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Abstract

We develop asymptotic theory for weighted likelihood estimators (WLE) under two-phase
stratified sampling without replacement. We also consider several variants of WLEs involving
estimated weights and calibration. A set of empirical process tools are developed including a
Glivenko—Cantelli theorem, a theorem for rates of convergence of M-estimators, and a Donsker
theorem for the inverse probability weighted empirical processes under two-phase sampling and
sampling without replacement at the second phase. Using these general results, we derive
asymptotic distributions of the WLE of a finite-dimensional parameter in a general semiparametric
model where an estimator of a nuisance parameter is estimable either at regular or nonregular
rates. We illustrate these results and methods in the Cox model with right censoring and interval
censoring. We compare the methods via their asymptotic variances under both sampling without
replacement and the more usual (and easier to analyze) assumption of Bernoulli sampling at the
second phase.
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1. Introduction

Two-phase sampling is a sampling technique that aims at cost reduction and improved
efficiency of estimation. At phase I, a large sample is drawn from a population, and
information on variables that are easier to measure is collected. These phase I variables may
be important variables such as exposure in a regression model, or simply may be auxiliary
variables that are correlated with unavailable variables at phase 1. The sample space is then
stratified based on these phase | variables. At phase Il, a subsample is drawn without
replacement from each stratum to obtain phase 1l variables that are costly or difficult to
measure. Strata formation seeks either to oversample subjects with important phase |
variables, or to effectively sample subjects with targeted phase 11 variables, or both. This
way, two-phase sampling achieves effective access to important variables with less cost.
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While two-phase sampling was originally introduced in survey sampling by Neyman [20]
for estimation of the “finite population mean” of some variable, it has become increasingly
important in a variety of areas of statistics, biostatistics and epidemiology, especially since
[22, 33] and [27].

The setting treated here is as follows:

e We begin with a semiparametric model Zfor a vector of variables X with values in
Z [The prime examples which we treat in detail in Section 4 are the Cox
proportional hazards regression model with (a) right censoring, and (b) interval
censoring.]

o LetW=(X, U) € Zx%=#where U is a vector of “auxiliary variables,” not
involved in the model # Suppose that W ~ Pg and X ~ Pg. Now suppose that V =
(X, U) € ¥where X = X(X) is a coarsening of X.

e Atphase | we observe Vy, ..., Vy i.i.d. as V, and then use the phase | data to form

J
strata, that is, disjoint subsets 71, ..., 7" j of ¥ with Z]»:f’/jzdf/. We let Nj = #{i <
N:Vje "Vj}.

» Next, a phase Il sample is drawn by sampling without replacement n; < N; items
from stratum j. For the items selected we observe X;. Thus for the selection
indicators &; we have P (& = 1|Vj) = (nJ-/NJ-)lyj (Vi) = o (V).

«  Finally weighted likelihood (or inverse probability weighted) estimation methods
based on all the observed data are used to estimate the parameters of the model &
and to make further inferences about the model.

It is now well known that the classical Horvitz—Thompson estimators [9] use only the phase
Il data and are inefficient, sometimes quite severely so; see, for example, [2, 3, 14, 23] and
[34]. Improvements in efficiency of estimation can be achieved by “adjusting” the weights
by use of the phase | data (even though the sampling probabilities are known). Two basic
methods of adjustment are:

1. Estimated weights, a method originating in the missing data literature [23], and
with significant further developments since in connection with many models in
which the missing-ness mechanism is not known, in contrast to our current setting
in which the missing-ness is by design.

2. Calibration, a method originating in the sample survey literature [8]; see also [13,
14].

One of our goals here is to study existing methods for adjustment of the weights of weighted
likelihood methods and to introduce several new methods: modified calibration as suggested
by Chan [6] and centered calibration as proposed here in Section 2.

A second goal is to give a systematic treatment of estimators based on sampling without
replacement at phase 1l in the setting of general semiparametric models and to make
comparisons with the behavior of estimators based on Bernoulli (or independent) sampling
at phase 11, thus continuing and strengthening the comparisons made in [4, 5], and [2, 3] for
a particular sub-class of semiparametric models and adjustments via estimated weights and
ordinary calibration. Many studies of the theoretical properties of procedures based on two-
phase design data have been made for the case of Bernoulli sampling; see, for example, [11]
and the review of case-cohort sampling given there. On the other hand, while statistical
practice continues to involve phase Il data sampled without replacement, most available
theory in this case (other than [4, 5]) has developed on a model-by-model basis. As has
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become clear from [4, 5], sampling without replacement results in smaller asymptotic
variances, and hence inference based on asymptotic variances derived from Bernoulli
sampling will often be conservative. Our treatment here provides theory and tools for
dealing directly with the sampling without replacement design. We do this by providing the
relevant theory both for semiparametric models in which the infinite-dimensional nuisance
parameters can be estimated at a regular rate (\/E) with complete data, and semiparametric
models in which the infinite-dimensional nuisance parameters can only be estimated at
slower (nonregular) rates.

The main contributions of our paper are three-fold: First, we establish two Z-theorems
giving weak sufficient conditions for asymptotic distributions of the WLESs in general
semiparametric models. The first theorem covers the case where the nuisance parameter is
estimable at a regular rate; this yields rigorous justification of [2, 3] under weaker
conditions. The second theorem covers the case of general semiparametric models with
nonregular rates for estimators of the nuisance parameters. The conditions of our theorems,
formulated in terms of complete data, are almost identical to those for the MLE with
complete data. This formulation allows us to use tools from empirical process theory
together with the new tools developed here in a straightforward way. Second, we propose
centered calibration, a new calibration method. This new calibration method is the only one
guaranteed to yield improved efficiency over the plain WLE under both Bernoulli sampling
and sampling without replacement, while other methods are warranted only for Bernoulli
sampling. Third, we establish general results for the inverse probability weighted (IPW)
empirical process. Some results such as a Glivenko—Cantelli theorem (Theorem 5.1) and a
Donsker theorem (Theorem 5.3) are of interest in their own right. These results accounting
for dependence due to the sampling design are useful in verifying the conditions of Z-
theorems in applications. For instance, Theorems 5.1 and 5.2 easily establish consistency
and rates of convergence under our “without replacement” sampling scheme. We illustrate
application of the general results with examples in Section 4.

The rest of the paper is organized as follows. In Section 2, we introduce our estimation
procedures in the context of a general semiparametric model. The WLE and methods
involving adjusted weights are discussed. Two Z-theorems are presented in Section 3; these
yield asymptotic distributions of the WLEs of finite-dimensional parameters of the model.
All estimators are compared under Bernoulli sampling and sampling without replacement
with different methods of adjusting weights. In Section 4 we apply our Z-theorems to the
Cox model with both right censoring and interval censoring. Section 5 consists of general
results for IPW empirical processes. Several open problems are briefly discussed in Section
6. All proofs, except those in Section 4 and auxiliary results, are collected in [25].

2. Sampling, models and estimators

We use the basic notation introduced in the previous section. After stratified sampling, X is
fully observed for nj subjects in the jth stratum at phase I1. The observed data is (V, Xg, &)
where § is the indicator of being sampled at phase 11. We use a doubly subscripted notation:
for example, V; j denotes V for the ith subject in stratum j. We denote the stratum probability
for the jth stratum by vj = Po(V € 77j), and the conditional expectation given membership in
the jth stratum by Pojj (-) = Po(|V € 7).

