
Patient Baseline Characteristics 
• Of the 174 patients enrolled in BONAPH1DE, 30 patients had late-stage CKD
• Of the 21 patients enrolled in ILLUMINATE-C, 6 patients were in Cohort A, and 15 patients were in Cohort B
• Patients in ILLUMINATE-C had lower POx levels compared with those from BONAPH1DE (Table 2)

BONAPH1DE ILLUMINATE-C10,11

Phase Not applicable 3

Design Global, prospective registry (observational, 
longitudinal) study

Single-arm, 2-cohort, open-label study 
with extension period

Patients, N 174a 21

Inclusion criteria • PH1
• All ages eligible

• PH1
• All ages eligible
• eGFR ≤45 mL/min/1.73m2  if age

≥12 months or elevated serum creatinine
if age <12 months

• POx ≥20 µmol/L

Primary 
objective/endpoint

Characterize long-term real-world safety of 
lumasiran in patients with PH1

Percentage POx change at 6 months 
(Cohort A, not on HD)
Percentage predialysis POx change at 
6 months
(Cohort B, on stable HD regimen)

Study status Ongoing Completed

Isolated Kidney Transplantation
• 8 patients from BONAPH1DE underwent iKT; 1 patient was excluded as they did not receive lumasiran. Mean

(range) patient age at study enrollment was 23.1 (2.0-48.0) years
– 4/7 patients started lumasiran a mean (range) of 15.5 (6.2-23.8) months prior to iKT

• 5 patients from ILLUMINATE-C underwent iKT and received lumasiran. Mean (range) patient age at study entry
was 13.2 (0.9-44) years
– 5/5 patients started lumasiran a mean (range) of 19.2 (6-29) months prior to iKT

• Overall, eGFR increased and POx declined in patients from both studies who underwent iKT (Table 3)

Limitations
• The results presented are exploratory given the small sample size, data types, and statistical limitations
• Data from the BONAPH1DE study are limited by the real-world nature of the study. The results presented are

from the most current information available at the time the analysis was conducted
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Comparison of Patients With Primary Hyperoxaluria 1 and Late-Stage Chronic Kidney Disease From BONAPH1DE Registry and 
ILLUMINATE-C Lumasiran Trial

• Primary hyperoxaluria type 1 (PH1) is a rare autosomal recessive disorder associated with hepatic oxalate
overproduction and progressive kidney damage.1-3 Historically, PH1 has been treated with dual kidney-liver transplant
to address the kidney damage and reduce the risk of recurrent disease1-3

• Lumasiran is an RNA interference therapeutic approved for the treatment of PH1 in pediatric and adult patients in
multiple regions, including the US,4 EU,5 UK, Canada, Australia, and several countries in Latin America and the
Middle East

• Phase 26 (NCT03350451) and Phase 3 trials (ILLUMINATE-A,7 NCT03681184; ILLUMINATE-B,8,9 NCT03905694; and
ILLUMINATE-C,10,11 NCT04152200; 2019-001346-17) have shown sustained reductions in urinary oxalate (UOx) and 
plasma oxalate (POx) and consistent safety with lumasiran across a wide range of ages and chronic kidney disease 
(CKD) stages 

• Long-term lumasiran treatment has demonstrated robust efficacy in maintaining reduced UOx and POx, with relative 
preservation of kidney function in patients with mild-to-moderate CKD,6-9,11 with sufficient reduction in POx levels 
allowing for isolated kidney transplant (iKT) with favorable clinical outcomes in some patients with late-stage CKD11

• Real-world registry data support interpretation of clinical trial results by providing context from routine clinical practice,
supporting more informed decision-making

• BONAPH1DE (NCT04982393; EUPAS43242; Table 1) is an ongoing real-world observational registry of patients with
PH1 collecting real-world data on clinical management of PH1

• The aim of this analysis is to (1) compare patient characteristics and (2) examine whether outcomes in a subset of
patients who underwent iKT in the real-world registry study and clinical trial are concordant

Methods

For US HCPs only
Scan to view 

congress materials

Table 2. Patient Baseline Characteristics
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• Analysis of available data from the ongoing BONAPH1DE study and the ILLUMINATE-C clinical trial through Month 36 showed comparable eGFR improvement, POx reduction, and iKT outcomes with lumasiran treatment
• Similarity in real-world and clinical trial outcomes reported to date with lumasiran treatment was observed across a range of patient ages, CKD stages, and post-iKT outcomes
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Conclusions

