AI Summary - One-and-Done Heart Disease Prevention? Scientists Show It May
Be Possible — NY Times

One-and-Done Heart Disease Prevention: Early Evidence
o Small preliminary trial shows a single gene-editing infusion can sharply reduce
LDL cholesterol.
« If validated, it could become a one-time preventive treatment for heart
disease, not a chronic medication.
Study Basics
o Published as an interim analysis in The New England Journal of Medicine.
« 35 patients so far (trial may reach 85); all have genetically high LDL or existing
heart disease.
o Highest dose group saw up to 62% LDL reduction, sustained for 18 months in
some participants.
o A larger 200-patient study is planned.
How the Treatment Works
« Uses a fat-coated nanoparticle to deliver a gene-editing “machine” to the liver.
» Edits the PCSK9 gene, disabling it by swapping a single DNA letter.
o Without PCSK9, the liver removes more LDL from the bloodstream.
Why This Matters
o Heart disease kills ~800,000 Americans annually.
o Current LDL-lowering options (statins, PCSK9 inhibitors) work but suffer from poor
long-term adherence.
« A one-time therapy could bypass adherence issues and reach people who can’t
tolerate or access existing drugs.
Safety & Regulatory Notes
« Experts emphasize the need for much more safety data.
« FDA requires 15-year follow-up for all gene-therapy participants.
Cost & Access Considerations
o Unlike rare-disease gene therapies, developers say this is intended to be
affordable and used in primary care.
o Could help patients who:
o Cannot tolerate statins
o Cannot get insurance approval for PCSK9 inhibitors
o Struggle with lifelong medication adherence
Patient Stories Highlight Potential Impact
o Kristy Faulkner (45): reluctant to take daily meds despite prior heart attack; a
one-time therapy could be transformative.
« Alice Thomas (64): intolerant to statins and denied injectables; after receiving
the infusion, LDL dropped from 190 to 50 in two weeks.