The sampling probability is P(€ = 1|Vj) = mg (Vj) = ny/N;j for V; € 77j. These sampling
probabilities are assumed to be strictly positive; that is, there is a constant o > 0 such that 0
<o < mg(v) <1forv €7 We assume that nj/N; — pj>0forj=1,...,JasN — oo,
Although dependence is induced among the observations (V;, &; X;, &;) by the sampling
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indicators, the vector of sampling indicators (§jy, .. &,N ) within strata, are exchangeable for
eachj=1, ..., J, and the J random vectors (jq, .. a’;]NJ) are independent.

The empirical measure is one of the most useful tools in empirical process theory. Because
the X;’s are observed only for a sub-sample at phase I1, we define, instead, the IPW

empirical measure P7 by

R 3T
—_ _15 = It
¥ (i 3y S,

7j=1li=1

where 8x; denotes a Dirac measure placing unit mass on X;. The identity in the last display is
justified by the arguments in Appendix A of [4]. We also define the IPW empirical process

by G}, = \/JV(]P’; — Py) and the phase 11 empirical process for the jth stratum by
_ Nj;
Gf,Nj =/ Nj(Pf,Nj — (/NP x)) =1, ..., 3, Pf,Nj = N; lzizlfj,i‘sxj,f is the phase 11

1l
empirical measure for the jth stratum, and Pj,Nj = N; lzizjlfsxj,,., is the empirical measure
for all the data in the jth stratum; note that the latter empirical measure is not observed.
Then, following [4], we decompose G7, as follows:

=G +Z ( )GfN, .1

N1y - )
where Py =N ijlNipj,Nj andGy=vN(Py — ) Notice that Gf‘wj correspond to
“exchangeably weighted bootstrap™ versions of the stratum-wise complete data empirical

Gj,Nj = “Nj(PJ,Nj —P )
processes % . This observation allows application of the
“exchangeably weighted bootstrap” theory of [21] and [32], Section 3.6.

2.1. Improving efficiency by adjusting weights

Efficiency of estimators based on IPW empirical processes can be improved by adjusting
weights, either by estimated weights [23] or by calibration [8] via use of the phase | data;
see also [14]. Besides these, we discuss two variants of calibration, modified calibration [6],
and our proposed new method, centered calibration.

Let Z; = g(V;) be the auxiliary variables for the ith subject for a known transformation g. For
estimated weights With binary regression, Z;j contains the membership indicators for the
strata |y ; V), j= ., J. Observations with mp(V) = 1 are dropped from binary regression,
and the orlglnal welght 1 is used. For notational simplicity, we write Z; for either method,
and assume that sampling probabilities are strictly less than 1 for all strata.

2.1.1. Estimated weights—The method of estimated weights adjusts weights through
binary regression on the phase | variables. The sampling probability for the ith subject is
modeled by pq (€:|Z:)=Go(Z7 )" (1 — Go(ZFa)) ™ = 7o (Vi)F {1 — ma(Vi)}' 4, where
a € o/, C RI*Kis a regression parameter and G, : R [0, 1] is a known function. If Ge(X)
= eX/(1+eX), for instance, then the adjustment simply involves logistic regression. Let ay be
the estimator of a that maximizes the pseudo- (or composite) likelihood
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N N
[[pa(6:1Z)=]]G(2F )" (1 = G.(ZTa)) ™ . (22

=1 =1
We define the IPW empirical measure with estimated weights by

e 1 g Y& m(V)
Fy —N& (Vi) _Z o(Vi) Ge(ZTay) X

N

and the IPW empirical process with estimated weights by GT°= VN (PT — F),

2.1.2. Calibration—Calibration adjusts weights so that the inverse probability weighted
average from the phase 1l sample is equated to the phase | average, whereby the phase |
information is taken into account for estimation. Specifically, we find an estimator ay that is
the solution for a € &/, C RK of the following calibration equation:

Zfz ZZ“ (23)

7T0 Vv

where G¢(V ; a) = G(g(V)" @) = G(ZT ) for known G with G(0) = 1 and G(0) > 0. We call
o (V) = mp(V)/Ge(V ; a) the calibrated sampling probability. We define the calibrated IPW
empirical measure by

pre_ Ly~ & 5
VN ) Zwo(m )y,

=10,

and the calibrated IPW empirical process by G7“= VN PV = P).

Examples for G in the definition of G, are listed in [8] (F in their notation). For

G(z)=1+z,P7,“X is a well-known regression estimator of the mean of X. Since we assume
boundedness of G later, we may want to consider truncated versions of these examples
instead. Note that choice of G in (variants of) calibration does not affect asymptotic results
on WLEs.

As noted in [13], there are several different approaches to calibration. Here, and in
introducing variants of calibration below, we adopt the view that calibration proceeds by
making the smallest possible change in weights in order to match an estimated phase |1
average with the corresponding phase | average. Another approach proceeds via regression
modeling of the variable X of interest and the auxiliary variables V, leading to a robustness
discussion on effects of the validity of the model on estimation for X. We prefer the former
view because we do not assume a model for X and V throughout this paper. In fact, our
results are independent of such a modeling assumption.

2.1.3. Modified calibration—Modifying the function G in calibration so that individuals
with higher sampling probabilities (V) receive less weight was proposed by [6] in a
missing response problem where observations are i.i.d. (see, e.g., [28] for recent
developments in this area and [14] for their connections with calibration methods). An
interpretation of this method within the framework of [8] is discussed in [26]. In modified
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calibration, we find the estimator aﬁl that is the solution for a € .7, C RK of the following
calibration equation:

(Visa)
_Zg’b WIEC‘/“ L ZZw (24)

where Ge(V ; @) = G((mg(V)™ - 1) ZT ) for known G with G(0) = 1 and G(0) > 0. We
call (V) = mo(V)/IGme(V ; ) the calibrated sampling probability with modified
calibration. We define the IPW empirical measure with modified calibration by

1 g 1 g 1—mo(V5)
Prme— — i 5. —— i ) oTs s
e DS (A R 9 Doy 3 R A R AR
*N

and the corresponding IPW empirical process by G7"“= VN (PLC = Ry).

2.1.4. Centered calibration—We propose a new method, centered calibration, that
calibrates on centered auxiliary variables with modified calibration. This method improves
the plain WLE under our sampling scheme, while retaining the good properties of modified
calibration. See Section 3.4 for a discussion of its advantage and connections to other
methods.

In centered calibration, we find the estimator (1,; that is the solution for a € .2/ C R¥ of the
following calibration equation:

1 CC‘Z’ N
Zg ( - Z_ZN):O’ (2.5)

where Gee(V ; @) = G((m (V)1 = 1)(Z - Zn)T «) for known G with G(0) = 1 and G(0) > 0

— _ N
and Zy=N IZiZIZi. We call 1ty (V) = mo(V)/Gee(V ; a) the calibrated sampling
probability with centered calibration. We define the IPW empirical measure with centered
calibration by

7T,CC 6 ~
Py _ZWA (Vi) X Z V) ce “OZN)(;XZ

and the corresponding IPW empirical process by G7“= VN PV — ).

2.2. Estimators for a semiparametric model 2

We study the asymptotic distribution of the weighted likelihood estimator of a finite-
dimensional parameter 6 in a general semiparametric model = {Pg ., : 6 € ©, n € H} where
© C RP and the nuisance parameter space H is a subset of some Banach space . Let Py =
Pgg,no denote the true distribution.