ResultsIntroduction

Baseline characteristic
BONAPH1DE

(n=30)a
ILLUMINATE-C

(N=21)a

Dialysis category, n (%)
Patients on dialysis 19 (63) 15 (71)
Patients not on dialysis with baseline 
eGFR ≤45 mL/min/1.73m2 11 (37) 6 (29)

eGFR, mean (SD), mL/min/1.73m2

Patients not on dialysis 
with baseline eGFR ≤45 mL/min/1.73m2

n=11
18.9 (15.5)

n=5b

19.8 (9.6)
POx, mean (SD), µmol/L

Patients on dialysis n=10
185.4 (348.6)

n=15
108.4 (29.5)

Patients not on dialysis 
with baseline eGFR ≤45 mL/min/1.73m2

n=9
110.5 (108.0)

n=6
64.7 (41.3)

aNumber of patients unless indicated otherwise in the table. 
bIn ILLUMINATE-C, eGFR was calculated based on the Schwartz Bedside Formula in patients <18 years of age at screening, and ≥12 months of age at the time of 
the assessment. eGFR was calculated based on the Modification of Diet in Renal Disease formula for patients aged ≥18 years at screening.
SD, standard deviation. 

Figure 1. eGFR and POx in Cases From BONAPH1DE (A) and ILLUMINATE-C (B)

Laboratory values
BONAPH1DE

(n=7)
ILLUMINATE-C

(n=5)
eGFR,a mean (SD), mL/min/1.73m2

After iKT 56.1 (39.9) 71.1 (38.2)
Time measured after iKT, mean (range), months 14.5 (0.0-62.0) 14.6 (1.0-26.0)b

POx, mean (SD), µmol/L
Prior to iKT 60.7 (23.1)c 52.9 (26.0)
After iKT 14.2 (17.3) 11.7 (5.5)
Time measured after iKT, mean (range), months 9.7 (0.0-43.0) 11.0 (0.0-29.0)

Table 3. Overall eGFR and POx Outcomes Following iKT

aPer definition of late-stage CKD for inclusion in analysis, patients either required HD or did not require HD and had a baseline eGFR ≤45 mL/min/1.73m2.
bOne patient had no eGFR values obtained post-iKT.
cData prior to iKT was only available for 2 patients.

A. Male patient aged 2.9 years at time of iKT

B. Female patient aged 2.5 years at time of iKTa
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• Two case studies of similarly aged patients from BONAPH1DE and ILUMINATE-C illustrate patterns of eGFR
and POx prior to and after iKT (Figure 1)
– Continued lumasiran treatment following iKT resulted in a sustained reduction in POx in the cases presented

128.1
µmol/L

4.6
µmol/L

6.8
µmol/L

• A descriptive analysis of data from the data cutoff dates of January 29, 2025, for BONAPH1DE and November 6, 2023,
for ILLUMINATE-C was performed

• Baseline characteristics were defined as those present at enrollment for patients in BONAPH1DE and at the time of
study entry for patients in ILLUMINATE-C

• The outcomes of patients from BONAPH1DE who received lumasiran, underwent iKT, and had ≥1 year of post-
transplant follow-up and ≥1 available data point post-transplant were compared with outcomes of all patients from
ILLUMINATE-C who underwent iKT prior to the data cutoff date
– The decision for iKT, made at the discretion of the individual investigators and patients, was allowed in both studies

Table 1. BONAPH1DE and ILLUMINATE-C Overview

aeGFR values were not available for this patient prior to iKT as the patient was receiving HD up to the date of iKT. Following iKT, the patient received continuous venovenous hemodiafiltration for prophylactic purposes from post-operative days (POD) 0-2 and on POD 3-4 due to a serious adverse event of obstructive 
acute renal failure unrelated to lumasiran, and acute intermittent HD on POD 17-35 due to acute renal injury unrelated to lumasiran. HD did not resume through data cutoff date.
Baseline POx value is an average of multiple values obtained prior to initiation of lumasiran and is graphed to show POx levels prior to lumasiran initiation and not months relative to iKT.

106.3
µmol/Lb
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aAs of January 29, 2025.
eGFR, estimated glomerular filtration rate; HD, hemodialysis.

Abbreviations: CKD, chronic kidney disease; HD, hemodialysis; eGFR, estimated 
glomerular filtration rate; iKT, isolated kidney transplant; PH1, primary hyperoxaluria 
type 1; POD, postoperative day; POx, plasma oxalate; SD, standard deviation; UOx, 
urinary oxalate.
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