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EPILOGUE

2019 –2020

The fact that people think it’s impossible
doesn’t bother me anymore.

—Preston Campbell

On October 21, 2019, barely four months after Vertex had submitted the drug for review, the FDA approved the triple—a medicine that the company named Trikafta. Preston Campbell, foundation CEO, was sitting on a couch in his office, strategizing and preparing for the upcoming North American Cystic Fibrosis Conference in Nashville, Tennessee, when he heard an excited banging on his door. Mike Boyle, who was preparing to step into Campbell’s shoes as CEO when Campbell retired at the beginning of 2020, and two other employees burst into the room to share the news—the triple had been approved more than five months earlier than they or anyone else had expected.

Before long they were joined by Patty Burks, the Cystic Fibrosis Foundation’s director of clinical trial affairs, whose son had died from CF in 1993 at just eleven years old. For Burks, as for so many parents, the approval of this triple was a victory and a catharsis. She had lost her child, but thanks to the efforts of thousands of parents, volunteers, and donors, others wouldn’t. Over the next few hours the celebration grew, as others with personal links to the disease poured into the office, weeping with joy after having spent most of their lives battling this disease.

[image: image]

For Fred Van Goor back in San Diego, news of the approval filled him with intensely personal joy. As treatments had been approved over the last seven years, beginning with Kalydeco in 2012, he had toyed with the idea of planting a rose garden to commemorate the percentage of patients who had effective treatments. The garden was an homage to the Cystic Fibrosis Foundation’s “65 roses” event, a reference to a child in the early 1950s who misheard “cystic fibrosis” as “sixty-five roses.” The rose was also the foundation’s adopted symbol of hope. But it wasn’t until a few years ago that he’d been able to execute his vision. After moving to a new home, he began filling the perimeter of his yard, surrounding the swimming pool, with different varieties of roses: a sweet-smelling Barbra Streisand rose; one with delicate white flowers; tough, viney varieties with scarlet blooms. With the triple combination, the vast majority of patients would have a drug—and he had planted fifty-eight rosebushes in recognition. But once the approval came through, he decided not to wait until Vertex figured out treatments for the remaining patients before he planted all sixty-five. He would plant them now—a promise that he and all his colleagues in the San Diego labs would continue working until there was a medicine for every patient.

Paul Negulescu, who had returned Bob Beall’s call to Aurora more than twenty years before, had felt the impact of that seemingly small decision every time news of an FDA approval had rippled through the CF community: Kalydeco in 2012, Orkambi in 2015, and Symdeko in 2018. Now, with the approval of the triple Trikafta, most patients—including many he had met when they had visited Vertex San Diego over the past eighteen years—were now guaranteed better health. They could expect to live long lives and die the same mundane deaths as many others. Shortly after the approval, Lola and Ashton Ferguson, Sean Young, Bobby Coughlin, and Jonathan Flessner began taking the triple and thriving. Doris Tulcin’s daughter Ann, whom Dorothy Andersen didn’t expect to live a year, went on Trikafta, too, at sixty-seven years old. Doris, still an honorary trustee of the CFF Board at ninety-two years old, reports that the impact on Ann’s health has been transformative.

Since Vertex acquired Aurora, Negulescu had watched the company grow from one focused on developing immunosuppressants for autoimmune diseases and medicines for HIV and hepatitis C, to one that had developed four approved drugs for CF patients and was now “All in for CF.” Cystic fibrosis had made Vertex one of the country’s most innovative pharmaceutical companies, and now the company had pledged to find a cure for every last patient with the disease.

Bob Beall got the news of Trikafta’s approval from a friend with cystic fibrosis who was also an FDA employee. The two already had dinner plans for that evening, and she called to tell him that they would have a lot more to celebrate. Then came calls from Preston Campbell, Mike Boyle, and a string of friends. Under Beall’s leadership, the foundation had worked with Vertex to develop drugs for 50 percent of CF patients—a milestone for the disease and for personalized medicine generally. Now the work he had begun had led to treatment for so many more. Beall was excited for the patients, many of whom would now have a normal life span. And he was thrilled that the drugs were so safe. But he was also reminded that venture philanthropy and drug discovery were not for the faint of heart. You had to be willing to take on a lot of risk—and he knew that the foundation had been incredibly lucky.

Joe and Kathy O’Donnell first got the news of the drug’s approval around 10 pm, while at dinner in Athens, Greece, with close friends. Joe’s phone began chiming; both he and Kathy began receiving emails and texts by the dozens. Preston Campbell, MassBio CEO Bob Coughlin, and Vertex founder Josh Boger all called to talk with Joe. And the calls just kept coming late into the night: from close friends, from families whom he and Kathy had counseled and helped over the years, from patients and physicians—everyone who had watched and supported the O’Donnells’ struggle and commitment over the last forty-five years.

In mid-2019, after I learned the results of Casey’s prenatal tests and discovering that she didn’t carry the mutation most common among those of Irish descent, I asked Joe and Kathy if, for the sake of my curiosity and this
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