The MLE for complete data is often obtained as a solution to the infinite-dimensional
likelihood equations. In such models, the WLE under two-phase sampling is obtained by
solving the corresponding infinite-dimensional inverse probability weighted likelihood
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equations. Specifically, the WLE (6,:,, n,:]) is a solution to the following weighted likelihood
equations:

T ) —1/2 —1/2
qu‘l(avn):Pgé«‘),n:OP* (N Y )7 H ‘I’Z,Q(@aﬂ)h H;f):” ]P)TI\r;(B«‘),nh - P9,7]BF),7]h) Hj{{):OP* (N Y )7 (2.6)

where /g n € 320(P9m)” is the score function for 6, and the score operator

By — L3 (Py 1) is the bounded linear operator mapping a direction h in some Hilbert
space - of one-dimensional submodels for n along which n — 1. The WLE with estimated
weights (eN e» MIN,e), the calibrated WLE (O ¢, nn,c), the WLE with modified calibration
(ON,me» MN,mc) and the WLE with centered calibration (GN,CC, T]N,cc) are obtained by replacing

PZbyPT]‘V’# with # € {e, ¢, mc, cc} in (2.6), respectively. Let E(j = 69'0‘ no» @nd Bg = By, 10

3. Asymptotics for the WLE in general semiparametric models

We consider two cases: in the first case the nuisance parameter r| is estimable at a regular
(i.e., \/ﬁ) rate, and for ease of exposition, ) is assumed to be a measure. In the second case n

is only estimable at a nonregular (slower than \/ﬁ) rate. Our theorem (Theorem 3.2)
concerning the second case nearly covers the former case, but requires slightly more
smoothness and a separate proof of the rate of convergence for an estimator of n. On the
other hand, our theorem (Theorem 3.1) concerning the former case includes a proof of the

(regular) (\/ﬁ) rate of convergence, and hence is of interest by itself.

3.1. Conditions for adjusting weights

We assume the following conditions for estimators of a for adjusted weights. Throughout
this paper, we may assume both Conditions 3.1 and 3.2 at the same time, but it should be
understood that the former condition is used exclusively for the estimators regarding
estimated weights and the latter condition is imposed only for estimators regarding (variants
of) calibration. Also, it should be understood that Conditions 3.2(a)(i) and (d)(i), Conditions
3.2(a)(ii) and (d)(ii) and Conditions 3.2(a)(iii) and (d)(iii) are assumed for estimators defined
via calibration, modified calibration and centered calibration, respectively.

Condition 3.1 (Estimated weights). (a) The estimator a,:, is a maximizer of the pseudo-
likelihood (2.2).

(b)  Z € RI*Kis not concentrated on a (J + k)-dimensional affine space of R3*k and
has bounded support.

(© Ge : R = [0, 1] is a twice continuously differentiable, monotone function.
(d)  Sg=Po[{Ge(Z" ag)¥2{mo(V)(1-o(V))} 1 2®2] is finite and nonsingular, where
G, is a derivative of Ge.

(€ The “true” parameter ag = (ag 1, ..., Qg, J+k) IS given by ao,j:Ge‘l(pj) forj=1
wJandag j=0,forj=J+1,...,J +k The parameter a is identifiable, that
is, pOt Pag almost surely |mplles a = ag.

) For a fixed pj € (0, 1), nj satisfies nj = [Njp;] forj=1, ..., J.

Condition 3.2 (Calibrations). (a) (i) The estimator &, =&, is a solution of calibration

equation (2.3). (ii) The estimator @, =a“ is a solution of calibration equation (2.4). (iii)
The estimator a,, =& is a solution of calibration equation (2.5).

(b)  Z € RKis not concentrated at 0 and has bounded support.
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(© G is a strictly increasing continuously differentiable function on R such that
G(0) =1 and for all x, —oo <mj < G(X) <M < 0o and 0 < G(X) < M5 < o0,
where G is the derivative of G.

(d) (i) PoZ®2 s finite and positive definite. (ii) Po[mo(V) 1(1 — mo(V))Z%?] is finite
and positive definite. (iii) Po[mo(V) ™1 (1 = mo(V)) (Z - pz)®?] is finite and
positive definite where 7 = PZ.

(e (e) The “true” parameter ag = 0.

Condition 3.1(f) may seem unnatural at first, but in practice the phase Il sample size n; can
be chosen by the investigator so that the sampling probability pj can be understood to be
automatically chosen to satisfy nj = [Njpj]. The other parts of Condition 3.1 are standard in
binary regression, and Condition 3.2 is similar to Condition 3.1.

Asymptotic properties of (1,; for all methods are proved in [25].

rate for a nuisance parameter

We assume the following conditions.

Condition 3.3 (Consistency). The estimator (6,:,, n,:,) is consistent for (g, np) and solves the
weighted likelihood equations (2.6), where P, may be replaced by IP]T‘V’# with # € {e, ¢, mc,
cc} for the estimators with adjusted weights.

Condition 3.4 (Asymptotic equicontinuity). Let 97 (8) = {€y, - [0 = Og| + [In — mol| < 8} and

F5(8) = {Boyh — Pg,Boyh : h € A7 0 — Og| + [[n — mol| < 8}. There exists a 5y > 0 such that
(1) %(8o), k=1, 2, are Pg-Donsker and supnePolfj - fo,j|2 —0,as 10 = 0g| + ||n = noll —

0, for every fj € %(80), j = 1, 2, where f 1 = £g,ng @nd fo 2 = Boh = PoBoh, (2) %(o), k=1,
2, have integrable envelopes.

Condition 3.5. The map ¥ = (¥4, ¥y) : © x H = RP x ¢ () with components
\111(0, ’I]) = IDO\I’J\,’1 (0, n):POéH,na \1/2(0, T])h = PO\I’M2 (0, n):P()Bg’nh—Pg’ntynh, h e %7
has a continuously invertible Fréchet derivative map \IJd = (\Pil, \1;1'2, \Pél, \I/éz) at (6g, 1)

given by Wjj (6o, no)h = Po(wij, 6g, no,)s 15 J € {1, 2} in terms of L,(Po) derivatives of w1 g, h
= 69,71 and V2,0m,h = BG,nh - Pe,nBe,nh; that is,

. 2.1/2
}Su}%[PO{’(piﬂ,no,h - /l/Ji,Oo,no,h - %1,00,7;0,1;/(0 - 00)} ] :0(” 0— 00 ||)7
eI
1/
]

. 2.1/2
SUP/[PO{%,GO,n,h - wi7907770,h - 1/17:2,90,7,U,h(77 - 770)} :O(H —"o H)

hest

Furthermore, \IJ(j admits a partition
Uy Uy 0 — 0o
6 —0p,m—mn)— . . ,
( 0,77 =11 < Uy Woo n =10

where
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Wy (0 — 09)=— Pe[),n()éeo,noég;,no (0 — 6o),
B15(n —mo)=— fB;O,noé(io,nod(n —10)s
Bo1(6 — 60)h= — Pay 1y Bag o Pl o (6 — 60),
Voo (1 — mo)h=— [ B, s Boo,iohd(n —110)

70

and Bj, . Ba, . is continuously invertible.

Let fo=Ppo[ (I — Bo(B; Bo) "B {0l ] be the efficient information for 6 and

lo=Iy (I — Bo(BgBo) ' B, be the efficient influence function for 6 for the
semiparametric model with complete data.

