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                â€œThe pricing of specialty medicines has now caught everyone's attention,â€� says Troyen Brennan, chief medical officer for the pharmacy benefit manager CVS Caremark, based in Woonsocket, Rhode Island. The pricing debate, sparked by Gilead Science's hepatitis C virus drug regimen Sovaldi (sofosbuvir; Nat. Biotechnol. 32, 501â€“502, 2014), is set to intensify with the advent of these potentially curativeâ€”and very expensiveâ€”therapies for certain rare genetic diseases.
As the first and only approved gene therapy in Europe or the US, Glybera (alipogen tiparvovec) will likely become a benchmark product. Glybera was recommended for approval by the European Medicines Agency in 2012 (Nat. Biotechnol. 30, 1153, 2012), and Chiesi plans to launch the product in Europe in early 2015, though it has yet to receive a nod from the US Food and Drug Administration (FDA). Glybera is used to treat adults with lipoprotein lipase (LPL) deficiency, an orphan disease which results in abnormally large particles of fat in the blood and causes inflammation of the pancreas. The therapy consists of LPL, encoded by an adeno-associated virus vector, administered through a series of intramuscular injections. In addition to Germany, the company expects UK pricing March 1. So far, pricing discussions for gene therapy has remained â€œunder the radarâ€� for many payers in the US, says Brennan. â€œI've not seen the national health insurers talking much about this, but they will be sooner or later.â€� Glybera's price depends on a patient's weight, explained Uniqure CEO JÃ¶rn Aldag, at an investor meeting in early December. An average patient would need 19 vials of Glybera, he said, at a cost of nearly â‚¬44,000 (about $50,000) per vial. â€œHigher value to patients ... should actually command a higher price,â€� Aldag noted. Uniqure has six-year follow-up data showing a 50% reduction in pancreatitis in Glybera-treated patients, he said, and dividing that up-front price by six years â€œyou get to a [per-year] price that's actually lower than [typical] orphan drug pricing,â€� he said.
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