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INTRODUCTION RESULTS

X-linked adrenoleukodystrophy (X-ALD) is the most common Table 1: Model results = Hypothetical newborn population
peroxisomal disorder with a strikingly heterogeneous clinical Population (newborns in Spain 2022) 329,251
spectrum, including childhood cerebral form (ccX-ALD), which is | ccX-ALD Cases 3.11

highly lethal in boys without hematopoietic stem cell ccX-ALD cases detected Effi?tiv: HS:STCT g'gg
transplantation before symptom onset. Therefore, early by family history ;:aticdlzsto HSCT  0.03
diagnosis of X-ALD is critical to administer pre-symptomatic ccX-ALD cases not detected by family history 2.69

treatment (haematopoietic stem cell transplantation (HSCT)) COXALD cases detected  ETective HSCT 2.62

. . . . ffective HSCT 0.23
that reduces mortality and improves quality of life. ne
Y P quatity by NBS Death due to HSCT ~ 0.25

ccX-ALD cases not detected by NBS 0.01

OBJECTIVE { NHS Perspective ] Social Perspective }

TO assessS the COSt_effeCtlveness Of Im plementl ng un Ive rsal Table 2A: Cost-Effectiveness: NBS vs. No NBS (NHS) Table 2B: Cost-Effectiveness: NBS vs. No NBS (Social)

newborn screening (NBS) for X-ALD in Spain mm mm

Cost/newborn (€) [ NIE 0.45 Cost/newborn (€) [N 3.28

A Cost (€) - -0.71 A Cost (€) : -5.36

METHODS VA (oINS 6.783290 6.783300 | LVGTA(T- NI 6.783290 = 6.783300
A Utility (QALYs) - 0.0000093 | FMVIHAA (Y- INS)) - 0.0000093
Cost-utility analysis using a lifetime decision-tree model (Fig. ICER (€/QALYs) . -76,133.95 | o3 X{F [T INEY. - -574,773.51

1), parameterized through a systematic review
: : : : - Caraoe I
* Spanish National Health System (NHS) and social perspectives _— o oo

-- lcl | fi - -I Other peroxisomal diseade incidence
(23,596.88 a 11,332.65) (0.000029501 a 0.00000854)

* Deterministic and probabilistic sensitivity analyses = W | ot s

(0.4243 2 0.2323)
isutility mild ccX-ALD after Indirect social costs level 3 < 65 years
Y isu y
II 0.4243 2 0.2323 II 82,263.05 a 49,357.83)
S . I II - incidence lI X-ALD incidence
urviva 0. . (0.00030163 2 0 0000663 )

) isutility severe ccX-ALD after HSCT II Direct social costs level 3 < 65 years
ch_A L D H SCT 0.6791 2 0.4951) (59,203.89 a 35,522.33)

) Death due to HSCT

Probability mild ccX-ALD after HSCT Il

(0.341a0.279) (0.21a0.01)

D e at h Disutility ccX-ALDCI death after HSCT II I{)lsutlllty severe ccX-ALD after HSCT
0.154a0 . 0.6791 a 0.49)
EV: -76,133,95 - EV: -574,773,5

1 WTP: -27,000

©ICER (€/QALYs) | ICER (€/QALYs)
Non ccX-ALD Figure 2A: Tornado diagram for deterministic | Figure 2B: Tornado diagram for deterministic
sensitivity analyses (NHS) sensitivity analyses (Social)
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NBS (NHS). Probabilistic sensitivity analyses based on | NBS (Social). Probabilistic sensitivity analyses based on
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Figure 4A: Cost-effectiveness acceptability curve Figure 4B: Cost-effectiveness acceptability curve
(NHS). NBS cost-effective at €27,000/QALY: 97.69% (Social). NBS cost-effective at €27,000/QALY: 99.38%
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Figure 1: Simplified decision tree for X-ALD screening
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