Theorem 3.1. Under Conditions 3.1-3.5,

VN (0, —00)= VNP ly+o,, (1) w Z~Ny(0,5), VN (0 ,—00)= VNP #iyto0,, (1) w Zy~N,(0,y),

where # € {e, ¢, mc, cc},

1

_vpj Varg);({o), (3.1)

J
2 = I()_lzl/j
j=1 pj

1_pj

J
Sy = Iy '+ v;—Varg; (I — Qu)lo) (32)

=1 4
and (recall Conditions 3.1 and 3.2)

Qcf = Po[my (V) [Ge(Z2"a0) 27]S5 (1 = mo(V)) T Ge(Z2" a0) 2,
Qcf = R[FZT{RZ%%) ' 2,
Quef = Pl (mg (V) = D Z7{Po[ (3 L (V) — 2%} ' 2,
Qecf = Pol(mg X (V)=1)(Z — ) WP (g 1 (V) = IN(Z — )P} x(Z—y).

Remark 3.1. Our conditions in Theorem 3.1 are the same as those in [5] except the
integrability condition. Our Condition 3.4(2) requires existence of integrable envelopes for
class of scores while the condition (A1*) in [5] requires square integrable envelopes. Note
that this integrability condition is required only for the WLE with adjusted weights, as in [4].

Remark 3.2. As can be seen from the definition of Qg, the choice of G in calibration does not
affect the asymptotic variances while G in the method of estimated weights does affect the
asymptotic variance.

3.3. Nonregular rate for a nuisance parameter

Forh=(hy, ..., hy)Twith hy e H, k=1, ..., p, let B ,[h] = (Bgyha, .., Bohp)T. We assume
the following conditions.
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Condition 3.6 (Consistency and rate of convergence). An estimator (6,:,,71,:,) of (0g,M0)
satisfies |0y — 0| = 0p (1), and |1y — 1|l = Op (N7P) for some p > 0.

Condition 3.7 (Positive information). There is an 2*=(h7, ..., h,), where n} ¢ H fork =1,
..., p, such that

Py{(€o — Bo|h*])Boh}=0for allh € H.

The efficient information 1 = Po(e(; - Bo[h*])®2 for O for the semiparametric model with
complete data is finite and nonsingular. Denote the efficient influence function for the

semiparametric model with complete data by ¢, = I; 1 (¢y — Bo[R"]).

Condition 3.8 (Asymptotic equicontinuity). (1) For any 8y 4 0 and C > 0,

sup ‘GN(éH,n_é0)|:OP(1)’ sup |GN(BG,U_BO)[Q*H:OP(1)‘
00|<dp,lln—mol|[SKCN—F |0—600]<3 s[In—mol|KCN—F

(2) There exists a 8 > 0 such that the classes {69',n 210 = 6ol + [In = Mol < &} and {Bg,, [h*] : O
= 60| + [|In — mol| < 8} are Pp-Glivenko—Cantelli and have integrable envelopes. Moreover,
fy.x, and By ,,[h*] are continuous with respect to (0, n) either pointwise or in L1(Po).

Condition 3.9 (Smoothness of the model). For some a > 1 satisfying aff > 1/2 and for (6, n)
in the neighborhood {(0, 1) : |0 = Bg| < 8N, ||In = Moll < CN7F},

|Po{doy — bo+o (Lo (6 — 60)+Boln — o)) H=0(16 — 6o )+O(I| n = mo |1*),
| Po{ (Bo,y—Bo) [ 1]+ Bo[ 1] (£g (0—00)+ Bo[n—10]) }=0(|0—06)+O(| 11 =110 [|)-

In the previous section, we required that the WLE solves the weighted likelihood equations
(2.6) for all h € . Here, we only assume that the WLE (O, ny) satisfies the weighted
likelihood equations

VT (0,1,0)=F] =0, (N"V/?), WT (8,0, 0)["]=F], By, [2"]=0,,(N"). @3

The corresponding WLEs with adjusted weights, (9,:,,#, n,:;y#) with # € {e, ¢, mc, cc} satisfy
(3.3) with P, replaced by P7#,

Theorem 3.2. Suppose that the WLE is a solution of (3.3) where P7 may be replaced by PTI‘V’#
with # € {e, ¢, mc, cc} for the estimators with adjusted weights. Under Conditions 3.1, 3.2
and 3.6-3.9,

\/ﬁ(é\N_(QO): \/NP;:;EO"'OP* (1) ~w ZNNP(Ov %), \/N(é\NY#—GO): \/NPZ#ZO"‘OP* (1) w Z#NNp(Oa E#),

where ¥ and X4 are as defined in (3.1) and (3.2) of Theorem 3.1, but now Iy and 66 are
defined in Condition 3.7, and Qg are defined in Theorem 3.1.

Remark 3.3. Our conditions are identical to those of the Z-theorem of [10] except Condition
3.8(2). This additional condition is not stringent for the following reasons. First, the
Glivenko—Cantelli condition is usually assumed to prove consistency of estimators before
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deriving asymptotic distributions. Second, a stronger L,(Pg)-continuity condition is standard
as is seen in Condition 3.4 (see also Section 25.8 of [31]). Note that the L;(Pg)-continuity
condition is only required for the WLEs with adjusted weights.

3.4. Comparisons of methods

We compare asymptotic variances of five WLESs in view of improvement by adjusting
weights and change of designs. We also include in comparison special cases of adjusting
weights involving stratum-wise adjustment.

3.4.1. Stratified Bernoulli sampling—We first give a statement of the result
corresponding to Theorem 3.1 for stratified Bernoulli sampling where all subjects are

ern

independent with the sampling probability p; if V € 77 and 0" "and&,'°." with # € {e, c,

mc, cc} are the corresponding WLE and WLEs with adjusted weights.

Theorem 3.3. Suppose Conditions 3.1 [except Condition 3.1(f)] and 3.2 hold. Let &; € {0, 1}
J

and & be i.i.d. with ELEIVI=mo(V)=)_"_ p;I(V € 75)

L Suppose that the WLE is a solution of (3.3) where P} may be replaced by IP’;# with
# € {e, ¢, mc, cc} for the estimators with adjusted weights. Under the same

conditions as in Theorem 3.1,

\/N(g’ge”‘ —0p)= \/NPZ@O—ko,,*(l) o ZBe N (0, RO

VN (2" — 00)= VNP loto,, (1) > ZET"~N, (0, S5™),

where

yBern — Iy +ZI/

PO'] KO) ) (3.4)

EBern = I +ZV > Polj((I Q#)g[)) 3 (35)
Jj=1 7

where Qg with # € {e, ¢, mc, cc} are defined in Theorem 3.1.

2. Under the same conditions as in Theorem 3.2, the same conclusions in (1) hold
with Ig and ¢ replaced by those defined in Condition 3.7.

Comparing the variance—covariance matrices in Theorem 3.3 to those in Theorems 3.1 and
3.2, we obtain the following corollary comparing designs. All estimators have smaller
variances under sampling without replacement.

Corollary 3.1. Under the same conditions as in Theorem 3.3,

J J
1—p; = ©2 1—pj 5 92
n=xhrn_%"y, L{Pyjlo} ", Tp=S5"=> v, - L{Py); (1 — Qu)lo} . # € {e,c,me, cc}.
j=1 J j=1 J
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Variance formulas (3.5) with # € {e, mc, cc} except for the ordinary calibration have the
following alternative representations which show the efficiency gains over the plain WLE
under Bernoulli sampling.

