end of the
decade there'll be dozens of cell and gene therapies, costing hundreds of
thousands to millions of dollars for a single dose. The Food and Drug
Administration predicts that by 2025 it will be approving 10 to 20 cell
and gene therapies every year.

I'm a biotechnology and policy expert focused on improving access to
cell and gene therapies. While these forthcoming treatments have the
potential to save many lives and ease much suffering, health care
systems around the world aren't equipped to handle them. Creative new
payment systems will be necessary to ensure everyone has equal access
to these therapies.

The rise of gene therapies

Currently, only 5% of the roughly 7,000 rare diseases have an FDA-
approved drug, leaving thousands of conditions without a cure.

But over the past few years, genetic engineering technology has made 
impressive strides toward the ultimate goal of curing disease by changing
a cell's genetic instructions.

The resulting gene therapies will be able to treat many diseases at the
DNA level in a single dose.

Thousands of diseases are the result of DNA errors, which prevent cells
from functioning normally. By directly correcting disease-causing
mutations or altering a cell's DNA to give the cell new tools to fight
disease, gene therapy offers a powerful new approach to medicine.

There are 1,745 gene therapies in development around the world. A large
fraction of this research focuses on rare genetic diseases, which affect 
400 million people worldwide.
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https://www.npr.org/sections/health-shots/2019/10/21/771266879/scientists-create-new-more-powerful-technique-to-edit-genes
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https://globalgenes.org/rare-facts/


 

We may soon see cures for rare diseases like sickle cell disease, 
muscular dystrophy and progeria, a rare and progressive genetic disorder
that causes children to age rapidly.

Further into the future, gene therapies may help treat more common
conditions, like heart disease and chronic pain.

Sky-high price tags

The problem is these therapies will carry enormous price tags.

Gene therapies are the result of years of research and development
totaling hundreds of millions to billions of dollars. Sophisticated
manufacturing facilities, highly trained personnel and complex biological
materials set gene therapies apart from other drugs.

Pharmaceutical companies say recouping costs, especially for drugs with
small numbers of potential patients, means higher prices.

The toll of high prices on health care systems will not be trivial.
Consider a gene therapy cure for sickle cell disease, which is expected to
be available in the next few years. The estimated price of this treatment
is $1.85 million per patient. As a result, economists predict that it could
cost a single state Medicare program almost $30 million per year, even
assuming only 7% of the eligible population received the treatment.

And that's just one drug. Introducing dozens of similar therapies into the
market would strain health care systems and create difficult financial
decisions for private insurers.

Lowering costs, finding new ways to pay

3/5

https://medicalxpress.com/tags/rare+diseases/
https://www.nejm.org/doi/full/10.1056/NEJMoa2031054
https://www.pnas.org/content/118/22/e2004840117
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https://www.technologyreview.com/2017/10/24/148183/tracking-the-cost-of-gene-therapy/
https://medicalxpress.com/tags/sickle+cell+disease/
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One solution for improving patient access to gene therapies would be to
simply demand drugmakers charge less money, a tactic recently taken in
Germany.

But this comes with a lot of challenges and may mean that companies 
simply refuse to offer the treatment in certain places.

I think a more balanced and sustainable approach is two-fold. In the
short term, it'll be important to develop new payment methods that
entice insurance companies to cover high-cost therapies and distribute
risks across patients, insurance companies and drugmakers. In the long
run, improved gene therapy technology will inevitably help lower costs.

For innovative payment models, one tested approach is tying coverage to
patient health outcomes. Since these therapies are still experimental and
relatively new, there isn't much data to help insurers make the risky
decision of whether to cover them. If an insurance company is paying $1
million for a therapy, it had better work.

In outcomes-based models, insurers will either pay for some of the 
therapy upfront and the rest only if the patient improves, or cover the
entire cost upfront and receive a reimbursement if the patient doesn't get
better. These models help insurers share financial risk with the drug
developers.

Another model is known as the "Netflix model" and would act as a
subscription-based service. Under this model, a state Medicaid program
would pay a pharmaceutical company a flat fee for access to unlimited
treatments. This would allow a state to provide the treatment to residents
who qualify, helping governments balance their budget books while
giving drugmakers money upfront.

This model has worked well for improving access to hepatitis C drugs in
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https://www.statnews.com/2021/04/22/bluebirds-withdrawal-of-therapy-from-germany-could-chill-talks-over-gene-therapy-prices-across-europe/
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Louisiana.

On the cost front, the key to improving access will be investing in new
technologies that simplify medical procedures. For example, the costly
sickle cell gene therapies currently in clinical trials require a series of
expensive steps, including a stem cell transplant.

The Bill & Melinda Gates Foundation, the National Institute of Health
and Novartis are partnering to develop an alternative approach that
would involve a simple injection of gene therapy molecules. The goal of
their collaboration is to help bring an affordable sickle cell treatment to 
patients in Africa and other low-resource settings.

Improving access to gene therapies requires collaboration and
compromise across governments, nonprofits, pharmaceutical companies
and insurers. Taking proactive steps now to develop innovative payment
models and invest in new technologies will help ensure that health care
systems are ready to deliver on the promise of gene therapies.

This article is republished from The Conversation under a Creative
Commons license. Read the original article.

Provided by The Conversation

Citation: New gene therapies may soon treat dozens of rare diseases, but expense may limit
availability for many (2021, September 1) retrieved 23 April 2024 from 
https://medicalxpress.com/news/2021-09-gene-therapies-dozens-rare-diseases.html

This document is subject to copyright. Apart from any fair dealing for the purpose of private
study or research, no part may be reproduced without the written permission. The content is
provided for information purposes only.

Powered by TCPDF (www.tcpdf.org)

5/5

https://www.biopharmadive.com/news/cms-approves-louisianas-netflix-model-with-gilead-for-hepatitis-c-drugs/557708/
https://www.gatesfoundation.org/ideas/articles/gene-therapy-mike-mccune
https://www.nih.gov/news-events/news-releases/nih-launches-new-collaboration-develop-gene-based-cures-sickle-cell-disease-hiv-global-scale
https://www.novartis.com/news/media-releases/novartis-and-bill-melinda-gates-foundation-collaborate-discover-and-develop-accessible-vivo-gene-therapy-sickle-cell-disease
https://medicalxpress.com/tags/gene+therapy/
https://www.statnews.com/2019/10/23/nih-gates-foundation-genetic-cures-hiv-sickle-cell/
https://medicalxpress.com/tags/pharmaceutical+companies/
https://theconversation.com
https://theconversation.com/new-gene-therapies-may-soon-treat-dozens-of-rare-diseases-but-million-dollar-price-tags-will-put-them-out-of-reach-for-many-164990
https://medicalxpress.com/news/2021-09-gene-therapies-dozens-rare-diseases.html
http://www.tcpdf.org

