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                But the boy did not have any of the mutations for which the drug was approved. Instead, he had a common F508del mutation in one allele of the CFTR gene, and a mutation termed G1249R in the other allele. The G1249R mutation is so rare that the only other person thus far known to have this particular combination is the boy's aunt. And yet, after four weeks on this treatment, the boy's symptoms dramatically improved. He had gained some weight and reported being able to breathe more easilyâ€”so much so that he had taken up playing field hockey. â€œI'm very sure he would not have survived if it wasn't for the treatment,â€� van der Ent says. â€œI had been treating patients [with cystic fibrosis] for many years, and had never seen such positive effectsâ€”it was so amazing to see.â€�
Van der Ent's choice to administer the drug wasn't just based on hope. He had been inspired to use the medicineâ€”despite the fact that it was not approved for those with F508del/G1249R mutationsâ€”by how well it had performed in an organoid model that scientists had created using the boy's own cells.
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