Corollary 3.2. Under the same conditions as in Theorem 3.3,

_ \Y4 ~
Ziern:EBern — Var (%Q#[()) ,# S {e, mc, CC}~

3.4.2. Within-stratum adjustment of weights—Adjusting weights can be carried out
in every stratum. This is proposed by Breslow et al. [2, 3] for ordinary calibration. Consider
calibration on Z where Z = (z, ..., ZO)T with Z0) = I (v € 7})ZT . The calibration
equation (2.3) becomes

—Z& WO(‘Z/”Q)ZI(V € Vj)=— ZZ I(V; € %), j=1,...,J,

zl zl

where o € R, We call this special case within-stratum calibration. We define within-
stratum modified and centered calibration analogously.

We also call estimated weights carried out within stratum within-stratum estimated weights.

Recall that Z in estimated weights contains the membership indicators for the strata and the

rest are other auxiliary variables, say Z[?]. Within-stratum estimated weights uses Z = (Z(),
., ZO)T where 20 = I (v € 7)(ZI2)T with 1 included in Z[?]. The “true” parameter ag has

zero for all elements except having G;l(pj) for the element corresponding to | (V € 77), j =
1,..,J

The following corollary summarizes within-stratum adjustment of weights under stratified
Bernoulli sampling and sampling without replacement. All methods achieve improved
efficiency over the plain WLE under Bernoulli sampling while centered calibration is the
only method to yield a guaranteed improvement under sampling without replacement. This

is because centering yields the L‘Z)(Po\j)—projection suitable for the conditional variances in
(3.2) while noncentering results in the Ly(Pgjj)-projection for the conditional expectations in
(3.5).

Corollary 3.3. (1) (Bernoulli) Under the same conditions as in Theorem 3.3 with Z replaced
by Z and ag replaced by ag for within-stratum estimated weights,

EBern EBern ZV P0|j Q# EU) . (36)

where # € {e, ¢, mc, cc} and

QU f = Ryl £Go(Z"a0)(2)! {76 277 a0) (2 <G 2 a) (v € 45) 71,

QU [ = Py, fZT Ry, 222} IV € ¥5)2,
QU f =QUf,
QD f = Py [f(Z = 1y ) HPo[(Z = 1y )BTV € 4)(Z—py )
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with jizj = E[I (V € 7j)Z] forj=1, ..., J.

(2) (without replacement) Under the same conditions as in Theorems 3.1 or 3.2 with Z is
replaced by Z

lfpj
Pj

J
ECCZE — Zl/j Var0|j (Q((:]C)f(]) (37)
j=1

3.4.3. Comparisons—We summarize Corollaries 3.1-3.3. Every method of adjusting
weights improves efficiency over the plain WLE in a certain design and with a certain range
of adjustment of weights (within-stratum or “across-strata” adjustment). However,
particularly notable among all methods is centered calibration. While other methods gain
efficiency only under Bernoulli sampling, centered calibration improves efficiency over the
plain WLE under both sampling schemes. There is no known method of “across-strata”
adjustment that is guaranteed to gain efficiency over the plain WLE under stratified
sampling without replacement.

There are close connections among all methods. When the auxiliary variables have mean
zero, centered and modified calibrations are essentially the same. The ordinary and modified
calibrations give the same asymptotic variance when carried out stratum-wise. For Z and ag
defined for estimated weights, estimated weights and modified calibration based on (1 -
(V)L Ge(Z" ag)Z performs the same way. Similarly within-stratum estimated weights
with Z and ag is as good as within-stratum calibration based on Ge(Z" ag)Z.

As seen in the relationship among methods, there is no single method superior to others in
each situation. In fact, performance depends on choice and transformation of auxiliary
variables, the true distribution Py and the design. For our “without replacement” sampling
scheme, within-stratum centered calibration is the only method guaranteed to gain efficiency
while other methods may perform even worse than the plain WLE.

4. Examples

For asymptotic normality of WLEs, consistency and rate of convergence need to be
established first to apply our Z-theorems in Section 3. To this end, general results on IPW
empirical processes discussed in the next section will be useful. We illustrate this in the Cox
models with right censoring and interval censoring under two-phase sampling.

Let T ~ F be a failure time, and X be a vector of covariates with bounded supports in the
regression model. The Cox proportional hazards model [7] specifies the relationship

Altle)=exp(0T2)A(2),

where 6 € © C RP is the regression parameter, A € H is the (baseline) cumulative hazard
function. Here the space H for the nuisance parameter A is the set of nonnegative,
nondecreasing cadlag functions defined on the positive line. The true parameters are 6 and
Ao.

In addition to X, let U be a vector of auxiliary variables collected at phase | which are
correlated with the covariate X. For simplicity of notation, we assume that the covariates X
are only observed for the subject sampled at phase Il. Thus, if some of the coordinates of X
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are available at phase I, then we include an identical copy of those coordinates of X in the
vector of U.

4.1. Cox model with right censored data

Under right censoring, we only observe the minimum of the failure time T and the censoring
time C ~ G. Define the observed time Y = T A C and the censoring indicator A =1 (T < C).
The phase | data is V = (Y, A, U), and the observed data is (Y, A, £X, U, &) where § is the
sampling indicator. With right censored data and complete data, the theory for maximum
likelihood estimators in the Cox model has received several treatments; the one we follow
most closely here is that of [31]. For the Cox model with case-cohort data, see [27] and for
treatments with even more general designs [1] and [12]. Here, for both sampling without
replacement and Bernoulli sampling, we continue the developments of [4, 5]. We assume
the following conditions:

Condition 4.1. The finite-dimensional parameter space © is compact and contains the true
parameter 6 as an interior point.

Condition 4.2. The failure time T and the censoring time C are conditionally independent
given X, and that there is t >0 such that P(T>t) >0and P(C=t)=P(C=71)>0.Both T
and C have continuous conditional densities given the covariates X = x.

Condition 4.3. The covariate X has bounded support. For any measurable function h, P(X #
h(Y)) > 0.

Let A(t) = (d/dt)A(t) be the baseline hazard function. With complete data, the density of (Y,
A, X) is

0Tz 5 0T« 1-5
Poa(y,8,2)={A(y)e” *AVL (1 - G)(ylz)} {2V Tg(yl)}  py(2),

where py is the marginal density of X and g(-|x) is the conditional density of C given X = x.
The score for 0 is given by £y 4 (y, 8, x) = x{8 - g0 x A ()}, and the score operator Bg 5 : #
g LZ(PG,A[) is defined on the unit ball #in the space BV[0, t] such that Bg 5 h(y, 8, X) =
Sh(y) — e X [ [oy] N d A. Because the likelihood based on the density above does not yield
the MLE for complete data, we define the log likelihood for one observation for complete
data by 4 A (y, 8, X) = log{(e®" X A {y})? e-Awe *} where A{t} is the (point) mass of A at

t. Then maximizing the weighted log likelihood P £ A reduces to solving the system of

equations PgéQ’AIOandPZBQ’AhIO for every h € . The efficient score for 6 for complete
data is given by

Cho (4 8, 2)=8(z — (M1 /Mo) (y)) — €507 [ 5.16(z — (M1 /Mo) (£))dAo(®),

, and the efficient information for 0 for complete data is

M,

- - ®2
Fonarg=E1(6,0,) =B [ (X = TEW)) (1= O,

where My (s)=Py, p,[X*e% XI(Y > s)], k=0, 1.
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Theorem 4.1 (Consistency). Under Conditions 3.1, 3.2, 4.1-4.3, the WLEs are consistent for
(Oo, Ao)-

Proof. This proof follows along the lines of the proof given by [29], but with the usual
empirical measure replaced by the IPW empirical measure (with adjusted weights), and by
use of Theorem 5.1. For details see [25].

Our Z-theorem (Theorem 3.1) yields asymptotic normality of the WLEs.

Theorem 4.2 (Asymptotic normality). Under Conditions 3.1, 3.2, 4.1-4.3,

\/N(éN —bo)= \/N]PTI\(]ZHOJ\O_'—OP* (1)—alN (0, %), \/N(é\zv,# —bo)= \/NPZ’#ZHO,AO"_OP* (1)—aN (0, Z#)v

where # € {e, ¢, mc, cc}, ZeO,AOZIgo}AOEZO,AO is the efficient influence function for &for
complete data, and X and X4 are given in Theorem 3.1.

Proof. We verify the conditions of Theorem 3.1. Condition 3.3 holds by Theorem 4.1.
Conditions 3.4 and 3.5 hold under the present hypotheses as was shown in [31], Section
25.12.

: L 0y, I, =P (&
For variance estimation regarding "'~V v oy

)®2

Ay’ can be used to estimate Io.

EO = f];lfi

Lettin 5. ., We can estimate Varg: (o b P ]54570 “2 \where
9 lito BY £ito J

N'N?

~ ~ ~ ~ ~®2 2 L.
Pjly =P LoI(V € ¥;)and PjZ? =P 4, I(V € 7). The other four cases are similar.

4.2. Cox model with interval censored data

Let Y be a censoring time that is assumed to be conditionally independent of a failure time T
given a covariate vector X. Under the case 1 interval censoring, we do not observe T but (Y,
A) where A =1 (T <Y). The phase | data is V = (Y, A, U) and the observed data is (Y, A, & X,
U, &) where & is the sampling indicator. In the case of complete data, maximum likelihood
estimates for this model were studied by Huang [10]. For a generalized version of this model
and two-phase data with Bernoulli sampling, weighted likelihood estimates with and without
estimated weights have recently been studied by Li and Nan [11]. Here we treat two-phase
data under sampling without replacement at phase Il and with both estimated weights and
calibration.

With complete data, the log likelihood for one observation is given by

00, F) = 510g{1—f(y)eXP(9T”§)}+(1—5)logf(y)eXp<eTI) = 5log{1—e7A(y)eXp(0Tx)}—(1—5)60TIA(y) = ((0, ),

whereF=1-F = e, The score for 0 and the score operator Bg,x for A for complete data
are fy p =X exp(0T X)A(y)(Sr(y, x; 6, A) — (1 - 8)) and Bo alh] = exp(0T x)h(y){Sr(y, x; 6, A)
- (1 - 8)} where r(y, x; 0, A) = exp(-e"" ¥ A (y))/{1 - exp(-e®" * A (y))}. The efficient score
for 6 for complete data is given by

B E[Xe20§Xo(Y|X)|Y:y]}

e, =efo , 0,360, Ag) A T
60,A0 Q(y 05 0) O(y){ E[ez"gXO(Y|X)|Y:y]
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where Q(Y, 6, x; 0, A) = 8r(y, x; 0, A) = (1 = 8) and O(y|x) = r(y, X; g, Ag). The efficient
information for © for complete data Zs,.a,=E[ (€3, 4,) ] is given by g, A= EIR(Y, X){X -
E[X R(Y, X)[YVE[R(Y, X)|Y]}] where R(Y, X)=AZ(Y|X)O(Y | X). See [10] for further
details.

We impose the same assumptions made for complete data in [10].

Condition 4.4. The finite-dimensional parameter space © is compact and contains the true
parameter 6 as its interior point.

Condition 4.5. (a) The covariate X has bounded support; that is, there exists xg such that |X]| <
Xo With probability 1. (b) For any 6 # 0o, the probability P(67 X # 6% X)>0.

Condition 4.6. Fo(0) = 0. Let vr, = inf{t : Fo(t) = 1}. The support of Y is an interval S[Y] =
[ly,uy]and 0<ly <uy < TFo-

Condition 4.7. The cumulative hazard function Ag has strictly positive derivative on S[Y],
and the joint function G(y, x) of (Y, X) has bounded second order (partial) derivative with
respect to y.

4.2.1. Consistency—The characterization of WLEs (e,:,, A,:,) and (6,; # Al:l, #) with # €

{e, ¢, mc, cc} maximizing P7 £(0, A)oer‘V*#f(e, A)is given in [25], Lemma A.5. We prove
consistency of the WLEs in the metric given by d((61, A1), (02, Ap)) = [|61 = 02| + ||A1 -

2 2
Asl|py, where || - || is the Euclidean metric and A= A2HPY =/ (A1(y) — A2(y))"dPy ang
Py is the marginal probability measure of the censoring variable Y.

Theorem 4.3 (Consistency). Under Conditions 3.1, 3.2, 4.4-4.7, the WLESs are consistent in
the metric d.

Proof. We only prove consistency for the WLE. Proofs for the other four estimators are
similar.

LetH be the set of all subdistribution functions defined on [0, co]. We denote the WLE of F
as Fy = 1 — e™ N, Define the set Z of functions by

F = {f(0, F)=5(1 — F(y)"®® ")+ (1 - 6)F(y)*" )9 c ©, F € H}.

Boundedness of X and compactness of © C RP imply that the set {eeT X:0e€0}is
Glivenko—Cantelli. The set H is also Glivenko—Cantelli since it is a subset of the set of
bounded monotone functions. Thus, it follows from boundedness of functions in & and the
Glivenko—Cantelli preservation theorem [30] that #is Glivenko—Cantelli.

Let 0 < a <1 be afixed constant. It follows by concavity of the function u — log u and
Jensen’s inequality that

where the first equality holds if and only if 1 + a(f (0, F)/f (6, Fg) — 1) is constant on S[Y],
in other words, (0, F) = (6o, Fg) on S[Y] by the identifiability Condition 4.5. Note also that
by monotonicity of the logarithm
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Py[log{1+a(f (6, F)/f(80, Fo) —1)}] > Py[log{1+a(0—1)}]=log(1 - a).

Thus, the set 9= {log{1 + a(f (0, F)/f (0g, Fo) — 1)} : T (6, F) € #} has an integrable
envelope. To see this, form a sequence (6, Fp) such that

gn = log{1+a(f(0n, F,,)/ f (6, Fo)—1)} , ZHE Hlog{l—f—a(f(@,F)/f(GO,FO)—l)} =G.

Then {g, — log(1 - a)}nen IS @ monotone increasing sequence of nonnegative functions. By
the monotone convergence theorem, Pogn — log(1 — a) — PgG - log(1 - a) < -log(1 - a).
Thus we choose G Vv — log(1 — a) as an integrable envelope. Also, the set is Glivenko—
Cantelli by a Glivenko—Cantelli preservation theorem [30].

Now, by the concavity of the map u — log u, and the definition of the WLE, we have

P log{1-+a(f (8, Fy)/ (60, Fp)
- D =P {1
— a)log(1)
+alog{f (0, Fy)/f (0o, Fo)}}
=af{PTlogf (0, F)y)
— P logf (60, Fo)} > 0.

Since © and H are compact, there is a subsequence of (6,:1, FNA) converging to (0, Fso) € ©
x H. Along this subsequence, Theorem 5.1 implies that

0< le()g{l_'_a(f(é\wvﬁw)/f(em FO)_l)}_’P*PeO,FO [log{1+a(f(0cc: Foo)/ f (00, Fo)—1)}] <0,

so that Py, o 10g{1 + a(f (O, Foo)/f (B0, Fo) — 1)} = 0. This is possible when (0., Fro) =
(0o, Fo) because (0, F) — P[log{1 + a(f (0, F)/f (O, Fo) — 1)}] attains its maximum only at
(69, Fp). Hence we conclude that (B, Fy) converges to (6g, Fg) in the sense of Kullback-
Leibler divergence. Since the Kullback—Leibler divergence bounds the Hellinger distance, it
follows by Lemma A5 of [17] that d((On, An), (g, Ag)) = Opx (1).

4.2.2. Rate of convergence—We prove the rate of convergence of the WLE is N1/3 by
applying the rate theorem (Theorem 5.2) in Section 5. Since we proved the consistency of

(6N, AN) to (B9, Ag) on S[Y], under Condition 4.6 we can restrict a parameter space of A to
Hu ={A € H:M1< A<M, onS[Y]}, where M is a positive constant such that M~ < A,
<M on S[Y]. Define 24 = {£(6, A): 0 € ©, A € Hy}.

Theorem 4.4 (Rate of convergence). Under Conditions 4.4-4.7,

~

d((By, Ay), (B0, Ao))=0, (N3,

This holds if we replace the WLE by the WLESs with adjusted weights assuming Conditions
3.1and 3.2.
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Proof. Since the rate of convergence for the WLE is easier to verify than the other four
estimators, we only prove the theorem for the WLE with modified calibration. The cases for
the WLEs with adjusted weights.

We proceed by verifying the conditions in Theorem 5.2. Bound (5.4) follows by Lemma 5.2
in Section 5 and Lemma A5 of [17]. For bound (5.5), we follow the proof of (5.3) in [10].
Since ay is consistent, we can specify the small neighborhood .7 o Of & zero vector such
that Gme(z; @) is contained in a small interval that contains 1 and consists of strictly positive
numbers. Thus, multiplying the log likelihood by a uniformly bounded quantity Gmc(z; @)
only requires a slight modification of Huang’s proof of his Lemma 3.1 to obtain supq log
Npj (8, G, Lx(Q)) < ™1 for & small enough where the supremum is taken over the all
discrete probability measures and G24 = {Gc(+; a)l(0, A) : a € A e 0, U0, A) € Dl}. Let
G ={m(6, A, a) — m(Bg, Ag, @) : m(B, A, a) € G, d((0, A), (6, Ag)) < &}. It follows by

Lemma 3.2.2 of [32] that &7l G |l . < §214+(8"216° VN)M} = 6, (5) Apply
Theorem 5.2 to conclude ry = N/3.

4.2.3. Asymptotic normality of the estimators—We apply Theorem 3.2 to derive the
asymptotic distributions of the WLEs.

Theorem 4.5 (Asymptotic normality). Under Conditions 3.1, 3.2, 4.4-4.7,

VN (0, —00)= VNP lg, po+0,.(1) » N(0,5), VN0, ,—00)=VNP#ls s 40, (1) ~ N(0,Zy),

where # € {e, ¢, mc, cc}, 5790,/\0:[90,1/&0520,/\0 is the efficient influence function for complete
data and X and Xy are given in Theorem 3.2.

Proof. We proceed by verifying the conditions of Theorem 3.2 for the WLE with modified
calibration. The other four cases are similar.

Condition 3.6 is satisfied with § = 1/3 by Theorems 4.3 and 4.4. Conditions 3.7-3.9 are
verified by [10] with

h*(y) = Ao(y) B[ XXX O(Y |X) [V =y] /B[ X O(Y | X) [V =y).

70, 1C )
~

Since " N oy e Anme =0 by Lemma A.5, it remains to show that

PZ{»IHCBA R [ﬁ*]:op* (N_l/z).

QN,mc’AN,mc

Let go = h*oA, ' be the composition of h* and the inverse of Ao. Note that Ag is a strictly
increasing continuous function by our assumption. Since go(An, me(Y)) is a right continuous
function and has exactly the same jump points as AN, mc(Y), by Lemma A.5,

N or ~ N
P’I;’“‘Cgo(ANvmc(Y))eaNmXQ(Y, A, X530y o Ay )=0. By Conditions 4.5-4.7, h* has
bounded derivative. This and the assumption that Ag has strictly positive derivative by
Condition 4.7 imply that g has bounded derivative, too. So, noting that h* = gg o Ag, we
have
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PZ,HICBA N [ﬁ*]

N,me, AN, mc
rya
(4 X
—PZ’mcﬁ* (Y) e N.mc

=P {gooAo(Y)

QY,A, X0

) N,IIJC’ANA,InC)

. orox U

—go(Ay . (Y))}eNm QY A, X530, ., A

=(PL™ — Py a0)1g900M0(Y) — go(Ay .. (Y))}

T X ~ ~

x v X QY A, X0, A
+P90,A0 {900A0<Y)

— go(Ay.. (Y))}
ar ~
x Nme X QY A, X0

Nome)

N,mc’ N,lnc)

N,me’ AN,mc)'
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Huang [10] showed that the second term in the display is op«(N~1/2). We show that the first
term in the display is also opx(N~/2). Let C > 0 be an arbitrary constant. Define for a fixed
constant m > 0, ) = {w(y, x; 0, A) : d((6, A), (0g, Ag)) £m, A € Hy}, where w(y, 8, X; 6, A)
= {go o Ao(y) — go(A(Y)} x €% X Q(y, &, x; 0, A). Because Huang [10] showed that Zn) is
Donsker for every 1 > 0 and that ||Gyl|(cn-L/3) = 0p=(1), it follows by Lemma 5.4 with Zy

T,mc
| Gy

replaced by ZCN~13) that |

”@mx—l/s):op* (1). This completes the proof.

Unlike the previous example, £ 5 depends on additional unknown functions, and the method
of variance estimation used in the previous example does not apply to the present case. See

the discussion in Section 6.

5. General results for IPW empirical processes

The IPW empirical measure and IPW empirical process inherit important properties from
the empirical measure and empirical process, respectively. We emphasize the similarity

between empirical processes and IPW empirical processes.

5.1. Glivenko—Cantelli theorem

The next theorem states that the Glivenko—Cantelli property for complete data is preserved

under two-phase sampling.
Theorem 5.1. Suppose that #is Py-Glivenko—Cantelli. Then

” P;:f - Hy_’P*O’ (5.1)

where ||-
mc, cc} assuming Conditions 3.1 and 3.2.

5.2. Rate of convergence

The rate of convergence of an M-estimator for complete data is often established via

is the supremum norm. This also holds if we replace P7, by]P’Aj’# with # € {e, c,

maximal inequalities for the empirical processes. If we follow the same line of reasoning, it
is natural to derive maximal inequalities for IPW empirical processes, though this may
require some efforts. Fortunately, these maximal inequalities for empirical processes (or
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slight modifications of them) suffice to establish the same rate of convergence under two-
phase sampling.

Theorem 5.2. Let 24 = {mg : 0 € ©} be the set of criterion functions and define 24 = {mg —
Mg, - d(0, Bg) < 8} for some fixed 8 > 0 where d is a semimetric on the parameter space ©.

(1) Suppose that for every #in a neighborhood of 6,
P()(m@ — mgo) < —d2(9,¢90); (5.2)

here a < b means a < K b for some constant K € (0, co). Assume that there exists a function
on such that 6 = ¢n(8)/ 57 is decreasing for some a < 2 (not depending on N), and for every
N7

E*” Gy H///(; S oy (9), (5.3)

where Gy is the empirical process. If an estimator HNAsatisfying

v v —2 ~
P 2 Fmay = Op.(7y7) converges in outer probability to 8o, then ryd(©n, 6o) =

Op=(1) for every sequence ry such that ri dn(1/ry) < V/'N for every N.

(2) Let # € {e, c, mc, cc} be fixed. Suppose Condition 3.2 holds. Suppose also that for every
6 € © in a neighborhood of 6,

Po{G(Via)(mg —mg,)} 5 —d*(0,00)+|a — aol*,  (5.4)
where Ge~: mo(V)/Ge Or G#~: Gy with # € {c, mc, cc}. Assume that

B Gyl ,, 5 ox0) (5

where G#WZS = {G#f-' a)fial €8, a € A, f € U} for some o/ C /y Then an
P" # > T, F _ —2

estimator 6}\, 4 satisfying Py AN.# = ByTme, = Op.(ry”) has the same rate of

convergence as € in part (1) if it is consistent.

Remark 5.1. The key to establishing a general theorem for the rate of convergence is to
make use of the boundedness of the weights in the IPW empirical process and also deal with
the dependence of the weights. In treating independent bootstrap weights in the weighted
bootstrap ([15], Lemmas 1-3), require the boundedness of bootstrap weights because the
product of an unbounded weight and a bounded function is no longer bounded. Our theorem
exploits the boundedness of sampling indicators in the IPW empirical processes by applying
a multiplier inequality for the case of bounded weights (Lemma 5.1) to cover more general
cases.

The following is a multiplier inequality for bounded exchangeable weights. Note that the
sum of stochastic processes in the second term is divided by n%/2 rather than k%/2.

Lemma 5.1. For i.i.d. stochastic processes Z1, ..., Z,, every bounded, exchangeable random
vector (&y, ..., &) with each &; € [I, u] that is independent of Z4, ..., Z,,and any 1 < ng <n,

2(n
B fz@z I STZE*HZII/ o S2(ul) max 7| fzzu
=1

i=ng z
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Bound (5.5) is not difficult to verify in the presence of bound (5.3) since G4(- ; a) is a
bounded monotone function indexed by a finite-dimensional parameter. Bound (5.4) may be
verified through the lemma below for some applications including the Cox model with
interval censoring.

Lemma 5.2. Suppose Conditions 3.1 and 3.2 hold. Let mgbe the log likelihood log pgwhere
pgis the density with dominating measure y, and d is the Hellinger distance. Then the bound
(5.4) holds.

5.3. Donsker theorem

The next theorem yields weak convergence of the IPW empirical processes under sampling
without replacement.

Theorem 5.3. Suppose that Zwith ||Pg
hold. Then

< oo is Pg-Donsker and Conditions 3.1 and 3.2

J
T E 1-pj
G, w G" = G+Z N p—jGj, (5.6)
=1 J

].—p]'

J
G~ G =G+ /75

j=1

Gi(-— Qu) 57

in £°°(F) where # € {e, ¢, mc, cc}, the Pg-Brownian bridge process, G indexed by % and the
Pgjj-Brownian bridge processes, G, indexed by # are all independent.

Remark 5.2. The integrability hypothesis ||Pg|| < oo is only required for the IPW empirical
processes with adjusted weights.

For a Donsker set %, it follows by Theorem 5.3 and Lemma 2.3.11 of [32] that asymptotic
equicontinuity in probability and in mean follows for the metric that depends on the limit
process. In applications, it is of interest to have these results for the original metric ppy(f, g)

= op(f — ).
Theorem 5.4. Let & be Donsker and define % = {f — g : f, g € % ppy(f, g) < 6} for some
fixed 8 > 0. Then, for every sequence 8y 4. O,

* T
2, -0

N

G~ =0, (1 Gm# =0,,(1
andconsequently,|| N”%N P*(). Moreover,H N H%N p. (1

cc} assuming Conditions 3.1 and 3.2.

for # € {e, ¢, mc,

We end this section with two important lemmas. The first lemma is an extension of Lemma
3.3.5 of [32] and will be used in our proof of Theorem 3.1 to verify asymptotic
equicontinuity.

Lemma 5.3. Suppose %= {ygn ~ Woo,h - 1|0 — Ool| <8, h € A} is Po-Donsker for some 5 >0

and that supnePo(we n — weo,h)z — 0, as 6 —0q. If &y converges in outer probability to 6,
then
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” GTz\rz (%NJL - weo,h) ij:OP* (1)

This also holds if we replace G7, byG:,’# with # € {e, ¢, mc, cc} assuming Conditions 3.1
and 3.2 hold and ||Pg|| #< co.

The second lemma is used to verify asymptotic equicontinuity in the proof of Theorem 3.2,
the first part for the IPW empirical process and the second part for the other four IPW
empirical processes with adjusted weights.

Lemma 5.4. Let Z be a sequence of decreasing classes of functions such that ||Gy|| .z, =
opx(1). Assume that there exists an integrable envelope for Z, for some No. Then E||Gy|| 7

iy _
— 0 as N — oco. As a consequence, 16y HyN _01’*(1).

Suppose, moreover, that Z is Pg-Glivenko—Cantelli with \|P0H9;N1 < oo for some Ny, and
that every f = fy € F converges to zero either point-wise or in L1(Pg) as N — oo. Then

16371, =on (0,161, =0, (), GF™ |, =op.(Dand]| 67 ||, =0,.(1)
assuming Conditions 3.1 and 3.2.

6. Discussion

We developed asymptotic theory for weighted likelihood estimation under two-phase
sampling, introduced and studied a new calibration method, centered calibration, and
compared several WLE estimation methods involving adjusted weights. The methods of
proof and general results for the IPW empirical process are applicable to other estimation
procedures. For example, the weighted Kaplan—Meier estimator can be shown to be
asymptotically Gaussian via our Donsker theorem (Theorem 5.3) together with the
functional delta method. A particularly interesting application is to study asymptotic
properties of estimators that are known to be efficient under Bernoulli sampling (e.g.,
estimator of [19]). Whether or not these estimators are “efficient” under our sampling
scheme is an open problem; see [16] for a definition of efficiency with non-i.i.d. data.

There are several other open problems. Variance estimation under two-phase sampling has
been restricted to the case where the asymptotic variance is a known function up to
parameters as discussed in Section 4, while there are several methods available for complete
data in a general case (e.g., [18]). In [24] the first author has proposed and studied
nonparametric bootstrap variance estimation methods which remain valid even under model
misspecification; these results will appear elsewhere. Another direction of research is to
study (local and global) model misspecification under two-phase sampling where
missingness is by design. An interesting open problem beyond our sampling scheme is to
study other complex survey designs. Stratified sampling without replacement is sufficiently
simple for the existing bootstrap empirical process theory to apply. Other complex designs
may provide interesting theoretical challenges, perhaps in connection with extensions of
bootstrap empirical process theory.

Supplementary Material

Refer to Web version on PubMed Central for supplementary material.
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